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CCIB

First aid

Plaça de Willy Brandt, 11-14,
08019 Barcelona
www.ccib.es
+34 93 230 10 00
Entrance through door C

There is a First Aid room on the ground floor of
the CCIB. Please ask at the registration desk if
you need assistance.

Registration
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How to download
the App
• Option 1: Simply scan the relevant
QR code (see left)
• Option 2: Search for EventPilot
Conference App in the App or
Google Play store.
• Option 3: If you have the ESGCT
2018 Lausanne Congress app
already installed, open the app, go
to the ‘More’ tab and ‘Find Event’.
(NB. make sure you have exported
any Lausanne contacts or data you
want to keep before installing the
Barcelona app).
When prompted enter the event
code: ESGCT2019

Login
The app is available for all Congress
delegates, but to access the attendee
list and messaging functions you will
need to log in by entering your Badge
ID (printed underneath the QR code
on your badge). Only those who have
consented to be on the delegate list
in ‘My Communication Preferences’
can log in to the app. Updates to
this list will only be loaded every five
hours during the Congress.

Need help to get
started?
Once you have downloaded the app,
click the banner for your app guide to
get started.

Registration is located on the ground floor
(Level P0), near the main entrance to the CCIB.
Tuesday 22 October:
08:00-20:00
Wednesday 23 October: 07:30-19:30
Thursday 24 October: 08:00-19:30
Friday 25 October:
08:30-18:00

Wi-Fi access
Wi-Fi is available throughout the CCIB.
Login: ESGCT2019
Password: esgct2019

For medical or other emergencies, call 112.

Security
Please ensure you have your badge with you
at all times, as the venue will not grant you
access to the Congress without it.

Information board
Delegates may post CVs, employment
opportunities or information on the
designated board located near the
registration desk.

Abstracts and delegate lists

M219-M220, Floor M2

Electronic copies can be accessed through
our congress app or in ‘My Congress Materials’
in your online ESGCT account on the ESGCT
website.

Useful contacts

Contact details

Speaker ready room

Taxis ecològic +34 932 783 000
Taxi amic +34 934 208 088
Taxis BCN +34 671 274 323

Gaëlle Jamar, ESGCT manager
office@esgct.eu
+44 776 647 5379
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DEAR FRIENDS
AND COLLEAGUES,
On behalf of the European Society of Gene and
Cell Therapy (ESGCT), we welcome you to the 27th Annual
Congress, organised in collaboration with the Spanish
Society of Gene and Cell Therapy (SETGYC).
The 2019 meeting is being held in the
vibrant city of Barcelona, an ideal location
to showcase today’s fast paced and dynamic
field of gene and cell therapy. Since last year’s
ESGCT conference, many milestones have
been achieved and presently six gene-based
drugs have already received marketing
authorisation from the regulatory bodies
in Europe and the United States. Moreover,
the important progress in the clinical arena
will likely continue to feed the pipeline of
approved ATMPs in the near future. These
are exciting times for all of us. However,
before looking at the future we should
remember that today’s success, as well as
the achievements we will be hearing about
at ESGCT 2019, have been the result of the
efforts of numerous members of the research
community, from basic science to preclinical
and clinical investigators working in both
academic and industry institutions. This is the
spirit of the Barcelona 2019 ESGCT meeting:
Hand in hand building together, advancing
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gene and cell therapy.
This year’s meeting includes, for the first
time, four parallel sessions, which will allow
to go deep into all the latest cutting-edge
technologies in cancer, metabolic diseases,
CNS and sensory gene therapy, skeletal
and bone gene therapy, cardiovascular
and pulmonary diseases, stem cell biology,
iPSC and organoids, immune responses,
gene editing, cell reprogramming, ATMP
manufacturing, vector development as well
as regulatory and post-marketing issues. Also,
the lunch breaks are full of activities: The
overwhelming number of Poster abstracts
and our lunch seminars on burning issues
such as “Ethics in Gene Therapy” offer plenty
of opportunities for lively discussion and
novel insights. In keeping with the congress
spirit, we launched “Meet the Gene Therapy
Leadership”, a unique opportunity to engage
with representatives of international and
national gene and cell therapy societies to

discuss their missions and visions.
Additionally, the Presidential Symposium,
which this year will be held within the
heart of the Congress, and the six plenary
sessions, will bring together top experts
who will share their knowledge on groundbreaking technologies, discuss the latest
advancements in several clinical trials as well
as the future challenges of gene and cell
therapy. In detail, the meeting includes more
than 110 outstanding invited speakers, 50
competitively selected oral presentations and
650 posters. The programme will be preceded
by a Commercialisation Workshop along with
the Education Session, a Patients Organisation
Session and activities for school children.
We very much hope you will join and enjoy
the social events during the meeting,
including the Welcome reception and,
particularly, the Molecular Mingle networking
evening. The Molecular Mingle will take place
in the Museu Nacional d’Art de Catalunya
(MNAC), a privileged setting built for the
International Exposition of 1929 from which
you will enjoy magnificent and unique views
of Barcelona. The MNAC hosts the best
collection of Romanesque mural painting in
the world and the most representative artists
of Catalan Modernism, such as Gaudí and

Casas. The Molecular Mingle will feature the
astonishing water, sound and light show
with the majestic fountains located in the
front access of the MNAC, impressive castells
(human towers) and plus fine food and live
cooking by the Michelin-starred Catalan
chef Nandu Jubany, followed by music and
dancing.
We hope you will find this year’s scientific
programme as exciting as ever and wish you
valuable networking, fruitful exchanges and a
very enjoyable stay in Barcelona.

Fàtima Bosch
President of the LOC

Hildegard Büning
ESGCT President

Angel Raya
SETGYC President
ESGCT 27th Annual Congress in collaboration with SETGYC
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When making history, someone is always first
We continue to evolve the world’s most powerful gene therapy platform
which has resulted in many advances in gene therapy:
• First to produce AAV for gene therapy in the brain
• First to use chimeric AAV in patients
• First to produce AAV in serum free suspension
• First to test mini Dystrophin transgene in humans
• First to deliver AAV intrathecal
• First to treat Pompe patients
It all started with Dr. Jude Samulski’s history making
discoveries that unleashed the possibilities for AAV.
Now, with the groundbreaking gene control
technology pioneered by Dr. Michael Roberts,
we’re pushing the boundaries even further.

FOR YOUR PATIENTS ≥12 YEARS OF AGE WITH

TRANSFUSION-DEPENDENT β-THALASSAEMIA (TDT)

WHO DO NOT HAVE A β0/β0 GENOTYPE AND WHO DO NOT HAVE AN
HUMAN LEUKOCYTE ANTIGEN (HLA)-MATCHED RELATED DONOR1*

Help them let go of
chronic transfusions

†

ZYNTEGLO (autologous CD34+ cells encoding βA-T87Q-globin gene‡)
IS THE FIRST AND ONLY ONE-TIME GENE THERAPY THAT GIVES
PATIENTS THE POTENTIAL TO REACH TRANSFUSION INDEPENDENCE1,2§

What’s next? All you have to do is Ask.
Visit us at booth #47.

MAKIN G HIS TORY

Please refer to the Summary of Product Characteristics before
prescribing. In particular, please pay attention to the administration,
warnings and precautions and undesirable effects.

Your scientific and regulatory partner
for the development of your innovative products
in EU and US (FDA)

International team expert in:

Gene therapy, Cell therapy, Therapeutic vaccines,
Antibodies, Tissue engineered products, Nanoparticles,
Biomaterials, Biosimilars

ASPHALION S.L.

·

+34 93 238 59 45

·

atmps@asphalion.com

Asphalion is an International Scientific and Regulatory Affairs consultancy,
with offices in Barcelona, Madrid, Amsterdam and Munich.

* INDICATION1
ZYNTEGLO is indicated for the treatment of patients
12 years and older with TDT who do not have a β0/β0
genotype, for whom haematopoietic stem cell (HSC)
transplantation is appropriate but a HLA matched
related HSC donor is not available.
† Supported by four open label clinical trials.1
‡ Full common name: a genetically modified autologous CD34+
cell–enriched population that contains haematopoietic stem cells
transduced with lentiviral vector encoding the βA-T87Q-globin gene.1
§ In clinical trials, transfusion independence (main primary endpoint)
was defined as a weighted average haemoglobin of ≥9 g/dL with
no red blood cell transfusions for a continuous period of ≥12 months
at any time during the study after infusion of ZYNTEGLO.1
REFERENCES
1. ZYNTEGLO EU Summary of Product Characteristics. bluebird bio; May 2019.
2. European Medicines Agency. Zynteglo. European Medicines Agency
website. https://www.ema.europa.eu/en/medicines/human/EPAR/
zynteglo. Accessed June, 2019.
The Prescribing Information can be found at the bluebird bio
booth in both Spanish and English.
© 2019 bluebird bio, Inc. All rights reserved. | ZYN-EU-00032 08/19

To learn more,
please visit www.zynteglo.eu
This medicine is subject to additional monitoring.
This will allow quick identification of new safety
information. Healthcare professionals are asked to report
any suspected adverse reactions. Before prescribing
ZYNTEGLO, please refer to section 4.8 of the Summary
of Product Characteristics, which can be found at https://
www.ema.europa.eu/en/medicines/human/EPAR/zynteglo
Developed, sponsored, and funded by bluebird bio. bluebird bio
(Switzerland) GmbH, Baarerstrasse 135, 6302 Zug, Switzerland.
Actor portrayals. Not actual patients. ZYNTEGLO, the ZYNTEGLO
logo, bluebird bio, and the bluebird bio logo are trademarks of
bluebird bio, Inc.
Reimbursement approval timing for ZYNTEGLO may vary by country.
Please check with your local authorities regarding the status of
reimbursement in your specific country or contact your local bluebird
bio representative for additional information.
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· Single-use bioprocess technologies
· Integrated scalable solutions
· Intelligent equipment and analytics

Cell & Gene Therapy
Manufacturing
Solutions

As a trusted global solution provider within
the biologics industry, Sartorius is well
positioned to support the development and
manufacture of your cell and gene based
therapies. Our robust single-use systems,
intelligent equipment, bioanalytics, and
testing capabilities can help accelerate the
development of your advanced therapies.

Contact us to see how we can help support your process development and manufacturing goals.
regenmed@sartorius.com | www.sartorius-stedim.com

Thank you to all our partners
DIAMOND

SILVER

PLATINUM

GOLD

BRONZE

SILVER
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Boards

Hildegard Büning
President
Hannover Medical School
Juan Bueren
Vice-President
CIEMAT/CIBERER, Madrid
Axel Schambach
Treasurer
Hannover Medical School

Angel Raya
President
Institut de Bioenginyeria de
Catalunya (IBEC) Barcelona
Gloria Gonzalez-Aseguinolaza
President Elect
Centro de Investigación
Médica Aplicada (CIMA)
Universidad de Navarra

Awards

Alessandro Aiuti
SR Tiget, Milan

Zoltan Ivics
Paul Ehrlich Institute, Langen

Alberto Auricchio
TIGEM, Naples

Adrian Thrasher
University College London

Vincenzo Cerullo
University of Helsinki

Eirini Vamva
Student Board Member
University of Cambridge

Giuliana Ferrari
SR Tiget, Milan
Gloria Gonzalez-Aseguinolaza
CIMA, Pamplona

ESGCT Outstanding achievement award
Sponsored by:

Inserm U1127, Institute for Brain and Spine (ICM) Paris
Gene therapy strategies for neurodegenerative diseases:
From genetic to complex diseases

Vanessa Woods
Student Board Member
Hannover Medical School

ESGCT Young investigator award
Sponsored by:

Ander Izeta
General Secretary
Instituto Biodonostia
Hospital Universitario
Donostia
Paula Rio
Treasurer
CIEMAT/CIBERER, Madrid
Javier Gacia-Castro
Unidad de Biotecnología
Celular AGH/IIER
Instituto de Salud Carlos III

Virginia Haurigot
Spark Therapeutics, Philadelphia, PA

INV067: Nathalie Cartier Lacave

OR51: Paula Rio

CIEMAT/CIBERER, Madrid
Innovative haematopoietic gene therapy strategies in
Fanconi anaemia

Francisco Martín
GENYO, Granada
Salvador Martínez
Instituto de Nuerociencias
(UMH-CSIC), Alicante
Pilar Sepúlveda
Instituto de Investigación Sanitaria
La Fe, Valencia
Juan José Toledo-Aral
Universidad de Sevilla

LOC
Fàtima Bosch
President
UAB, Ciberdem, Barcelona
Cristina Fillat
Vice-President
IDIBAPS-UB, CIBERER,
Barcelona
Ivet Elias
UAB, Ciberdem, Barcelona
Veronica Jimenez
UAB, Ciberdem, Barcelona
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Francesc Godia
UAB, Barcelona

Ramon Alemany
Idibell, Barcelona

Federico Mingozzi
Spark Therapeutics,
Philadelphia, PA

Jose Carlos Segovia
CIEMAT/CIBERER, Madrid

Josep Maria Canals
Idibaps, Barcelona
Eduard Valenti
Esteve Pharmaceuticas,
Barcelona

Theme day on Ex vivo
and in vivo gene editing:
Present and future clinical
applications
CaixaForum, Madrid

1 June 2020

ESGCT 27th Annual Congress in collaboration with SETGYC
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Travel awards

&

OR26: Denise Klatt

OR11: Daniel Moore
University College London
Modelling skeletal muscle
laminopathies with human iPS
cells and bio-engineered skeletal
muscles prospects for genetic
therapies

P103: Natasha Oppermans
University of Manchester
Analysis of tumour reactivity and
Vβ repertoire of melanoma TIL
patients

Hannover Medical School
Competitive sgRNA screen
identifies Mapk14 as a
druggable target to improve
HSPC engraftment in a
proinflammatory environment

OR02: Antonio Carusillo
University of Freiburg
HDR-CRISPR: a novel system
to promote Cas9-mediated
homology-directed DNA repair

OR34: Laura Ugalde Díaz

OR12: Magdalena Matloka
Center of Research in Myology,
Paris
Decoy-based gene therapy for
Myotonic Dystrophy

OR04: Tiziana La Bella
Centre de Recherche des
Cordeliers, Inserm U1138, Paris
Adeno-associated virus in
human liver: natural history
and consequences in tumor
development

P107: Jaitip Tipanee
Vrije Universiteit Brussel
Validation of tumor suppressor
microrna in liver tumorigenesis
using haepatocyte-specific
hyperactive piggybac
transposons
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CIEMAT/CIBERER, Madrid
Broad applicability of NHEJmediated gene editing to correct
mutations in a variety of Fanconi
anaemia genes

OR20: Rafael Sánchez
Sánchez
Instituto de Investigacion sanitaria
La Fe, Valencia
Cardioprotective effect
of miRNAs derived from
mesenchymal stem cells
extracellular vesicles in
doxorubicin-induced damage

OR01: Laura Torella
CIMA, University of Navarra,
Pamplona
Paired-nickase S.aureus Cas9
system is an efficient and
potentially safer in vivo treatment
for Primary Hyperoxaluria
Type 1

OR10: Vinicia Polito

P101: Biagio De Angelis

P245: Yoshie Kurokawa

P041: Laura Garcia Perez

Belardinilli Bambino Gesù
Children’s Hospital, Rome
Generation of an automated
GMP-grade protocol in a closed
system for the expansion
of polyclonal memory γδ-T
cells for a “third party” cell
bank.

Caruso Ospedale pediatrico
Bambino Gesù - Rome
A new promising CAR.CD30 T
cell therapy associated with long
persistence and high activity
for treatment of CD30 positive
lymphomas

Jichi Medical University
Gene therapy in a murine model
of Niemann-Pick disease type C

Leiden University Medical Center
A new gene therapy method to
assess transduction efficiency at
the single-cell level

OR37: Leah Venturoni

University of Pennsylvania
Perelman School of Medicine,
Philadelphia, PA
Transduction evaluation of novel
AAV natural isolates in nonhuman
primates using a barcoded
transgene system

National Human Genome
Research Institute, Bethesda,
MD
Treatment of methylmalonic
acidemia (MMA) by targeted
integration of MMUT into
Albumin with a promoterless
AAV vector (GeneRideTM)
confers a progressive
hepatocellular growth
advantage in mice

OR50: Anais Amaya
Children’s Medical Research
Institute, Westmead,
Sydney
Inhibition of proliferation in
primary human hepatocytes
following in vivo AAV-mediated
genome editing

OR45: Manel Llado
TIGEM, Naples
Homology-independent
targeted integration to
counteract toxic gain-offunctions and loss of transgene
expression due to cell
proliferation.

P002: Kalyani Nambiar

P195: Penelope Georgia
Papayanni
George Papanicolaou Hospital,
Thessaloniki
Dual functioning, novel
chromatin insulators
incorporated in lenti-viral vectors
(LVs) for safer and more effective
haematopoietic stem cell (HSC)
gene therapy

P243: Freja Ekman
University of California, Berkeley,
CA
CRISPR-Cas9-mediated genome
editing improves motor deficits
and lifespan in a mouse model of
Huntington’s disease

P199: Francesco Manfredi

P005: Cody Jackson
The Scripps Research Institute, San
Diego, CA
Development of a novel
adeno-associated virus capsid
for markedly enhanced muscle
transduction

P248: Rebeca Blanch

OR25: Yari Gimenez
Martinez

P102: Estela Núñez
Manchón

CIEMAT/CIBERER, Madrid
Lentiviral-mediated phenotypic
correction of CD34+ cells from
RPS-19-deficient DiamondBlackfan anemia patients

IDIBAPS, Barcelona
Transgene codon usage
adaptation, a novel strategy for
the design of armed oncolytic
adenoviruses

P040: Weiheng Su

P104: Julia Serna

University of Oxford
Self-repressing ‘helper’
adenovirus enabled efficient
manufacture of adenoassociated viral vectors without
contamination by adenovirus or
small drugs

IBGM - University of Valladolid
New gene-editing strategy for
allogeneic NKG2D-CAR T cell
production.

P164: Asier Antoñana
Vildosola
IDIBAPS, Barcelona
Engineering BCMA-CAR T cells
to overcome CD19-negative
relapse in B cell non-Hodgkin
lymphomas

Universitat Autònoma de
Barcelona
Klotho gene therapy as a
treatment for Alzheimer’s
disease

P167: Julia Hambach
University Medical Center
Hamburg-Eppendorf
Engineering NK cells to express
Nanobody-based Chimeric
Antigen Receptors (CARs)

San Raffaele Scientific Institute,
Milan
Harnessing HLA-TCR interaction
and the exhaustion signature for
the isolation of tumor-specific T
lymphocyte
ESGCT 27th Annual Congress in collaboration with SETGYC

17

Key Congress locations / Barcelona metro map
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Tuesday 22 October / CCIB key locations
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Wednesday 23 - Friday 25 October / CCIB key locations
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CCIB / PO floor

…advancing novel

gene therapies to
treat patients with
ocular and
rare diseases

www.adverum.com
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Focused On The Cure.
Kite, a Gilead Company, is dedicated to achieving one of the most ambitious goals of
21st century medicine: curing cancer.
This mission is at the heart of everything we do, from early research to product
development.

© 2019 Gilead Sciences, Inc.
August 2019. ONC/IHQ/10-06//1300a
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MOLECUL AR MINGLE 2019
Museu Nacional d’Art de Catalunya

Sponsored by
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Stay on top of everything
that’s happening at the
Congress by following us
on Facebook, Twitter and
Instagram! Make sure you
use the official hashtag
#ESGCT19 to find and share
the latest updates, get in
touch or win a prize in our
competitions.

VIRAL VECTOR CDMO
Process & Analytical Development
Platform Processes and Analytics
Clinical & Commercial Manufacturing

Check out the ESGCT booth
as well. Here you can find out
about upcoming events, join
in competitions, play games,
get more involved in YOUR
society or just say
hi! At the ESGCT booth you
will also be able to buy
tickets for the Molecular
Mingle. (These are limited!)

TIME
TO GET
SOCIAL

PRIZES

Win Molecular Mingle tickets,
Giant Microbes or one of our
other top secret prizes for:
• The best Congress photo
• The best Barcelona photo
• The Molecular Mingle
selfie with the most people
• The most retweeted
Congress tweet
• The most liked Facebook
post
Only posts tagged
#ESGCT19 will be
considered and keep your
privacy settings in mind - if
we can’t see your posts, we
can’t include them
in the competition!

ACTIVITIES

Drop by the ESGCT booth
to join in the social media
competitions, or meet our
student board members – if
you can catch them! They
are busy moving around the
Congress spotting picture
and video opportunities.

THE SMALL PRINT

Please be courteous and
considerate in your use of
social media and always
make sure that you don’t
share unpublished content
without the author’s consent.

AAV • LV • RV • AdV • HSV
Visit us at booth #9
www.thermofisher.com/brammerbio

ESGCT: www.facebook.com/ESGCT/
SETGYC: www.facebook.com/SETGyC/

ESGCT
SETGYC

@ESGCT
@SETGyC

Make your
words bloom!

Sustainability at
every opportunity
Where we can, we work with suppliers
who themselves work in a sustainable
and community-centred way; our
printed matter is made from green
stock and our lanyards from recycled
PET, which in turn we send to a
specialist company to recycle – so
hand in your badges and lanyards
after the congress!
In addition:
• The paper cups at the water
fountains are recycled and
recyclable
• The venue uses eco
friendly cleaning products

• The venue offers recyclable waste
collection throughout the building
• The building has smart energy
control and automatic lighting
in toilets
• Materials for event use are made
from recylcled and recyclable
materials

Exercise is good for you and
batteries need to be charged!
Now you can do both at once
at our charging stations.
WATS.ON – Powering
your society

TH

POWERING
YOUR
SOCIETY

We also love
our virus rulers

FINAL VERION What’s your favourite virus? Can’t decide?
WITH
• Service
materialYOU THURSDAY
Collect the set. Play the game on
for F&B
is recyclable
https://uquiz.com/OLnLtv/
MORNING
which-virus-are-you
or compostable

• Food surplus is
donated to NGOs

Green charging stations

PROUD MANAGERS OF THE
ESGCT 27 ANNUAL CONGRESS
IN COLLABORATION WITH SETGYC

Instead of our usual ESGCT pencil, we
have once again opted to bring you
pencils you can - once used - plant and
nurture into your very own ESGCT plant.
With various options to choose from,
which one did you get? Swap and trade
with your colleagues, or come and see us
at the ESGCT booth to get a full set. Made
from recycled material, the tip contains
seeds for you to plant when the pencil has
fulfilled its job. Happy planting!

PROUDLY SUPPORTING THE
TOWNSHIP PROJECT IN SOUTH AFRICA
ESGCT IS NOW WORKING with a

selection of handpicked suppliers to
ensure we are sourcing products which
are environmentally friendly, support
fair trade and offer sustainability and
community inclusion.
Here at Barcelona 2019, we are proud
to be distributing congress bags from
the Township Project in South Africa.
Township® was founded in 1997 with
a commitment to creating meaningful
and sustainable economic opportunities
for women in South Africa’s township
communities.
Job creation and women’s economic
empowerment form the foundation of
the Township® ethical fashion brand. All

items are hand made, largely by
women-run co-ops, which means that
every purchase of a Township® product
directly translates into work for township
women. Materials are ethically sourced
and Township® was the first South African
fashion brand to become a member of
the World Fair Trade Organization.
‘The co-operatives are at the heart
of everything we do at Township®. My
aim was to bring economic opportunity
to women in their own communities.
Listening to them and trying to answer
their needs has shaped my life radically.
Working together, we have been on a
journey of positive change.’
Township® founder & CEO,
Nicole-Marie Iresch
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.Inspired

by transformative innovation,
built on a sustainable and integrated
multi-platform approach
'

Best -in-class curative gene and cell
therapies for patients
with devastating diseases
Rocket Pharmaceuticals, Inc • The Empire State Building
350 Fifth Avenue, NY, NY 10118 • 646-440-9100
www.rocketpharma.com
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LYON 2020 11-13 MARCH
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Gene editing, in vivo gene therapy, stem cells, innovative
therapies, cancer gene therapy and clinical trials

63

82

Juan Bueren and Fulvio Mavilio

In collaboration with

Sessions

Keynotes
Invited speakers

64
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65
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Andrea Biondi, Ana Buj-Bello, Gloria Gonzalez-Aseguinolaza, Fernando Larcher,
Annarita Miccio, Claudio Mussolino, Tuan Nguyen, Magda Papadaki, Françoise Piguet,
Jens Schwamborn, Fred Thalheimer, Matthias Titeux

The SFTCG functions as a platform to:
Encourage communication between scientists in the field of gene and cell
therapy through the organisation of its meetings

66

85

Provide an interface between scientists, clinicians and patients
Inform the general public in a comprehensive and responsible way
about gene and cell therapy in France and Europe

67

38

86

See www.sftcg.fr forESGCT
membership
benefits
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Meet our team !

Next-Generation Single-Cell Dispensing
For cell line development and single cell-genomics

CY

CMY

K

Most trusted technology for assuring monoclonality by pharma industry !
Assurance of clonality

via a series of nozzle images
of every single-cell isolated.

Very high cell viability

by means of gentle cell
dispensing.

c.sight™

✓ Isolate single cells within minutes in 96- or
382-well plates.
✓ Bright field imaging with high resolution
optics.
✓ Low volume assays (WGA, PCR, NGS setups).

No cross-contamination

as cells are handled only in
disposable cartridges.

f.sight™

✓ Isolate single cells based on fluorescence
intensity.
✓ Separate bright field and fluorescence
cameras allows powerful fine tuning.
✓ Detection of even low intensity dye or low
copy numbers.

www.cytena.com

Easy to operate

together with great
customer support.

b.sight™

✓ Isolate single bacteria within minutes.
✓ Extremely high-resolution optics makes
the smallest cells visible.
✓ No staining or labeling required.

Interested?
Questions?
Want a demo?
Meet our team at booth #50
Or just drop us a message!
info@cytena.com

Partners / Diamond

Gilead Sciences, Inc. is a research-based biopharmaceutical company that
discovers, develops and commercializes innovative medicines in areas of
unmet medical need. The company strives to transform and simplify care
for people with life-threatening illnesses around the world. Gilead has
operations in more than 35 countries worldwide, with headquarters in
Foster City, California, USA. Kite, a Gilead Company, is a biopharmaceutical
company based in Santa Monica, California, USA. Kite is engaged in the
development of innovative cancer immunotherapies. The company is
focused on chimeric antigen receptor and T cell receptor engineered cell
therapies. For more information, please visit our website.
www.gilead.com
At Spark Therapeutics, a fully integrated, commercial company committed
to discovering, developing and delivering gene therapies, we challenge the
inevitability of genetic diseases, including blindness, hemophilia, lysosomal
storage disorders and neurodegenerative diseases. We have successfully
applied our technology in the first gene therapy approved in both the U.S.
and EU for a genetic disease, and currently have five programs in clinical
trials. At Spark, we see the path to a world where no life is limited by genetic
disease.
For more information, visit www.sparktx.com, and follow us on Twitter and
LinkedIn.

Partners / Platinum

Adverum is a clinical-stage gene therapy company targeting unmet
medical needs in ocular and rare diseases. Adverum develops gene
therapy product candidates designed to provide durable efficacy by
inducing sustained expression of a therapeutic protein. ADVM-022,
utilizes a propriety vector capsid, AAV.7m8, carrying an aflibercept coding
sequence under the control of a proprietary expression cassette. ADVM022 is administered as a one-time intravitreal injection, designed to deliver
long-term efficacy and reduce the burden of frequent anti-VEGF injections,
optimize patient compliance and improve vision outcomes for wet AMD
and diabetic retinopathy patients. Adverum’s core capabilities include
clinical development, novel vector discovery and in-house manufacturing
expertise, specifically in scalable process development, assay development,
and current Good Manufacturing Practices quality control.
www.adverum.com
Audentes Therapeutics is a clinical stage biotechnology company focused
on developing and commercializing gene therapy products for patients
living with serious, life-threatening rare diseases. Audentes is currently
developing four product candidates, including AT132 for the treatment
of X-Linked Myotubular Myopathy (XLMTM), AT342 for the treatment of
Crigler-Najjar Syndrome, AT982 for the treatment of Pompe disease, and
AT307 for the treatment of the CASQ2 subtype of Catecholaminergic
Polymorphic Ventricular Tachycardia (CASQ2-CPVT). We are a focused,
experienced and passionate team committed to forging strong, global
relationships with the patient, research and medical communities.
www.audentestx.com
Biopharma Excellence is THE consulting company for biopharmaceutical
drug development and regulatory strategies. Biopharma Excellence
supports clients to bring their ideas to approval. The Biopharma Excellence
team comprises experienced experts with proven track records coming
from agencies, industry or service providers. We are THE experts for
advanced therapy medicinal products (ATMP) such as cell, tissue and gene
therapies. Biopharma Excellence has supported numerous unique ATMP
development projects by preparing and executing tailored strategies in
order to speed up the process from early-stage development to initiation of
clinical studies up to marketing authorization.
www.biopharma-excellence.com
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Bluebird bio is developing innovative gene therapies for severe genetic
disorders. At the heart of bluebird bio’s product creation efforts is its
broadly applicable gene therapy platform for the development of novel
treatments for diseases with few or no clinical options. The company’s novel
approach uses stem cells harvested from the patient’s bone marrow into
which a healthy version of the disease causing gene is inserted.
www.bluebirdbio.com
Brammer Bio, a part of Thermo Fisher Scientific, is a leading viral vector
CDMO for companies developing gene-modified cell therapies and in vivo
gene therapies. Brammer provides process and analytical development,
clinical and commercial supply of viral vector drug substance and drug
product, and regulatory support, enabling our clients to bring novel
medicines to market. Brammer is flexible to support every client’s unique
product needs, timelines and regulatory pathways. Through recent
investments in our world-class facilities and planned expansion, we are
strategically positioned to support your immediate and long- term viral
vector manufacturing needs.
www.brammerbio.com
Intellia Therapeutics is a leading gene editing company, focused on the
development of proprietary, potentially curative therapeutics using the
CRISPR/Cas9 system. Intellia believes the CRISPR/Cas9 technology has the
potential to transform medicine by permanently editing disease-associated
genes in the human body with a single treatment course. Our combination
of deep scientific expertise and clinical development experience, along with
our leading intellectual property portfolio, puts us in a unique position to
unlock broad therapeutic applications of the CRISPR/Cas9 technology and
create a new class of therapeutic products. Intellia was named as one of
the top 10 biotech start-ups by Nature Biotechnology. In September 2015,
Intellia was named a “Fierce 15” biotech company by FierceBiotech.
www.intelliatx.com
LumaCyte is an advanced biotechnology instrumentation company focused
on driving innovation into the single cell analysis and biomanufacturing
markets. We provide tools that enable cell biologists, biomedical
researchers, as well as biopharmaceutical and biomanufacturing companies
the opportunity to harness label-free multivariate data for identification,
characterization, and sorting of cells of interest where the use of antibody
or genetic labeling is not required.
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LymaCyte continued:

Applications of LumaCyte’s Laser Force Cytology (LFC) platform include
viral vector, vaccine and cell therapy (CAR T, TCR, and iPSC) R&D and
manufacturing, cancer biology R&D, gene therapy, and pre-clinical
drug discovery. Specific examples include rapid viral infectivity
measurements to accelerate process and cell-line development for viral
vector manufacturing as well as label-free phenotypic characterization
of cell response and iPSC differentiation monitoring.
www.lumacyte.com
MeiraGTx (NASDAQ:MGTX) is a vertically integrated, clinical stage gene
therapy company with six programs in clinical development and a
broad pipeline of preclinical and research programs. MeiraGTx has core
capabilities in viral vector design and optimization and gene therapy
manufacturing, as well as a potentially transformative gene regulation
technology. Led by an experienced management team, MeiraGTx has
taken a portfolio approach by licensing, acquiring and developing
technologies that give depth across both product candidates and
indications. MeiraGTx’s initial focus is on three distinct areas of unmet
medical need: inherited retinal diseases, severe forms of xerostomia
and neurodegenerative diseases. Though initially focusing on the eye,
salivary gland and central nervous system, MeiraGTx intends to expand
its focus in the future to develop additional gene therapy treatments for
patients suffering from a range of serious diseases.
www.meiragtx.com
MolMed is a biotech company focused on innovative cell and gene
therapies that can meet the therapeutic needs in the treatment
of tumors and rare diseases, by combining scientific and research
excellence with a clear and strong industrial projects.
MolMed is now structured on a dual business model, combining the
development of onco-haematology proprietary pipeline with contract
develop and manufacturing organization (CDMO), offering world class
services and technologies to our clients.
With two approved manufacturing facilities (about 4.800 SQM) and top
level expertise, MolMed offers platforms of lentiviral and retroviral vector
manufacturing with different scales (48L up to 200L) and a consolidated
processes in cells engineering (Haematopoietic Stem cells and T-cells).
www.molmed.com
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Development of an innovative gene therapy platform to cure rare
hereditary muscle disorders (#667751; ~€6 million; 4 years), is an EUwide-H2020 research project funded by the European Commission.
MYOCURE aimed to develop a novel, innovative and clinically-translatable
one-treatment platform for patients suffering from rare inherited muscle
diseases, specifically focusing on myotubular myopathy (MTM) and
glycogen storage disorder (GSD) type II.
www.myocure.eu
Orchard Therapeutics is a fully integrated commercial-stage biotechnology
company dedicated to transforming the lives of patients with rare diseases
through innovative gene therapies. Orchard’s portfolio of autologous ex
vivo gene therapies includes Strimvelis, the first autologous ex vivo gene
therapy approved by the EMA for adenosine deaminase severe combined
immunodeficiency (ADA-SCID). Additional programs for primary immune
deficiencies, inherited metabolic disorders and blood disorders include
three advanced registrational studies for ADA-SCID, metachromatic
leukodystrophy (MLD) and Wiskott-Aldrich syndrome (WAS), clinical
programs for X-linked chronic granulomatous disease (X-CGD) and betathalassemia, as well as an extensive preclinical pipeline. Orchard currently
has offices in the U.K. and the U.S., including London, San Francisco and
Boston.
www.orchard-tx.com
Using our unique LentiVector ® delivery platform, we have created a
valuable portfolio of gene and cell therapy product candidates in the
areas of oncology, ophthalmology and CNS disorders. We have strong
partnerships with Novartis, Bioverativ (part of the Sanofi Group), Boehringer
Ingelheim, the UK Cystic Fibrosis Gene Therapy Consortium and Imperial
Innovations, Immune Design and Orchard Therapeutics, providing them
with access to our intellectual property, state-of-the-art production facilities
and expertise, and, in addition, we have licensed products and technology
rights to Boehringer Ingelheim, Sanofi and Axovant. These partnerships
provide us with multiple income streams, consisting of upfront milestone
payments, development and production fees and potential royalties on
future product sales. We plan to progress our wholly-owned products via
spin-outs and out-licensing opportunities, while continuing to invest in
our LentiVector ® platform. We plan to continue our preclinical R&D to
discover new potential products.
www.oxfordbiomedica.co.uk
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REGENXBIO is a leading clinical-stage biotechnology company seeking to
improve lives through the curative potential of gene therapy. REGENXBIO’s
NAV Technology Platform, a proprietary adeno-associated virus (AAV)
gene delivery platform, consists of exclusive rights to more than 100 novel
AAV vectors, including AAV7, AAV8, AAV9 and AAVrh10. REGENXBIO and
its third-party NAV Technology Platform Licensees are applying the NAV
Technology Platform in the development of a broad pipeline of candidates
in multiple therapeutic areas.
www.regenxbio.com
Rocket Pharmaceuticals, Inc. is an emerging, clinical-stage biotechnology
company focused on developing first-in-class gene therapy treatment
options for rare, devastating diseases. Rocket’s multi-platform development
approach applies the well-established lentiviral vector (LVV) and adenoassociated viral vector (AAV) gene therapy platforms. Rocket’s first two
clinical programs using LVV-based gene therapy are for the treatment of
Fanconi Anemia (FA), a difficult to treat genetic disease that leads to bone
marrow failure and potentially cancer, and Leukocyte Adhesion Deficiency-I
(LAD-I), a severe pediatric genetic disorder that causes recurrent and
life-threatening infections which are frequently fatal. Rocket’s first clinical
program using AAV-based gene therapy is for Danon disease, a devastating,
pediatric heart failure condition. Rocket’s pre-clinical pipeline programs for
bone marrow-derived disorders are for Pyruvate Kinase Deficiency (PKD)
and Infantile Malignant Osteopetrosis (IMO).
www.rocketpharma.com
Sarepta is at the forefront of precision genetic medicine, having built an
impressive and competitive position in Duchenne muscular dystrophy
(DMD) and more recently in gene therapies for 6 Limb-girdle muscular
dystrophy diseases (LGMD), Charcot-Marie-Tooth (CMT), MPS IIIA, Pompe
and other CNS-related disorders, totaling over 20 therapies in various stages
of development. The Company’s programs and research focus span several
therapeutic modalities, including RNA, gene therapy and gene editing.
Sarepta is fueled by an audacious but important mission: to profoundly
improve and extend the lives of patients with rare genetic-based diseases.
www.sarepta.com
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Synthego is a leading provider of genome engineering solutions. The
company’s product portfolio includes software and synthetic RNA kits
designed for CRISPR genome editing and research. With next-generation
informatics and machine learning, Synthego’s vision is to bring precision
and automation to genome engineering, enabling rapid and costeffective research with consistent results for every scientist.
www.synthego.com

BioNTech Innovative Manufacturing Services GmbH - CDMO for cell
and gene therapy
BIONTECH IMFS is a Contract Development and Manufacturing
Organisation specialized in the industrialization of cell and gene therapy
products (viral vectors, cells and ivt mRNA). For 20 years, BIONTECH IMFS
has been developing and manufacturing retroviral vectors and cellular
products for clinical supply in a variety of monogenetic diseases and
different cancer indications.
Based on extensive expertise in scientific, technical and regulatory
prerequisites, we develop and manufacture your products in a safe and
cost-efficient way in our state-of-the-art GMP facility.
We offer a complete service spectrum from process development through
clinical trial to in-market supply. All services are fully integrated and
supervised by our QA department, ensuring efficient and compliant
manufacturing.
www.biontech-imfs.de
Editas Medicine is a leading genome editing company focused on
translating the power and potential of the CRISPR/Cas9 and CRISPR/Cpf1
genome editing systems into a robust pipeline of treatments for people
living with serious diseases around the world. Editas Medicine aims to
discover, develop, manufacture, and commercialize transformative, durable,
precision genomic medicines for a broad class of diseases.
www.editasmedicine.com

Kuopio Center for Gene and
Cell Therapy is a significant,
international research
organisation, focused on
developing novel gene and
cell therapy products.

Visit us online at:

www.KCT.fi

We are located
in Finland
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Do you want to see your research turn into
a commercial setting? Well, let’s work in
partnership to develop your idea into an
innovative product!

ESTEVE is a global pharmaceutical group committed to the discovery,
development and commercialization of innovative products to treat
patients with unmet needs in the areas of neurology, rare disorders, and
pain management. Founded in 1929, ESTEVE has an important commercial
and industrial presence in Europe, US, Mexico and China, with capabilities
covering the entire product life cycle including drug discovery, clinical
development, manufacturing, distribution, and commercialization. ESTEVE’s
commitment to innovation translates into a sustained investment of around
50 million Euros per year into developing specialty products. Within the
Gene Therapy space, ESTEVE is currently developing 5 product candidates
for the treatment of different types of Mucopolysaccharidosis, including
EGT-101, an AAV-based product for the treatment of Mucopolysaccharidosis
type III A (Sanfilippo A) which is currently in Phase I/II clinical trials.
www.esteve.com

Forward your request to: info@kct.fi
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Genethon, is a pioneer and a leader in the field of gene therapy for rare
genetic diseases. Genethon has multiple ongoing programs at clinical,
preclinical and research stage for neuromuscular, blood, immune system,
and liver diseases. Several of these programs are pursued by Genethon as
sponsor, others have been licensed to leading biotech and pharma players
in the gene therapy arena such as Avexis/Novartis (to which Genethon
licensed the founding patents for Zolgensma), Audentes, Gensight
Biologics, Orchard Therapeutics, Spark.
Genethon has around 200 scientists and experts in its R&D center in Evry
(France), covering R&D, bioprocess development, clinical and regulatory.
Genethon is a non-profit organization created in 1990 by the AFM-Telethon
(French Muscular Dystrophy Association) which is its main funding source.
www.genethon.fr
Established in 1990, Human Gene Therapy is the leading peer-reviewed
journal publishing exceptional, multidisciplinary research embracing
all aspects of gene therapy -- from basic research to new technologies
to clinical development. In 2020 the Journal will mark three impressive
decades by unveiling a dramatic new redesign and a renewed editorial
mission. Stop by booth 29 to pick up free copies of Human Gene Therapy,
explore a suite of CRISPR and gene therapy publications, and learn more
about the exciting new changes coming next year. Human Gene Therapy
serves as the Official Journal of ESGCT.
www.liebertpub.com
At Lonza Pharma & Biotech, we provide contract development and
manufacturing services that enable pharma and biotech companies to
bring medicines to patients in need. From the building blocks of life to the
final drug product, our solutions are created to simplify your outsourcing
experience and provide a reliable outcome when you expect it. Our
extensive track record includes commercialization of pioneering therapies
and manufacturing of a wide variety of biological and chemical drugs.
We continuously invest to solve not just the current, but also the future
challenges. Together, let’s bring your next medicine to life.
www.lonza.com

50

MaxCyte is a global cell-based medicines and life sciences company
applying its patented cell engineering technology to help patients with
high unmet medical needs in a broad range of conditions. The company
leverages its Flow Electroporation® Technology to enable its partners across
the biopharmaceutical industry to advance the development of innovative
medicines, particularly in cell therapy, including gene editing and immunooncology. MaxCyte has placed its cutting-edge flow electroporation
instruments worldwide, including with nine of the top 10 global
biopharmaceutical companies, and has more than 55 partnered program
licenses in cell therapy including more than 25 licensed for clinical use. With
its robust delivery technology, MaxCyte helps its partners to unlock the full
potential of their products.
www.maxcyte.com
OXGENE find solutions to seemingly impossible problems. We develop new
technologies in mammalian cell engineering along the whole spectrum
from discovery science to engineering at scale. Our unique combination of
precision engineering and breakthrough science with advanced robotics
and bioinformatics accelerates the rational design, manufacture and
processing of complex biologics. We work at the very edge of impossible
to solve the problem of high titre virus manufacture for gene therapy
treatments. We do this with high titre, high quality, suspension transient
viral manufacturing systems, and with AAV and lentiviral packaging and
producer cell lines. We address the challenge of speed and consistency in
gene editing with our high throughput automated CRISPR platform, and
we deliver the breakthrough needed to discover antibodies to membrane
proteins through novel mammalian display techniques.
www.oxgene.com
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Thermo Fisher Scientific provides the quality products, services, and
support you need to translate your gene and cell therapy from drug
discovery through large-scale commercial production. We’re working
alongside the scientific community to accelerate the pace of gene and cell
therapy development and enabling scientists like you, to transform the
world’s approach to health care.
www.thermofisher.com/BioProcessing
Yposkesi is one of the largest Contract Development & Manufacturing
Organizations (CDMO) in Europe for AAV and lentiviral vector production.
A spin-off from the world-class gene therapy pioneer Genethon, Yposkesi
capitalizes on more than 20 years’ expertise in biotherapeutic research to
offer customers full integrated services; bioprocess development (USP &
DSP), from small/pilot to large production scale, analytical development,
GMP manufacturing of clinical batches of lentiviral and AAV vectors and
regulatory support. Its current 50,000 sq ft (approx. 5,000m 2 ) state-ofthe-art facility designed for high efficiency houses four independent
manufacturing suites for bulk drug substance and two Fill&Finish suites.
Yposkesi is extending this capacity. By 2021 it will double its global
footprint to 100,000 ft2 (approx. 10,000m2) with a second large-scale
facility designed for commercial production and EMA and FDA compliance.
Yposkesi invests significantly in innovation and bioprocessing to deliver on
high quality projects, cost-effectively.
www.yposkesi.com
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Aldevron serves the biotechnology industry with custom production of
nucleic acids, proteins and antibodies. Featuring the largest and most
modern GMP plasmid DNA manufacturing facility in the world, Aldevron
provides thousands of clients with plasmids, RNA, gene editing enzymes
and more for biological research projects from discovery to clinical trials
and commercial applications. These products are critical raw materials and
key components in commercially available drugs and medical devices,
helping accelerate development of treatments for diseases such as cancer,
infectious disease, pediatric disorders and rare diseases. Our collaborative
approach and commitment to providing quality materials allow us to
meet precise client requirements and provide innovative solutions to
advance science. Aldevron headquarters is in Fargo, North Dakota USA, and
additional facilities in Madison, Wisconsin and Freiburg, Germany.
www.aldevron.com
Amicus Therapeutics is a global biotechnology company at the forefront of
therapies for rare and orphan diseases. The Company has a robust pipeline
of advanced therapies for a broad range of human genetic diseases. As you
can see from our website, we have a real interest in Gene Therapy and feel
that we can partner with ESGCT on educating attendees of who Amicus is
and what Amicus is working on.
www.amicusrx.com
AskBio’s history-making journey began when our co-founder, Dr. Jude
Samulski, discovered how the Adeno-Associated Virus (AAV) could safely
deliver corrected genes to cells with genetic defects. Since then, we have
been developing foundational AAV technology long before most gene
therapy companies existed. Now, with the acquisition of Synpromics and
the pioneering promoter and gene control advancements made by Dr.
Michael Roberts, AskBio’s AAV platform is significantly enhanced.
Today, we are a multi-dimensional company with the world’s only fully
integrated gene therapy platform. We have brought to life some of the
industry’s most prolific AAV innovations in capsid design and high-yield
AAV production with unparalleled clinical expertise and a promising
therapeutic pipeline. Driven by the need to increase access and lower
cost, we know the science only matters when we can see a child walk, see,
hear, breathe and live a long healthy life through groundbreaking genetic
medicine.
AskBio is headquartered in Research Triangle Park, N.C., U.S. with our
European offices in Edinburgh, Scotland. Manufacturing is in San Sebastián,
Spain through our joint venture companies Viralgen and Touchlight AAV.
We welcome all who want to join us to advance gene therapy and to
change the face of healthcare. Email us: careers@askbio.com
www.askbio.com

54

Asphalion is an international Scientific and Regulatory Affairs consultancy,
with offices in Barcelona, Madrid, Amsterdam and Munich. We collaborate
with Pharma and Biotech companies facilitating Drug Development and
Regulatory Affairs projects for Drugs, Biologics, Biosimilars, ATMPs and
Medical Devices. Our involvement ranges from early development, through
to registration and post-commercialization phases. Since the company was
founded in 2000, we have consistently grown and now have a team of over
80 employees with backgrounds in all areas of life sciences. Our consultants
are experts in their fields and are in direct contact with European agencies
for the implementation of new regulatory standards. We provide global
services and work for hundreds of clients from around the world. Through
collaborations with partners in all other continents, we can accelerate your
worldwide scientific and regulatory activities by using local expertise.
Services:
• Regulatory and Scientific Strategy during Development
• Medical and Scientific Writing
• Global Submissions
• eSubmission and RIM
• Life-Cycle Outsourcing
• Pharmacovigilance
• Promoting the marketing registration of Medical Devices: Classification
strategy, CE Marking and compilation of technical file.
www.asphalion.com
Axon Medchem is a trusted supplier of high-value life science products,
providing Axon Ligands™ as world wide recognized drug reference
standards for pharmacological research. With more than 2000 excellent
quality small molecule inhibitors and modulators targeting more than
850 biological targets, we aim to facilitate your scientific research and
development.
Axon Medchem is also a leading European CRO in medicinal chemistry,
specialized in contract research and high-quality synthesis of bio-active
and/or drug-like molecules. We have the proven record in developing novel
drug candidates and achieving excellence for a decade by providing our
dedicated chemistry services for companies and research institutes around
the world.
www.axonmedchem.com
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Batavia Biosciences is a biopharmaceutical CDMO with extensive
experience in viral vector development and manufacturing projects. We
offer our novel technologies and in-depth know-how in order to help
our customers to complete preclinical phases at higher speed, reduced
costs and increased success. The company focuses on the early stages of
product development including cell line generation, upstream process
development, purification development, product characterization and
clinical manufacturing.
www.bataviabiosciences.com
Biocair is the global specialist courier with over 30 years of dedicated
experience in the pharmaceutical, biotechnology and life science sectors.
Specifically, we provide dedicated, specialised logistics services – both the
systems and the people – for the scientific sector and our services are the
most comprehensive of its kind available on the market. Biocair’s global
reach extends across Europe, Africa, Asia and the Americas.
The company has built up a unique, client-centric approach by employing
scientists in front-line logistics positions and assembling a team of bestin- class industry experts in quality, cold chain and regulatory compliance
amongst others. Biocair focuses on providing the most comprehensive
service options available whilst delivering flexible, tailored, cost effective
logistics solutions to all clients.
www.biocair.com
With six products on the market and a fully-integrated multinational
organization in place, BioMarin is providing innovative therapeutics to
patients with serious unmet medical needs. The company is also currently
conducting a clinical trial of an AAV-based potential gene therapy for
hemophilia A.
www.biomarin.com
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CELLINK is a global leader in 3D bioprinting, bioinks, and live-cell imaging
technologies. CELLINK designs and develops bioprinting technologies that
enable researchers to 3D print organs and tissue for applications that span
industries, from pharmaceutical to cosmetic. Our patent-pending bioink is
a biomaterial innovation that allows human cells to grow and thrive as they
would in their natural environment. Researchers leverage our technologies
to print liver, cartilage, skin tissues and more. In addition, our live-cell
imager is designed for high-throughput analysis of multiple samples for
rapid and ready-to-use results, thereby allowing researchers the ability to
run powerful cell assays in parallel. Our single cell dispensing system can
dispense virtually limitless combinations of cells, drugs, and growth factors
in seconds for reproducible high-throughput downstream analysis. We
invite you to join us on our journey to change the future of medicine!
www.cellink.com

CEVEC is a center of expertise for the production of biopharmaceuticals
using a unique human cell-based expression system.
CAP®GT is a fully scalable manufacturing platform for viral vector
production. CEVEC has successfully developed CAP®GT suspension cellderived viral packaging cell lines, including a stable, helper virus-free
AAV production platform, which enable better scale-up and competitive
production costs when compared to adherent cell culture systems. CAP®GT
suspension cell lines grow to high cell densities and show excellent
productivity for a broad range of viruses. Gene therapy vectors such as
lentiviral, adenoviral, and adeno-associated viral (AAV) vectors can be
produced at industrial scale. CAP®Go enables the production of proteins
“beyond antibodies”. The CAP®Go expression platform comprises a portfolio
of glyco-optimized human suspension cell lines for the highly efficient
production of a broad range of difficult to express recombinant proteins
with authentic human post-translational modifications or on demand tailormade glycosylation patterns.
www.cevec.com
Biosafety testing: A full range of regulatory tests in compliance with GLP
and cGMP, with more than 200 qPCR tests available. Capability to develop
and validate innovative, sensitive, specific and robust tests in accordance
with ICH Q2 R1. GMP production and storage: Production of Eucaryotic
and Procaryotic cell banks, Viral banks and Storage in liquid nitrogen or
-80°C. Assay development: Production of cell models which express
molecules of interest; Transfection, cloning, selection, amplification;
Analysis in vitro of the cell responses: measurement of viability, proliferation,
phenotype, specific functions (ex. ADCC, apopt osis, CDC), interferon
activity; Development and validation of qPCR tests: detection quantification
of pathogens or contaminants, residual DNA, determination of sites of
insertion of a transgene, gene copy number; Development and validation of
virus titration method; Detection and validation of recombinant competent
replication tests (rcAAV,RCL) for gene therapy. Advanced medicine
therapy manufacturing for phase I/II: GMP manufacturing platform for
bacteriophages and cell therapy products for phase I / II clinical trials
www.clean-cells.com
Covance Inc., the drug development business of Laboratory Corporation
of AmericaHoldings (LabCorp), is the world’s most comprehensive drug
development company. We are dedicated to advancing healthcare and
delivering Solutions Made Real® by providing high quality nonclinical,
clinical, commercialization and informatics services to pharmaceutical
and biotechnology companies to help increase the speed, precision and
effectiveness of drug development. We deliver unique perspectives by
leveraging the largest volume of drug development and proprietary lab
test data in the world. Covance is currently working on about half of all
active clinical trials globally, has been involved in all top 50 best-selling
ESGCT 27th Annual Congress in collaboration with SETGYC
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drugs on the market and has supported more than 60% of all FDAapproved companion diagnostics. Covance offersthe most experienced
central laboratory in the industry, with deep biomarker expertise and
extensive specialty testing capabilities supporting all therapeutic areas.
Together with our clients, Covance transforms today’s healthcare challenges
into tomorrow’s solutions.
www.covance.com
cytena’s single-cell deposition technology isolates single, living cells
automatically in a documented, viable and pure workflow. The single-cell
printer TM and the x.sight TM instruments providing assurance of clonality
by an image-series for each single cell, high cell viability like hand-pipetting,
no cross- contamination by the use of sterilized disposable cartridges
and are easy to use. 96 and 384 well plates can be used to deposit singlecells and single-bacteria with brightfield and fluorescence detection and
assured clonality. So far, also most of the world’s top 10 pharma companies
successfully use our instruments for their cell line development.
www.cytena.com
Delphi Genetics, located in Belgium, is a biotechnology company
specialized in genetic engineering and plasmid DNA production.
Delphi Genetics provides innovative and flexible biomanufacturing
solutions for plasmid DNA vaccines and plasmid DNA starting material for
gene therapy programs. We collaborate with our customers on projects at
all stages of development, from R&D to clinical phases. Our GMP-compliant
single-use process for plasmid DNA manufacturing allows us to provide
mg to g-scale of R&D, High Quality and cGMP-grade plasmid DNA, in our
dedicated facility.
To support this manufacturing activity, Delphi Genetics also offers its
proprietary STABY® “antibiotic-free” technology. STABY® technology can be
implemented in all plasmid DNA and provides better plasmid stabilization
and a safer way to manufacture plasmid DNA without antibiotic resistance
gene, following regulatory agencies recommendations.
www.delphigenetics.com
FinVector is a world leader in the research/development and cGMP
manufacture of Viral-Based Gene Therapy products, with state-of-the-art
facilities and a highly experienced scientific team working in the gene
therapy market. We deliver a tailored service to meet and exceed our clients’
needs. With our scientific expertise and industry knowledge FinVector
helps clients take viral-based products from pre-clinical through to
commercial phase. Please come and meet us at booth 35.
www.finvector.com
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GENEWIZ provides genomics services to over 120,000 users in 4,000
institutions worldwide, enabling researchers to advance their discoveries
faster than ever before. Now a Brooks Life Sciences company, GENEWIZ
leads the industry with our unique and proprietary sequencing and
automation technologies backed by specialized experts in Next Generation
Sequencing, GLP/CLIA regulatory-compliant services, Sanger Sequencing,
and Synthetic DNA Solutions.
www.genewiz.com
iBET is a private non-profit research-intensive institute dedicated to the
development of innovative solutions for the production and purification
of complex biopharmaceuticals. GenIbet Biopharmaceuticals is a GMP
biopharmaceutical CDMO offering highly specialized GMP manufacturing
and development services, including fill & finish. Together, GenIbet
and IBET are able to provide joint expertise covering a broad spectra of
Biopharmaceuticals, including recombinant proteins, Vaccines, RNA, Live
Microbial Products and Cell and Gene Therapy products. The portfolio
includes Adenovirus, Adeno-Associated Virus, Retrovirus, Lentivirus,
Baculovirus and Rhabdovirus, as well as a variety of stem cells such
as induced pluripotent, human embryonic, mesenchymal, cardio and
neural. In addition, fully owned Mass Spectrometry and GMP certified
Analytical Services Units enable performing detailed quality control and
characterization of our products.
www.genibet.com/www.ibet.pt
Greiner Bio-One specialises in the development, production and
distribution of high-quality plastic laboratory products and rapid test
systems for adventitious agents testing.
The company is a technology partner for hospitals, laboratories, universities,
research institutes, and the diagnostic, pharmaceutical and biotechnology
industries.
The BioScience division of Greiner Bio-One ranks among the leading
providers of specialised products for the cultivation and analysis of cell
and tissue cultures. Drawing on decades of experience with cryogenic
sample storage, Greiner Bio-One also offers solutions for automated
storage systems in biobanks. In addition, we continue to utilise our
expertise in the development and production of microplates for highthroughput screening, thereby allowing extremely fast and efficient drug
screening for both industrial and research applications. Furthermore,
Greiner Bio-One provides molecular analysis methods for fast and reliable
detection and identification of mycoplasma and viruses in cell-culture
based manufacturing processes. The entire development, manufacturing
and sales operations are controlled from the German headquarter of the
BioScience division in Frickenhausen.
www.gbo.com
ESGCT 27th Annual Congress in collaboration with SETGYC

59

Partners / Silver

Partners / Silver

For more than 30 years, IDT’s innovative tools and solutions for genomics
applications have been driving advances that inspire scientists to
achieve their next breakthroughs. As the creator of the gBlocks® Gene
Fragments, we share over 16 years of synthetic biology experience through
innovative product development, real-time web-based order tracking, and
experienced customer support staff. We have also developed proprietary
technologies for creating best-in-class genomics solutions for CRISPR
genome editing.
www.idtdna.com
KCT is newly formed research center in Kuopio, Finland. We provide high
quality basic and translational research. Professional team and laboratories
with cutting edge devices are providing scientific know-how and modern
technologies to develop advanced therapies. We undertake science in
collaboration with academic groups all over the world. Link to FinVector’s
GMP manufacturing, quality and regulatory teams ensures product path
from research to patients. Currently KCT is searching for new projects on
gene- and cell therapy.
www.kct.fi
Lysogene is a global biotechnology company, a leader in the basic research
and clinical development of gene therapy for neurodegenerative disorders.
Its mission is to radically improve the health of patients suffering from
incurable life threatening conditions by developing AAV vectors that have
demonstrated their effectiveness in safely delivering genetic material to the
central nervous system.
Lysogene’s most advanced product candidate is rAAV vector serotype
rh.10 carrying the human N-sulfoglucosamine sulfohydrolase (hSGSH) for
the treatment of MPS IIIA.The recently completed Phase I/II study in four
MPS IIIA children demonstrated that the gene therapy and neurosurgical
procedure is safe, well tolerated and exploratory efficacy profiles are
encouraging (Tardieu 2014). A phase III clinical study is under preparation.
Following a successful Series A financing round, Lysogene is expanding its
pipeline to GM1-gangliosidosis and other genetic diseases affecting the
central nervous system.
www.lysogene.com
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We are Merck KGaA, Darmstadt, Germany the vibrant science and
technology company. Science is at the heart of everything we do, it drives
the discoveries we make and the technologies we create. Our products
and services help you safely and efficiently develop and manufacture cell
and gene therapies. Our BioReliance® Services support every stage of gene
therapy development – from cGMP viral vector process development and
manufacturing to a comprehensive set of biosafety tests in accordance with
regulatory guidelines.
In addition, our SAFC® Biopharma Raw Material Solutions is a trusted
manufacturer of specialty chemicals and biologics for life sciences and high
technology commercial applications. The SAFC® portfolio of custom and
ready-to-use critical raw material solutions are backed by an experienced
and responsive team with deep technical, quality and regulatory expertise
who can tailor solutions to precisely fit your process.
Meet our experts at Booth 59.
www.merckmillipore.com
NHS Blood and Transplant is a national organisation within the NHS
dedicated to saving and improving lives. Our Cellular and Molecular
Therapies function offers broad experience and expertise in the provision
and manufacture of cell and gene therapies through our national network
of GMP grade and MHRA licensed facilities.
NHSBT partner with academic, commercial and NHS organisations
supporting novel cell and gene therapy programmes from concept through
to clinical trial, operating a ‘not for profit’ model. We welcome expressions of
interest for partnerships with organisations striving to develop the future of
medicine in the advanced therapies space.
www.nhsbt.nhs.uk
Novasep is a CDMO specialized in viruses & viral vectors production for
tox, clinical and commercial phases. Novasep offers global and integrated
services from process development to commercial manufacturing.
For 20 years, Novasep has acquired experience in developing and
manufacturing a wide range of viral vectors: AAV, Adenovirus, Lentivirus,
HSV, VEEV, VSV…, for gene therapy, immunotherapy and vaccination.
We also offer Fill and Finish services to complete the manufacturing of your
biologic. Our recent investments in new commercial assets, addressing both
drug substance and drug product manufacturing processes, will help to
contribute to your project’s success.
www.novasep.com
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Paragon Bioservices is an award-winning Contract Development &
Manufacturing Organization (CDMO). Our aim is to build strong client
partnerships focusing on transformative technologies, including oncology,
immunotherapies (CAR-T cell therapies and oncolytic viruses), new
generation vaccines (VLPs) and gene therapies (AAV). Paragon’s cGMP
facilities include microbial and mammalian suites, aseptic fil-finish and fullsegregated virus facilities. Responsibility to our clients, a passion for science
and our collective need to contribute to better public heath—is what keeps
us motivated and excited about the work that we perform. We are driven by
our commitment to provide exceptional quality scientific performance and
customer service.
With over 25 years in the business, Paragon’s scientists, engineers, quality
systems personnel and project managers have many years of experience
working with biologics—from research and process development services
to GMP manufacturing for clinical trials and eventual commercial launch.
www.paragonbioservices.com
Working together for a healthier world®
At Pfizer, we apply science and our global resources to bring therapies to
people that extend and significantly improve their lives. We strive to set
the standard for quality, safety and value in the discovery, development
and manufacture of health care products. Our global portfolio includes
medicines and vaccines as well as many of the world’s best-known
consumer health care products.
www.pfizer.co.uk
Polyplus-transfection applies its 15+ year expertise to the development
of novel transfection solutions up to GMP grade for high yield transient
protein and antibody production in CHO and HEK-293 cells, as well as for
viral vector production for Gene and Cell Therapy (PEIpro product range).
www.polyplus-transfection.com
PromoCell is a premier manufacturer of cell culture products. We are known
in particular for our broad range of human primary cells, stem cells and
blood cells, optimized cell culture media, and comprehensive line of cell
biology research products. Under the brand of PromoKine, we offer a wide
range of products for cell analysis, apoptosis research, cell transfection,
fluorescent labeling, mycoplasma detection and elimination antibodies,
ELISAs, cytokines and growth factors.
www.promocell.com

62

PTC is a science-led, global biopharmaceutical company focused on the
discovery, development and commercialization of clinically-differentiated
medicines that provide benefits to patients with rare disorders. PTC’s ability
to globally commercialize products is the foundation that drives investment
in a robust pipeline of transformative medicines and our mission to provide
access to best-in-class treatments for patients who have an unmet medical
need.
www.ptcbio.com
Sartorius Stedim Biotech is a leading international partner of the
biopharmaceutical industry. As a total solutions provider, the company
helps its customers to manufacture biotech medications safely, rapidly and
economically. Headquartered in Aubagne, France, Sartorius Stedim Biotech
is quoted on the Eurolist of Euronext Paris. With its own manufacturing
and R&D sites in Europe, North America and Asia and an international
network of sales companies, Sartorius Stedim Biotech has a global reach.
The Group has been annually growing by double digits on average and has
been regularly expanding its portfolio by acquisitions of complementary
technologies. In 2018, the company earned sales revenue of €1,212.2
million, and currently employs some 5,800 people.
www.sartorius.com
STEMCELL Technologies Inc. is a Canadian biotechnology company that
develops specialty cell culture media, cell isolation systems and accessory
products for life science research. Our specialty media include cGMP
grade mTeSR™1 and 3D culture kits, supporting the transition from bench
to bedside for cancer research, cell therapy and regenerative medicine
research, immunotherapy and more. Rigorous quality control processes and
raw material selection are critical to the optimal performance of STEMCELL’s
entire portfolio of products, ensuring that batch-to-batch variability is
minimized. Driven by science and a passion for quality, STEMCELL delivers
over 2500 products worldwide with consistent, unfailing quality and oneon-one assistance to help you succeed. If there is a product or service that
we do not currently offer, we are happy to work with you to customize
media or cell isolation products to meet your specific needs.
www.stemcell.com
Stilla Technologies focuses on accelerating the development of nextgeneration genetic tests by providing innovative instrumentation for digital
PCR. In 2016, Stilla Technologies launched the Naica TM System, the first and
only dPCR solution to offer 3-color multiplexing. Other key features of the
system are the speed, simplicity and versatility of its workflow.
www.stillatechnologies.com
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Takara Bio Inc. is the biotechnology company contributing to the health
of humankind through the development of revolutionary biotechnologies
such as gene therapy. We provide a wide range of life science reagents and
kits under the Takara®, Clontech®, and Cellartis® brands. Since 2014, we
have been focusing on the CDMO service, leveraging our know-how and
expertise in developing gene therapy. We have been supporting numerous
gene and cell therapy clinical trials through providing viral vectors, cell
processing services and quality control testing.
Furthermore, among our GMP facilities, we have a specialized GMP facility
for human pluripotent stem cell services in Sweden. This facility serves
for clinical hES cell line derivation and various hiPS cell-related research
including reprogramming, gene-editing and directed differentiation.
Takara Bio group devotes our efforts to meet the varied needs in ATMPs
worldwide.
www.takara-bio.com
Terumo BCT, a global leader in blood component, therapeutic apheresis
and cellular technologies, believes in the potential of blood and cells to
do even more for patients than they do today. Terumo BCT’s Cell Therapy
Technologies business enables researchers, developers and manufacturers
to create next-generation cell and gene therapies. We do this through
flexible, automated solutions that help meet your evolving needs for
reproducibility, quality and scale through the phases of development, from
translational research to current good manufacturing practice (cGMP) for
commercial manufacturing. One example, the Quantum® Cell Expansion
System automates and optimizes cell culture to meet the needs of a
variety of cell types in a consistent, controlled and functionally closed
environment. We are also looking further downstream in the process to
provide innovative solutions, like the FINIA® Fill and Finish System, to
support your needs into the future.
www.terumobct.com

64

Touchlight AAV is a Joint Venture between AskBio and Touchlight Genetics,
leaders in the AAV and DNA fields, to enable better AAV production. A
union to provide the gold-standard DNA for AAV manufacture. Touchlight
AAV is advancing gene therapy by offering its synthetic, linear, double
stranded DNA (dbDNA) as the new industry standard for transfection-based
AAV production:
• Safer: dbDNA is produced enzymatically and minimizes bacterial
sequences, thus preventing aberrant packaging of bacterial origins of
replication and antibiotic resistance genes.
• More effective: dbDNA reduces unwanted sequences.
• Scalable: dbDNA is manufactured from milligram to multi-gram scale
with an identical process.
• Faster to manufacture: dbDNA is manufactured in days, not months, and
PO to delivery will be less than 3 months in most cases.
Research and Clinical grade dbDNA manufactured in our state-of-the-art
facility in San Sebastian, Spain.
www.touchlightaav.com
Ultragenyx is a biopharmaceutical company committed to bringing to
patients novel products for the treatment of serious rare and ultra-rare
genetic diseases. The company has built a diverse portfolio of approved
therapies and product candidates aimed at addressing diseases with high
unmet medical need and clear biology for treatment, for which there are
typically no approved therapies treating the underlying disease.
www.ultragenyx.com
Univercells focuses on increasing the availability of affordable vaccines
and biotherapeutics to address global health challenges. The company is
developing turnkey solutions for a series of vaccines and biotherapeutics
to be delivered at an affordable price. By relying on proprietary core
technologies and a continuous process intensification approach,
production is achieved with a smaller footprint, and significantly lower
overall capital and operational costs. Global company headquartered in
Gosselies (Belgium), Univercells benefits from the support regional and
national players as well as from the Bill & Melinda Gates Foundation, Global
Health Investment Fund and other international players in the health and
vaccine industry.
www.univercells.com
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Viralgen Vector Core is a partnership uniquely positioned in the CDMO
industry to bring forward a robust suspension platform for AAV production
in a facility custom-designed to bring therapies to market as quickly as
possible. Leveraging the technology platforms of AskBio, Viralgen is able
to support every aspect of your AAV program from start to finish, including
large-scale manufacturing, fill-finish, and quality control in a GMP-certified
environment in San Sebastian, Spain.
www.viralgenvc.com
VIVEbiotech is a company fully specialized in lentiviral vectors with two
areas of expertise:
1. GMP CDMO: GMP Contract Development and Manufacturing
Organization specialized in lentiviral vector bioprocess development
(from very early stages) and GMP manufacturing
2. Innovation: VIVEbiotech´s strategy is focused on providing a response to
the main hurdles that currently exist within the gene therapy field:
(a) The need for cost-effective processes; (b) The enhancement of
the safety profile of viral vectors: worldwide licensed non-integrative
episomal stable lentiviral vector (LENTISOMA).
VIVEbiotech is currently working with companies based both in Europe and
USA being our main aim being flexible in terms of technical adaptation and
slots availability.
www.vivebiotech.com
Vivet Therapeutics is a biotechnology company developing novel gene
therapy treatments for rare, inherited metabolic diseases. Vivet’s lead
program, VTX-801, is a novel investigational gene therapy for Wilson disease
which has been granted Orphan Drug Designation (ODD) by the Food and
Drug Administration (FDA) and the European Commission (EC). This rare
genetic disorder is caused by mutations in the gene encoding the ATP7B
protein, which reduces the ability of the liver and other tissues to regulate
copper levels causing severe hepatic damage, neurologic symptoms and
potentially death. Vivet is building a diversified gene therapy pipeline
based on novel adeno-associated virus (AAV) with 5 preclinical programs
and new technologies addressing key challenges of AAV-based gene
therapy related to the sustainability of expression in young patients
and immunomodulation for potential retreatment. Vivet develops these
technologies through its partnership with, and exclusive licenses from,
the Fundación para la Investigación Médica Aplicada (FIMA), a not-forprofit foundation at the Centro de Investigación Medica Aplicada (CIMA),
University of Navarra based in Pamplona, Spain.
www.vivet-therapeutics.com
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Atara Biotherapeutics is a leading off-the-shelf, allogeneic T-cell
immunotherapy company developing novel treatments for patients with
cancer, autoimmune and viral diseases. Atara’s pipeline includes tabcel ® (tabelecleucel), which is in phase 3 development for patients with
Epstein-Barr virus-associated post-transplant lymphoproliferative disorder
(EBV+PTLD) as well as other EBV-associated haematologic malignancies
and solid tumors, including nasopharyngeal carcinoma (NPC); T-cell
immunotherapies targeting EBV antigens believed to be important for the
potential treatment of multiple sclerosis; and next-generation chimeric
antigen receptor T-cell (CAR T) immunotherapies for cancer as well as
targets in other therapeutic areas. The company, founded in 2012, is colocated in South San Francisco (corporate headquarters) and Northwest
Los Angeles (R&D and manufacturing) with a European headquarters
established in 2018 in Zug, Switzerland.
www.atarabio.com
Rare diseases, affecting around 3 million Spanish people, are a social
and health problem of the first order. The Centre for Biomedical Network
Research on Rare Diseases (CIBERER), a network structure set up at the
initiative of the Instituto de Salud Carlos III, pools and furthers the excellent
research done in this country with the aim of finding diagnoses and
therapies for those affected as quickly as possible.
www.ciberer.es
LogicBio is a Cambridge, MA-based genome editing company focused on
developing medicines to durably treat rare diseases in pediatric patients
with significant unmet medical need using GeneRide, our proprietary
technology platform. GeneRide enables precise, durable and site-specific
integration of a therapeutic transgene without exogenous nucleases or
promoters by relying on the native process of homologous recombination.
Because GeneRide is designed to have this durable therapeutic effect,
we are initially targeting rare liver disorders in pediatric patients where it
is critical to provide treatment early in a patient’s life before irreversible
disease pathology can occur. We have demonstrated proof of concept of
our therapeutic platform in animal models for a number of diseases and
are focusing on development of our lead product candidate, LB-001, for the
treatment of Methylmalonic Acidemia, or MMA, a life-threatening disease
that presents at birth.
www.logicbio.com
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Innovations, designs and trademarks are a valuable asset in any business.
They enhance your company’s distinguishing capacity, strengthen its
competitive position and make it more attractive to investors. Therefore,
there is every reason to give Intellectual Property a prominent place in
your business strategy. NLO has over 85 European patent and trademark
attorneys, qualified in the Netherlands, Belgium, Europe and the United
States. We are one of the largest IP consultancies in Europe with offices
in the Netherlands (Amsterdam, The Hague, Eindhoven and Ede) and
Belgium (Ghent and Mechelen). We support our clients by fortifying their
innovations. With about 20 patent attorneys specialised in Biotechnology
and Life Sciences, NLO has experienced dedicated teams, ensuring
you to have access to the necessary expertise. Our client list includes
multinationals, SMEs, universities, R&D and governmental organizations.
www.nlo.eu
Passage Bio is a fully integrated genetic medicines company based in
Philadelphia, PA that is developing a portfolio of six life transforming AAVdelivered therapeutics for the treatment of rare monogenic central nervous
system diseases. The company was founded by industry veterans Stephen
Squinto, Ph.D., and Tachi Yamada, M.D., in a partnership with gene therapy
pioneer James Wilson, M.D., Ph.D.
The company has a research, collaboration and license agreement with the
University of Pennsylvania and its Gene Therapy Program as well as the
Penn Orphan Disease Center.
www.passagebio.com
uniQure is delivering on the promise of gene therapy, single treatments
with potentially curative results. We have developed a modular technology
platform to rapidly bring new disease-modifying therapies to patients
with CNS, liver/metabolic and cardiovascular diseases. We are advancing a
focused pipeline of innovative gene therapies and have entered late-stage
clinical development in our lead indication, hemophilia B, and established
preclinical proof-of-concept in Huntington’s disease.
www.uniqure.com
VCN Biosciences is a privately-owned company focused in the development
of new therapeutic approaches for tumors that lack effective treatment. The
company uses oncolytic adenovirus technology platform to design highly
selective and efficient agents that replicate and self-amplify exclusively
in tumor cells. The selectivity of VCN oncolytic adenoviruses allows their
systemic administration, which is especially relevant for the treatment of
disseminated cancer. Contrary to chemotherapy, the ability of oncolytic
virus to self-amplify in tumor cells results in an effective dose increase with
time. These properties highlight VCN candidates as promising alternatives
for the treatment of refractory tumors such as pancreatic adenocarcinomas,
which is the current tumor target for its most advanced candidate, VCN-01.
www.vcnbiosciences.com
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At Editas Medicine, we’re committed
to harnessing the power and potential
of genome editing to develop
transformative medicines for people
suffering from serious diseases.

Visit us at www.editasmedicine.com

Advancing health together

Advancing
innovation
to improve
lives

MYOCURE

There are major challenges to be addressed in the field of rare disease and gene therapy.
At ESTEVE we will continue working to provide solutions and help keep the field moving forward.

#AdvancingHealthTogether

www.esteve.com

World Leader in commercial
manufacturing and development
of Viral-Based Gene Therapy
products.

See us at booth 35 or
visit us online at:

www.FINVECTOR.com

With state-of-the-art facilities and
a highly experienced scientific
team, we deliver a bespoke service
that meets our partner’s need.

Development of an innovative gene therapy
platform to cure rare hereditary muscle disorders
Myotubular myopathy (MTM) and Glycogen Storage Disorder (GSD) type II are rare and
life-threatening muscle diseases for which there is no deﬁnitive cure yet.
The EU research project MYOCURE seeks to overcome the bottlenecks that hamper
muscle-directed gene therapy by:
boosting gene transfer efﬁciency speciﬁcally in the muscle
increasing expression by using more robust muscle-speciﬁc expression cassettes
minimising undesirable immune reactions against the vector, the gene-modiﬁed
muscle cells or the therapeutic protein
validating the efﬁcacy and safety of the novel technology in preclinical models
leading towards a Phase I gene therapy clinical trial

“Thanks to the collaborative effort within MYOCURE, we
hope to establish a clinically translatable treatment platform
that may ultimately beneﬁt those patients afﬂicted by these
muscle disorders.”
Prof. Dr Marinee Chuah
MYOCURE Coordinator

Learn more about MYOCURE on our website: www.myocure.eu

Our solutions, your success

The MYOCURE project has received funding from the European Union’s Horizon 2020 research
and innovation programme under grant agreement No 667751.
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the next milestone
in cell and gene therapy...
We’ll achieve it together.
We want to be your partner
and add value to your therapy
development process. We invest
in enabling technologies and
build expertise to support the
development and commercialization of new innovative therapies.

Our scientists and engineers
bring decades-long development
experience across a broad spectrum
of cell types and technologies. This
builds the backbone of an extensive
service offering, providing you with
tailored process and analytical
development, manufacturing and
regulatory services.

MaxCyte-Expert-GTx-Barcelona-Ad.pdf

1

8/28/19

Visit pharma.lonza.com
North America +1 301 898 7025
Europe & ROW +41 61 316 81 11
Email pharma@lonza.com
© 2019 Lonza. All rights reserved.

8:18 AM

Lonza Cell and Gene Therapy Ad 0919 – Barcelona
CGT_HalfPage_Ad_final.indd 1

9/26/19 10:19 AM

Booth 54: Agilent Technologies is a leader in life sciences, diagnostics and
applied chemical markets. The company provides laboratories worldwide
with instruments, services, consumables, and expertise enabling customers
to gain the insights they seek. Agilent’s trusted collaboration gives
researchers the highest confidence in our solutions. Agilent has one of the
broadest solution portfolios of any company serving the academic, biotech
and pharma industries. Our solutions provide precise answers for disease
and cancer research, drug discovery, and basic research. Our instruments,
molecular biology reagents and kits help scientists conduct efficient and
more accurate research. Agilent enables new discoveries by providing faster
and innovative technologies to further research in the life sciences market.
www.agilent.com
Booth 53: Aldevron / see page 54
www.aldevron.com
Booth 67: ArcticZymes AS is a Norwegian biotechnology company
which has specialized in unique cold adapted marine enzymes for gene
technology applications. These enzymes may simplify workflows due to
their unique properties such as salt-tolerance, heat-lability and high activity
at low temperatures. All our enzymes are produced recombinantly at very
high purity. ArcticZymes offer unique enzymes for various market segments
like molecular diagnostics, pharmaceutical bioprocessing, academic
research, clinical laboratories and manufacturers of reagents for the Life
Science industry.
www.arcticzymes.com
Booth 28: Aseptic Technologies develops, manufactures and markets
innovative aseptic filling solution for the cutting edge therapies. Its
equipment and devices are designed de-risk aseptic fill and finish of Cell
and Gene Therapy Products. Used for the GMP ATMPs manufacturing since
2009, the AT-Closed Vial® Technology is a leading solution for aseptic filling.
The central element of the approach is the cryo-resistant vial remaining
closed throughout the filling process. The benefits of the technology are:
uncompromised container closure integrity during cryogenic storage,
better sterility assurance, reduced COGs, fast manual closed operations,
scaling-up with robotized process. Nitrogen-free CRF equipment VIAFreeze by GE and automated thawing device ThawStar by AsteroBio are
compatible with AT-Closed Vial®.
www.aseptictech.com
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Booth 13: The American Society of Gene & Cell Therapy is the primary
professional membership organization for scientists, physicians, patient
advocates, and other professionals with interest in gene and cell therapy.
ASGCT members work in a wide range of settings including universities,
hospitals, government agencies, foundations, biotechnology and
pharmaceutical companies. ASGCT advances knowledge, awareness, and
education leading to the discovery and clinical application of gene and cell
therapies to alleviate human disease to benefit patients and society.
www.asgct.org
Booth 47: AskBio / please see page 54
www.askbio.com
Booth 31: Asphalion / please see page 55
www.asphalion.com
Booth 63: Axon Medchem / please see page 55
www.axonmedchem.com
Booth 77: Axovant
Axovant, part of the Roivant family of companies, is a clinical-stage gene
therapy company focused on developing a pipeline of innovative product
candidates for debilitating neurological diseases. The company’s current
pipeline of gene therapy candidates targets GM1 gangliosidosis, GM2
gangliosidosis (including Tay-Sachs disease and Sandhoff disease), and
Parkinson’s disease. Axovant is focused on accelerating product candidates
into and through clinical trials with a team of experts in gene therapy
development and through external partnerships with leading gene therapy
organizations.
www.axovant.com
Booth 84: Batavia Biosciences / please see page 56
www.bataviabiosciences.com
Booth 26: Bio-Techne unites some of Life Sciences’ most distinguished
brands including R&D Systems®, Novus Biologicals®, Tocris®, ProteinSimple®
and Quad Technologies to deliver a vast array of GMP-compliant high
quality products and technologies tailored for cell therapy development.
Protein analysis platforms - ProteinSimple instruments for Simple PlexTM
assays, Simple WesternTM assays, Single-Cell Westerns, next generation
analytical and iCETM platforms.

Bio-Techne contined

ELISAs and Luminex® assays - Our Quantikine® and DuoSet® ELISA kits
are the gold standard. We are experts in bead-based multiplex assays,
providing high performance assays, MAGPIX® System, Luminex® 200® and
FLEXMAP 3D®.
GMP-grade products: R&D Systems®, Novus Biologicals®, & Tocris® develop
a large range of GMP compliant cytokines, small molecules, antibodies and
other proteins for use in cell therapy manufacturing as reagents or ancillary
proteins.
Enhanced cell manufacturing - Quad Technologies’ Cloudz™ GMPmanufactured T Cell Activation Kit, in conjunction with our range of GMP
ancillary reagents can improve the safety, efficiency, and flexibility of ex
vivo cell manufacturing.
Custom Development Services – R&D Systems® provides a custom protein
manufacturing service ranging from GMP-grade proteins to in-vitro
modifications and processing. Our scientists work to develop, express, and
purify some of the most challenging custom proteins with the highest
bioactivities in the market.
www.bio-techne.com
Booth 60: Biocair International / please see page 56
www.biocair.com
Booth 40: Founded in 1981, Biological Industries specializes in the
development, manufacture, and distribution of products for cell culture,
focusing today on stem cell systems and media for cell therapy. BI offers
the Nutristem® range of serum-free, xeno-free stem cell media (for
mesenchymal, induced pluripotent and embryonic stem cells), which have
become the gold standard in research and clinical applications, helping
to advance stem cell based therapies. In addition BI has launched an
innovative serum-free, xeno-free media for the direct differentiation of
hMSC from various sources into adipocytes, chondrocytes and osteoblasts,
and an innovative microvascular endothelial cell growth medium, specially
designed to support the optimal expansion of endothelial cells from
various sources. BI supplies additional related products for stem cell culture,
including animal component-free freezing media, xeno-free attachment
solutions and animal component-free cell dissociation
solutions. We at BI, are committed to a Culture of Excellence through our
advanced expertise, and extensive technical customer support, training,
and R&D capabilities.
www.bioind.com
Booth 8: BioNTech / please see page 49
www.biontech.de
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Booth 12: Biopharma Excellence / please see page 43
www.biopharma-excellence.com
Booth 7: Bluebird Bio / please see page 44
www.bluebirdbio.com
Booth 9: Brammer Bio / please see page 44
www.brammerbio.com
Booth 51: Caltag Medsystems provide Life Science and Drug Discovery
scientists with a portfolio of over 300,000 high quality research and
diagnostic reagents across Europe. Our Cell Culture portfolio ranges from
primary cells, stem cells, cell lines and media to skin, healthy & diseased
products, angiogenesis models and transfection reagents. Through our
suppliers, we are able to offer:
• Human and Animal Tissue Sourcing Service
• Fresh and Frozen Bone Marrow
• CD34+ Cells (Cord Blood, Peripheral Blood, Mobilised Peripheral Blood,
Bone Marrow)
• Leukapheresis Packs (mononuclear cells and autologous platelet rich
plasma)
• Supplements and Media
We can source cells types according to specific donor requirements, such
as age, sex etc. and there are a large number of cell types are available.
With our fully customised tissue procurement service, we are able to source
tissue with specific donor inclusion/exclusion criteria, all QC tested and
pathology verified.
www.caltagmedsystems.co.uk
Booth 56: Cellink / please see page 56
www.cellink.com
Booth 27: Cevec Pharmaceuticals / please see page 57
www.cevec.com
Booth 61: Clean Cells / please see page 57
www.clean-cells.com
Booth 80: Covance / please see page 57
www.covance.com
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Booth 71: Creatio is the Production and Validation Center of Advanced
Therapies of the University of Barcelona. Our mission is to deliver solutions
based on Advanced Therapies Medicinal Products (ATMPs) with the goal of
increasing the efficiency of the healthcare system and the quality of life of
society. We establish strategic alliances with companies, research centers
and hospitals to develop new translational projects and/or products in this
innovative medical field.
Our services include: production of advanced therapies for clinical use
including gene therapy, cell therapy and tissue engineering treatments.
Elaboration of protocols and all necessary documents for production under
GMP conditions. Scientific and technical advice and training, offering expert
advice in the development of new activities and processes in the field of
ATMPs. We also offer neurotoxicology and drug screening services based
on our neuronal models obtained from human pluripotent stem cells and
mouse models platforms (Avantdrug).
www.ub.edu
Booth 39: Cryogatt Systems Ltd is a high technology company specialising
in the development of electronic radio frequency identification (RFID)
based labelling, track, trace and audit systems, operating at cryogenic
temperatures down to -196°C. It operates in the biomedical market with
particular sector emphasis on human fertility, medical research, seed/crop
research and Cell/Gene Therapy. A large range of RFID labelled vessels are
available to accommodate the market sectors – for example: straws, vials,
visotubes, goblets, canisters and canes for the fertility sector; vials, boxes
and racks for the medical research sector; crystal vials and cryobags for the
Cell/Gene Therapy sector.
www.cryogatt.com
Booth 50: Cytena / please see page 58
www.cytena.com
Booth 76: The Daicel group, known for decades of leadership in Pharma,
Biopharma and Chemical industries is proud to announce their expansion
into the development of a drug delivery devide. Now, along with worldclass purification of antibodies, chiral pharmaceuticals and genomic DNA,
we are launching Actranza lab., a Pyro-drive jet Injector for the delivery
of Nucleic Acids, including DNA Vaccines, into living cells. Actranza™ lab.
is a jet injector driven by the instantaneous power generated from pyro
combustion. The high-speed stream of fluid ejected by Actranza™ lab.
penetrates skin, dispersing into intradermal tissue and introducing even
large molecules into cells.
www.daicel.com
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Booth 16: Delphi Genetics / please see page 58
www.delphigenetics.com

Booth 81: Genewiz / please see page 59
www.genewiz.com

Booth 6: Esteve / please see page 49
www.esteve.com

Booth 65: GenIbet / please see page 59
www.genibet.eu/www.ibet.pt

Booth 35: FinVector / please see page 58
www.finvector.com

Booth 64: GenoSafe is a CRO providing analytical testing services under
GLP, GMP and GCP compliance. We help our clients through their drug
development process by caring out the laboratory evaluation of the quality,
safety and efficacy of their innovative products (AAV, Lentivirus, Retrovirus,
CAR-T cell, Stem Cells). Working for the leaders in Gene and Cell therapy,
GenoSafe has been involved in immunogenicity studies, biodistributionbiodissemination studies and manufactured batches characterization.
Our proudest achievement was to be able to assist our clients from
preclinical research to clinical studies and Quality Control testing. We have
a customizable approach with our clients, using our expertise to set up the
right method testing on their product that will go all the way through the
Drug Application.
www.genosafe.com

Booth 25: Flash Therapeutics is a new gene therapy company developing
gene and cell-based therapies leveraging its proprietary lentiviral
production platform. The Company is built around the Vectalys lentiviral
platform, which includes its patented non-integrative LentiFlash®
technology, and integrative lentiviral vectors. By providing efficient,
transient and short-term RNA delivery, LentiFlash is suitable for gene
editing and other advanced therapeutic approaches. When stable DNA
expression is needed (immunotherapies such as CAR T cells), integrative
lentiviral vectors will be the delivery method of choice. Both technologies
benefit from novel production and purification processes developed and
continually optimized since 2005. Flash Therapeutics is advancing two
business lines: therapeutic development based on LentiFlash, with internal
programs for blood and liver diseases; development and manufacturing
support to companies worldwide pursuing lentiviral- based therapies. Flash
Therapeutics was established in 2018 through the merger of FlashCell, a
gene therapy company developing LentiFlash®; and Vectalys, a 13-year old
lentiviral vector manufacturer.
www.flashtherapeutics.com
Booth 22: GeneWerk GmbH is a Contract Research Organization (CRO)
founded in 2014. With more than 20 years of experience in the area of gene
and cell therapy, our senior team members look back on the first Integration
Site (IS) analysis in gene therapy clinical samples, dissection of the first
Severe Adverse Events (SAEs) in mice and humans and the first IS analysis
in lentiviral vector clinical samples (>150 peer-reviewed publications,
including Science, Nature, Nature Medicine, Nature Biotechnology, Science
Translational Medicine, Cell). GeneWerk ensures GCP compliant IS analyses
for (pre-)clinical gene and (CAR) T cell studies and drug products. In
addition, GeneWerk provides quality controlled custom-tailored services in
the fields of gene editing, immunomics, genomics, vector quality control,
bioinformatics and related areas.
www.genewerk.com
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Booths 14 & 15: Gilead / please see page 42
www.gilead.com
Booth 86: Greiner Bio-One GMBH (GBO) / please see page 59
www.gbo.com
Booth 29: Human Gene Therapy / please see page 50
www.liebertpub.com
Booth 57: Integrated DNA Technologies (IDTDNA) / please see page 60
www.idtdna.com
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Booth 43: JPT provides products and services for all the development
phases of next generation immunotherapeutics. With sound knowledge
in immunology and peptide chemistry, we offer peptides and peptide
pools (PepMix™) for antigen-specific stimulation of cells, humoral and
cellular epitope mapping, viral transduction, and development of
immunotherapies.
Thanks to an enhanced production protocol, our peptides are the product
of choice for the development of cell therapies such as adoptive cell
transfer or dendritic cell pulsing independent if you are aiming for an
individualized neo-epitope approach or working with shared and common
antigens.
With our novel transduction enhancer Protransduzin™ the generation of
CAR-Ts or TCR-Ts can be streamlined by enhancement of viral transduction
in a simple one-step protocol. Humoral immune response is addressed
with our PepStar™, high-content microarrays for seromarker discovery and
multiwell microarrays for profiling up to 20 samples.
www.jpt.com
Booth 33: Lonza / please see page 50
www.lonza.com
Booth 45: LumaCyte / please see page 44
www.lumacyte.com
Booth 3: MaxCyte / please see page 51
www.maxcyte.com
Booth 59: Merck | BioReliance / please see page 61
www.bioreliance.com
Booth 1: Miltenyi Biotec is a global provider of products and services
that advance biomedical research and cellular therapy. Our innovative
tools support research at every level, from basic research to translational
research to clinical application. Used by scientists and clinicians around
the world, our technologies cover techniques of sample preparation, cell
isolation, cell sorting, flow cytometry, and cell culture. Our more than 25
years of expertise spans research areas including immunology, stem cell
biology, neuroscience, and cancer. Today, Miltenyi Biotec has more than
2,000 employees in 28 countries – all dedicated to helping researchers and
clinicians make a greater impact on science and health.
www.miltenyibiotec.com
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Booth 4: Molmed / please see page 45
www.molmed.com
Booth 41: NHSBT / please see page 61
www.nhsbt.nhs.uk
Booth 36: Novasep / please see page 61
www.novasep.com
Booth 48: Orchard Therapeutics / please see page 46
www.orchard-tx.com
Booth 5: Oxford Biomedica / please see page 46
www.oxfordbiomedica.co.uk
Booth 34: Oxgene / please see page 51
www.oxgene.com
Booth 66: Pall Biotech provides cutting-edge products and services to meet
the demanding needs of customers discovering, developing and producing
biologics and classic pharmaceuticals. The company’s membranes and
membrane devices optimize detection and sample preparation in the
drug research, clinical diagnostics, genomics, and proteomics markets.
Pall is a leading provider of automated systems and single-use solutions
to pharmaceutical and biotechnology companies - from upstream,
through downstream, to formulation and filling - and maintains certified
ISO9001 manufacturing facilities worldwide. The company’s Scientific and
Laboratory Services (SLS), Technical Services and Validation Laboratories
have been a cornerstone of customer support for more than 30 years
providing compatibility studies, extractable/leachable studies, particulate
validation and more.
https://biotech.pall.com
Booth 46: Paragon Bioservices / please see page 62
www.paragonbioservices.com
Booth 72: PathoQuest, a spin out of Institut Pasteur, is a life sciences
company oﬀering a game changing metagenomics approach to improving
pathogen detection in biological samples. PathoQuest’s technology
combines a Next-Generation Sequencing (NGS) platform and a proprietary
sample preparation process which is applicable to several types of samples
with a proprietary pathogen genome sequence database and automated
analysis pipeline.
www.pathoquest.com
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Booth 52: Supporting life science research since 1988, PeproTech is a
privately owned biotechnology company focusing on the development
and manufacture of high quality cytokine products for the life-science and
cell therapy markets. Over the past 30 years the company has grown into
a global enterprise with state-of-the-art manufacturing facilities in the US,
and offices around the world. Our mission is to provide the highest quality
products that address the needs of today’s scientists and researchers,
and we pride ourselves on being a trusted partner within the scientific
community. With over 2,000 products PeproTech has developed and refined
innovative protocols to ensure quality, reliability and
consistency. Our product range includes:
• Research Grade Proteins and Antibodies
• GMP products for Cell, Gene and Tissue Therapy
• Animal Free Cytokine Range
• ELISA kits
• Cell Culture Media Kits / Supplements
www.peprotech.com
Booth 23: PhoenixBio – supplier of the PXB-mouse® and PXB-cells®,
provides comprehensive drug development study services including those
tailored for gene therapy involving liver-specific genes. The PXB-mouse®,
the world’s most widely used humanized liver chimeric mouse model
for preclinical drug development, features up to 95% mouse-to-human
hepatocyte replacement, ensuring accurate and predictable translatability
in pre-clinical development studies resulting in accelerated discovery
pipelines. PXB-cells®, hepatocytes freshly isolated from the PXB-mouse®,
are also available for in vitro study services or direct shipment. Long-term
stability, high enzyme activity, and study-to-study consistency make PXBcells® superior to cryopreserved cells. In addition to gene therapy study
services, PhoenixBio also provides turnkey preclinical comprehensive
DMPK, toxicity, safety, and hepatitis-related study services for
pharmaceutical discovery and development utilizing both the PXB-mouse®
and PXB-cells® models.
www.phoenixbio.co.jp

Booth 19: PlasmidFactory GmbH & Co. KG is a globally active
biopharmaceutical company, founded in Bielefeld, Germany, in 2000.
As a leading contract manufacturing organization (CMO) for plasmid
and minicircle DNA, it has a strong customer base in the fields of cancer
research, gene and cell therapy, CAR-T-cell development, and vaccination.
PlasmidFactory produces plasmids and minicircles according to customer’s
requirements in modern laboratories with high quality standards. In
addition to its In Stock products, e.g. for the worldwide exclusively offered
pDG/pDP AAV 2-plasmid-system, and custom manufacturing of plasmid
and minicircle DNA, PlasmidFactory focuses its R&D efforts on its core
competencies in the production, analysis, application, and storage of DNA.
www.plasmidfactory.com
Booth 37: Polyplus-transfection / please see page 62
www.polyplus-transfection.com
Booth 21: PROGEN, founded in 1983 and located in Heidelberg, Germany
is an established manufacturer and supplier of AAV Titration ELISA tests
and antibodies for gene therapy research and development. In the past
20 years, the DIN EN ISO 13485 certified company has established a
unique portfolio of AAV tools for basic and clinical research as well as for
pharmaceutical applications. Among them are specific antibodies to study
AAV assembly, capsid formation or the course of an infection as well as a
line of reliable AAV quantification ELISAs for different serotypes utilizing
PROGEN’s portfolio of capsid-specific AAV antibodies. PROGEN offers its
broad expertise in antibody & ELISA technologies, protein interaction and
purification and welcomes collaborations with academic and industrial
institutions to advance basic AAV research. In addition, the company
aims to establish partnerships with academic, pharmaceutical or medical
institutions for the development of AAV-based tools and therapies, e.g. for
standardization and validation steps in clinical trials.
www.progen.com
Booth 24: Promocell / please see page 62
www.promocell.com
Booth 85: PTC Therapeutics / please see page 63
www.ptcbio.com
Booth 11: Sarepta / please see page 47
www.sarepta.com
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Booth 30: Sartorius Stedim / please see page 63
www.sartorius.com
Booth 55: SGS is the world’s leading inspection, verification, testing
and certification company. SGS operates a network of over 1,500 offices
and laboratories around the world. The Life Science division serves
pharmaceutical, biopharmaceutical, and medical device companies along
the entire drug development pathway. With over 35 years’ experience
as a global contract service organization, SGS provides integrated (bio)
pharmaceutical development and testing solutions including clinical
research, pharmaceutical development, biologics characterization,
biosafety, and quality control testing for small and large molecules, raw
materials, containers and finished products. SGS Vitrology provides a
comprehensive range of biosafety services such as: virology, cell and
molecular biology as well as microbiology and electron microscopy.
Health Authorities, including the US FDA and the EMA, require companies
to undergo safety testing demonstrating that cell banks, viral banks, raw
materials, bulk harvests, and batches of clinical drug are free of bacteria,
fungi, mycoplasma, viruses and other potential contaminants. SGS Vitrology
helps clients by ensuring product safety in satisfying these regulatory
requirements. Our GLP/GMP facility is MHRA certified and US FDA audited.
www.sgs.co.uk
Booth 20: SIRION Biotech is a world leader in innovating viral vector
technologies and provides custom services to academic and industrial
partners internationally. SIRION is the only company mastering all 3 major
virus types (LV, AV and AAV) that are used for genetic manipulations of
cells, whether for in vitro or in vivo applications. Within the biotechnology
and preclinical sector, SIRION cater to a number of R&D projects, most
prominently in therapeutics development, e.g. gene and CAR-T cell
therapies. For enhancement of new cancer immunotherapies, SIRION
Biotech has developed a universal adjuvant – LentiBOOST™ that
significantly increases T- and B-cell transduction. Moreover, SIRION offers
fully customized services for R&D of gene therapies by optimizing AAV
cell & tissue specificity and improving the immunogenic profile. SIRION’s
custom-oriented focus on advancing of vector technologies makes us the
perfect partner to strengthen R&D of new therapies.
www.sirion-biotech.com
Booth 18: Stemcell Technologies / please see page 63
www.stemcell.com

Booth 17: Synthace is a London-based biotech/software company whose
aim is to make life science research more efficient. Our sophisticated
software allows scientists to easily and flexibly control their automation.
This opens up the possibility for rapid DoE studies, media optimisation,
assay setup, data analytics, and more.
www.synthace.com
Booth 2: Synthego / please see page 48
www.synthego.com
Booth 62: Takara Bio / please see page 64
www.takarabio.com
Booth 10: Thermo Fisher / please see page 53
www.thermofisher.com/BioProcessing
Booth 82: TouchLight / please see page 65
www.touchlightaav.com
Booth 83: Ultragenyx / please see page 65
www.ultragenyx.com
Booth 58: Univercells / please see page 65
www.univercells.com
Booth 44: VectorBuilder, established in 2014, is a revolutionary online
platform that allows researchers to design custom vectors/viruses and
simply order them. We possess a massive collection of ORFs since we have
generated over 165,000 vectors so far, meaning we do not synthesize,
which in turn means low cost. VectorBuilder in addition offers exceptionally
high quality viruses, viral packaging, shRNA/gRNA CRISPR libraries and BAC
modification as well as CRISPR/Cas9
transfection/microinjection kits.
en.vectorbuilder.com
Booth 42: Viralgen / please see page 66
www.viralgenvc.com
Booth 38: VIVEBiotech / please see page 66
www.vivebiotech.com

Booth 74: Stilla Technologies / please see page 63
www.stillatechnologies.com
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Booth 49: Xell is an innovative partner for the biotech and pharmaceutical
industry, providing efficient solutions in cell culture technology. Based
on our proprietary technology, Xell has developed a diverse range of
customized as well as commercial culture media, feeds and supplements
for the most commonly used cell types (CHO, HEK, Hybridoma etc.).
Applications range from transient gene expression to the production
of viral vectors, vaccines and biopharmaceuticals. All our products are
chemically defined, animal component-free, and available as liquid
formulations as well as dry powder for large-scale GMP manufacturing. Our
rational development approach combines a superior media platform with
metabolic models and powerful spent media analysis. In this context, Xell
offers fast and reliable analytical services. With a highly capable team of
scientists, we enable our clients to better understand complex cell behavior
and cultivation processes. Our portfolio is complemented by a wide range
of cell culture and process development services.
www.xell.ag
Booth 32: Yposkesi / please see page 53
www.yposkesi.com

transforming
cell therapy
Detecting subtle phenotypic
changes in cell populations
LumaCyte’s Laser Force Cytology (LFC) instrument,
RadianceTM, is providing great advancement to the
complex challenge of managing patient cellular
diversity. Radiance’s label-free approach to single
cell analysis does not rely on the use of antibodies
or genetic labelling, enabling real-time multivariate
measurement of novel critical quality attributes as
unique new biomarkers. Laser Force Cytology and
RadianceTM are changing the future landscape of
cell therapy research, treatment and outcomes.

For more information on Radiance
please visit LumaCyte.com
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MolMed CDMO offers end-to-end solutions for
Vector and Genetically Modified Cells Products
1. Project-specific reagents supply
• Certified subcontractors for HQ/GMP plasmids supply

Reagents
Supply

• Proprietary HQ packaging plasmids and 293T MCB for LVV manufacturing

2. Process Development
Process
Development

• Tech Transfer and development of Client Process
• Proprietary process for LVV manufacturing
• Proprietary processes for CD34+ and T-cell transduction

We bring our extensive experience to
meet your needs at every stage of product
lifecycle with our two GMP facilities of
5,000 SQM (54,000 SQF) combined area
approved for clinical and commercial
applications.

3. GMP manufacturing
GMP
Manufacturing

• 48L and 200L batches for Retro and Lenti Viral Vectors
• 2 Facilities Classified B-suites for Drug-Product manufacturing

4. QC and Analytics
QC &
Analytics

5. QA &
Regulatory

• Transfer and validation of product-specific methods
• Over 90% of analytics performed in-house

5. QA and Regulatory Support
www.molmed.com

QA &
Regulatory

For info: business.development@molmed.com

• Commercial Level Quality Management System
• Product release by internal QPs
• Support to compile and submit global filings

Biology at the Edge of Impossible
Scale at the Edge of Impossible for Gene Therapy Manufacture
Improved solutions for the design and biomanufacturing
of viral gene delivery systems.
From the world’s only contamination-free Adenovirus-based AAV
production system to the only manufacture-ready Lentiviral packaging
cell lines, we are redefining what is possible in the field of research,
licensable technologies, commercial processes and robotics.

Dedicated to transforming the lives of patients with rare
diseases through innovative ex vivo autologous HSC
gene therapy for the treatment of genetic disorders.
Orchard therapeutics is a leading global, fully integrated, commercialstage company focused on the continued development of innovative
gene therapies.
We invite those who share our vision and are interested in joining the
Orchard team to visit booth 48.

www.oxgene.com
business@oxgene.com

BOOTH NO. 34

© 2019 Orchard therapeutics. All Rights Reserved. GEN-EU-MED-009

HIGH QUALITY VIRAL VECTOR GMP MANUFACTURING
FOR CELL AND GENE THERAPY
Yposkesi, one of Europe’s largest CDMOs focused on making
a success of your gene therapy products
• Innovation-driven GMP manufacturing of AAV and lentiviral vectors
• Operational capacity of more than 50,000 sq. ft, increasing to 100,000 sq. ft by 2021
• Adherent and suspension processes
4 Class C BSL2 manufacturing suites
2*200L bioreactors
24CF10
2 Fill and Finish suites (Class A isolators)
Contact us:
Patricia Collet
pcollet@yposkesi.com
26, rue Henri Auguste-Desbruères
F - 91100 Corbeil-Essonnes

www.yposkesi.com

GENE THERAPY FOR RARE DISEASES
Advancing Therapies From Research
to Patient Treatment

Genethon, created by the AFM-Telethon, has the mission to make innovative gene therapy
treatments available to patients affected with rare genetic diseases.Having played a
pioneering role in deciphering the human genome, Genethon is today one of the leading
organizations for the development of gene therapy treatments.
The pipeline of Genethon includes products currently in clinical trials and at preclinical
stages, for primarily muscular dystrophies , immune deficiencies, ocular and liver diseases.
These products are developed either with Genethon as sponsor, or in partnership with
private companies and academic institutions.
Member of

FOR MORE INFORMATION :
www.genethon.fr

© Orélie Grimaldi/AFM-Téléthon, © Thomas Lang /AFM-Téléthon, © C. Hargoues/AFM-Téléthon .

Our passion
for making
a difference
unites us.
Amicus Therapeutics is a global,
patient-dedicated biotech
company focused on discovering,
developing, and delivering highquality medicines for people living
with rare metabolic diseases.

Amicus is proud to be a
sponsor of ESGCT 2019.

NP-NN-IN-00260719
Date of prep - July 2019

Clinical trial and commercialisation
workshop Tuesday 22 October
Organisers:
Alessandro Aiuti SR Tiget, Milan
Robin Ali University College London
Federico Mingozzi Spark Therapeutics, Philadelphia, PA

09:30-11:00
Room 113

Clinical trial and commercialisation
workshop Tuesday 22 October
12:20-13:30
Room 113

INV007: Rocio Martin Hoyos

Audentes Therapeutics, San Francisco, CA
Commercialisation of gene therapies in ultra rare diseases

Planning and running a clinical trial

INV008: Gabor Veres

INV001: Gemma Jones

BioMarin Pharmaceutical, Novato, CA
Development of valoctocogen roxaparvovec

UCL Clinical Trials Centre, London
General considerations for setting up a clinical trial

INV009: Patrizio Armeni

Patient identification & selection

Bocconi University, Milan
Fast tracking in Europe; Challenges of commercialisation

INV002: Alessandro Aiuti

SR Tiget, Milan
Newborn screening programs for rare monogenic
disorders: Impact on early detection and treatment with
ATMP

INV003: Ron Philip

Spark Therapeutics, Philadelphia, PA
Genotyping for inherited retinal disorders

INV004: Alden Ladd

bluebird bio, Cambridge, MA
Towards commercial CAR-T cell therapies: A step-wise
approach to CAR T cell product characterisation
Discussion

11:00-11:30
11:30-12:20
Room 113

Coffee

Manufacturing and distribution of gene
and cell products
INV005: Eduard Ayuso

University of Nantes
AAV manufacturing challenges

Discussion

13:30-14:30
14:30-16:30
Room 113

Lunch

Regulatory and reimbursement challenges
INV010: Sol Ruiz

Spanish Medicine Agency, Madrid
How can we lower the regulatory burden? Challenges for
the future / roadmap for the next 5 years

INV011: Giorgio Iotti

Chiesi, Parma
Key considerations in clinical development and commercialisation of advanced therapy medicinal products

INV012: Sam Parker

Lysogene, Paris
Measures of outcome in neurodegenerative gene therapy
trials

INV013: Simone Boselli

Eurordis, Brussels
Role of patient organisations

INV014: Diego Ardigo

Sarepta Therapeutics, Cambridge, MA
AAV manufacturing: Key considerations and challenges

Chiesi, Parma
Mapping of all steps, orphan drug development
guidebook

Discussion

Discussion

INV006: Reed Clark
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Education session Tuesday 22 October

Organiser and chair:

Hildegard Büning Hannover Medical School

09:15-09:30

Room 114-115

Education session Tuesday 22 October

12:30-13:00

Room 114-115

Edu 1: Opening words

INV020: Hinrich Abken

Universitätsklinikum Regensburg
CAR T cells, CAR NK, off-the-shelf CAR cells, CAR-Treg

Hildegard Büning Hannover Medical School

Introduction: Highlights in gene therapy in 2019

09:30-11:00

Room 114-115

Edu 2: Of vectors and other modes of
delivery
INV015: Els Verhoeyen EVIR/CIRI/INSERM U1111, Lyon
& Axel Schambach Hannover Medical School

13:00-14:00
14:00-16:00

Room 114-115

11:30-12:30

Room 114-115

Lunch

Edu 5: News on gene and cell therapy
INV021: Jose Carlos Segovia

Comparing lentiviral vectors and alpha retroviral vectors:
Both powerful tools for gene therapy

CIEMAT/CIBERER, Madrid
Lentiviral gene therapy and gene editing for the
treatment of metabolic diseases

INV016: Karim Benihoud CNRS UMR 8203, University of
Paris Sud & Hildegard Büning Hannover Medical School

INV022: Daniel Grinberg

Adenovirus and AAV vectors – zooming in
immunogenicity, vaccination and targeting

University of Barcelona
Neuronopathic lysosomal storage diseases: Cellular and
animal models to test therapeutic approaches

INV017: Matthew Porteus

INV023: Juan Jose Toledo-Aral

Stanford University, CA
Delivery of genome editing reagents

11:00-11:30

Edu 4: News on cancer gene therapy
strategies

Instituto de Biomedicina de Sevilla - IBiS
Cell therapy for Parkinson’s disease

Coffee

INV024: Eduard Serra

IGTP, Barcelona
Reprogramming benign tumours of the peripheral
nervous system associated to Neurofibromatosis Type 1
as a model system

Edu 3: Engineering cells for therapy
INV018: Marc Güell

Pompeu Fabra University, Barcelona
Precise engineering of mammalian genomes

16:00-16:30

Discussion

INV019: Mireya Plass
Centre for Genomic Regulation, Barcelona
Understanding cellular proliferation and differentiation
using single-cell transcriptomics
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Programme Tuesday 22 October
17:00-19:00

Room 113-117

Programme Wednesday 23 October

2019 Opening session

08:30-10:30

Room 116-117

Chairs:

INV027: Els Verhoeyen

Tigem, Naples
The lysosome: main regulator of cell metabolism and
attractive therapeutic target

EVIR/CIRI/INSERM U1111, Lyon
Site specific genome editing in human T, B cells and HSCs
using baboon envelope gp pseudotyped “Nanoblades”
loaded with Cas9/sgRNA and specific knock-in in HSCs
when combined with an AAV-6 encoding donor DNA

INV026: Masaio Takahashi

INV028: Pietro Genovese

Riken, Kobe
The benefits and risks of iPSC-derived retinal cell therapy

Harvard Medical School, Cambridge, MA
“One size fits all” strategy for T cell correction, selection
and depletion as new treatment for HIGM1 syndrome

Welcome reception

Proffered papers:
OR01: Laura Torella

INV025: Andrea Ballabio

P2 floor

Chairs:

Toni Cathomen University of Freiburg
Thierry VandenDriessche VUB, Brussels

Hildegard Büning Hannover Medical School
Fàtima Bosch, UAB Ciberdem, Barcelona
Angel Raya Centre de Medicina Regenerativa de Barcelona
(CMRB)

19:00-20:00

Session 1a: Gene and cell targeting

CIMA, Pamplona
Paired-nickase S.aureus Cas9 system is an efficient
and potentially safer in vivo treatment for Primary
Hyperoxaluria type 1

OR02: Antonio Carusillo

University of Freiburg
HDR-CRISPR: a novel system to promote Cas9-mediated
homology-directed DNA repair

OR03: Alessia Cavazza

University College London
Targeted gene correction of human haematopoietic stem
cells for the treatment of Wiskott-Aldrich Syndrome

Accelerate cell and gene therapy development
Let us help you accelerate the future of medicine
As a scientific innovator, you know that every moment counts. Faster advances in cell
and gene therapy can help transform how we think about medicine. Our integrated,
scalable, and custom solutions can provide the power to advance your research to
the clinic and beyond. Let’s do this together.

08:30-10:30

Session 1b: Innovaties therapies
in cancer
Chairs:

For Research Use Only. Not for use in diagnostic procedures. © 2019 Thermo Fisher Scientific Inc. All rights reserved. All
trademarks are the property of Thermo Fisher Scientific and its subsidiaries unless otherwise specified. COL010427 0919

PG1992-PJT4710-COL010427-Ads-for-ESGCT-programme-book-Resize-Global.indd 1

Inserm U1138, Paris
Adeno-associated virus in human liver: natural history
and consequences in tumor development

Room 113-115

Find out more at
thermofisher.com/celltherapy
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OR04: Tiziana La Bella

9/27/19 10:55 AM

Vincenzo Cerullo University of Helsinki
Ramon Alemany Idibell, Barcelona
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Programme Wednesday 23 October
08:30-10:30

Room 113-115

INV029: Cristina Fillat

IDIBAPS-UB, CIBERER, Barcelona
Pancreatic cancer: From target discovery to innovative
therapies

Programme Wednesday 23 October
08:30-10:30
Room 112

Leiden University Medical Center
De novo generation of functional human thymus
organoids from induced pluripotent stem cells

INV030: Chiara Bonini

OR08: Patricia Peking

Ospedale San Raffaele, Milan
Genome editing of memory stem T cells for cancer
immunotherapy

Paracelsus Medical University, SCI-TReCS, Salzburg
Self-assembly of human stem/progenitor cells creates
neo-vascularized skin and skin organoids

INV031: Yoshikazu Yonemitsu

Kyushu University, Fukuoka
GAIA-102: A novel natural killer cell-like phenotype that
can eliminate solid tumors

Proffered papers:
OR05: Sheena Smith

University of Zurich
Paracrine delivery of therapeutic biologics for cancer

OR06: Olivier Humbert

Fred Hutchinson Cancer Research Center, Seattle, WA
Base editor-mediated CD33 engineering to improve
safety and efficacy of CD33-targeted cancer therapy

08:30-10:30
Room 112

Session 1c: iPSC & organoids
Chairs:

Josep Maria Canals Idibaps, Barcelona
Axel Schambach Hannover Medical School

INV032: Nico Lachmann

Hannover Medical School
The ‘New Stem Cell’: Macrophages for disease modeling
and cell based therapies

INV033: Nuria Montserrat

IBEC Barcelona
Engineering human pluripotent stem cells for organoid
applications in regenerative medicine

INV034: Alfonso Martinez-Arias

University of Cambridge
Gastruloids: An ESC based model for mammalian
gastrulation and axial organization
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Proffered papers:
OR07: Frank Staal

08:30-10:30
Room 211

Session 1d: ATMP manufacturing
Chairs:

Philippe Moullier AskBio, Durham, NC
Francesc Godia UAB, Barcelona

INV035: Richard Snyder

Thermo Fisher Scientific, Cambridge, MA
Viral vector manufacturing and testing

INV036: Matthias Hebben

LogicBio, Cambridge, MA
AAV manufacturing: Critical parameters influencing
vector quality attributes

INV037: Hanna Lesch

Kuopio Center for Gene and Cell Therapy
Translational research of AAV expressing VEGF-B: Large
scale manufacturing process development, analytical
development and pre-clinical studies in ischemic porcine
model

INV038: Amine Kamen

McGill University, Montreal
Process intensification for manufacturing of viral vectors
for cell and gene therapy

INV039: Luca Alberici

Molmed, Milan
20 years journey of viral vector manufacturing and cell
engineering
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Programme Wednesday 23 October
08:30-10:30
Room 211

INV040: Carol Knevelman

Oxford BioMedica
Efficient processes for the commercial manufacture of
lentiviral vectors

Proffered papers:
OR09: Ana Filipa Rodrigues

iBET, Oeiras
Cell- and vector-engineering approaches for
manufacturing high-titer GaLV pseudotyped lentiviral
vectors from stable and constitutive producer cell lines

Programme Wednesday 23 October
13:00-15:00
P0

Meet the society leadership

15:00-17:00

Plenary session 3: Gene
therapy clinical trials I

Room 113-117

Room 113-117

Adrian Thrasher University College London
Seppo Ylä Herttuala University of Eastern Finland, Kuopio

INV045: David Williams

Harvard Medical School, Cambridge, MA
Validation of BCL11A as molecular target to treat sickle
cell disease: Results of pilot and feasibility trial using
shmiR technology

Coffee

Plenary session 2: From pre-clinical
to clinical gene therapy

INV046: Fulvio Mavilio

Audentes Therapeutics, San Francisco, CA
Gene therapy for myotubular myopathy

Chairs:

Juan Bueren CIEMAT/CIBERER, Madrid
Alessandro Aiuti SR Tiget, Milan

INV047: Alberto Auricchio

TIGEM, Naples
Gene therapy of mucopolysaccharidosis type VI

INV041: Steve Brown

IMPC, Harwell
The International Mouse Phenotyping Consortium (IMPC):
Delivering a comprehensive catalogue of mammalian
gene function and novel pre-clinical models

INV042: Fàtima Bosch

UAB, Ciberdem, Barcelona
Translational gene therapy approaches to treat
Mucopolysaccharidosis

INV048: Jude Samulski

UNC Gene Therapy Centre, Chapel Hill, NC
The road from Canavan to Pompe - a 20 year clinical journey

17:00-17:30
17:30-19:30

Room 116-117

Coffee

Session 2a: Skeletal muscle & bone gene
therapy

INV043: Matthew Porteus

Chairs:

INV044: Luigi Naldini

INV049: Thierry VandenDriessche

Stanford University, CA
Engineering of cells using genome editing to treat disease
SR Tiget, Milan
Advanced genetic engineering of haematopoiesis to treat
human diseases

102

A chance to meet the leadership of all national and
international societies

Chairs:

Bambino Gesù Children’s Hospital, Rome
Generation of an automated GMP-grade protocol in a
closed system for the expansion of polyclonal memory
γδ-T cells for a “third party” cell bank

11:00-13:00

Poster session I

13:45-14:45
Registration area

OR10: Vinicia Polito

10:30-11:00

Lunch

Marinee Chuah VUB, Brussels
Ana Buj Bello Genethon, Evry
VUB, Brussels
Gene therapy flexes its muscles
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Programme Wednesday 23 October
17:30-19:30

Room 116-117

INV050: Pura Muñoz

Universidad Pompeu Fabra, Barcelona
Muscle stem cell aging and rejuvenating strategies

Programme Wednesday 23 October
17:30-19:30

Room 113-115

SR TIGET, Milan
Shortened ex vivo transduction for haematopoietic
stem cell gene therapy of Hurler disease: impact on
haematopoietic reconstitution potential

INV051: Johan Richter

Lund University
Towards haematopoietic stem cell-targeted gene therapy
of infantile malignant osteopetrosis

OR14: Gavin Corcoran

Axovant Sciences, New York
The SUNRISE-PD Study, a clinical trial of AXO-LENTIPD: A CNS-directed gene therapy for the treatment of
Parkinson’s disease

Proffered papers:
OR11: Daniel Moore

University College London
Modelling skeletal muscle laminopathies with human ips
cells and bio-engineered skeletal muscles: Prospects for
genetic therapies

OR12: Magdalena Matloka

Center of Research in Myology, Paris
Decoy-based gene therapy for Myotonic Dystrophy

17:30-19:30

Room 113-115

Session 2b: First in man gene therapy
Chairs:

Alessandra Biffi University Hospital of Padua
Giuliana Ferrari SR Tiget, Milan

INV052: Claire Booth

Proffered papers:
OR13: Erika Zonari

17:30-19:30
Room 112

Session 2c: Next generation
engineered T&NK cells
Chairs:

Sonia Guedan Idibaps, Barcelona
Boris Fehse University of Hamburg

INV055: John Maher

University College London
T4 CAR T-cell immunotherapy of head and neck cancer –
Phase I trial update

INV056: Pablo Menendez

University College London
Evolving haematopoietic stem cell gene therapy

Josep Carrera Research Center, Barcelona
Advancing adoptive cellular immunotherapy for acute
leukemia

INV053: Alessandro Aiuti

INV057: Concetta Quintarelli

SR Tiget, Milan
Haematopoietic stem cell gene therapy for MPSIH

INV054: Terrence Flotte

University of Massachusetts Medical School, MA
First-in-human gene therapy for Tay-Sachs disease: Report
of two infants treated on an expanded access clinical trial
of rAAVrh8-HexA/HexB (AXO-AAV-GM2)

Ospedale Bambino Gesù, Roma
Harnessing NK lymphocytes: An alternative platform for
allogeneic CAR therapy

Proffered papers:
OR15: Frederic Thalheimer

Paul-Ehrlich Institut, Langen
In vivo generated human CAR T cells eradicate B cell
leukemia in preclinical mouse models

OR16: Arpad Szoor

University of Debrecen
Trastuzumab derived HER2-specific CAR for trastuzumabresistant breast cancer: CAR T-cells successfully engage
target epitopes that are not accessible to antibodies
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Programme Wednesday 23 October
17:30-19:30
Room 211

Session 2d: AAV vector development
Chairs:

Programme Thursday 24 October
08:30-10:30

Room 113-117

Session 4: Gene therapy
clinical trials II
Chairs:

Els Verhoeyen EVIR/CIRI/INSERM U1111, Lyon
Jim Wilson University of Pennsylvania, Philadelphia, PA

Virginia Haurigot Spark Therapeutics, Philadelphia, PA
Fulvio Mavilio Audentes Therapeutics, San Francisco, CA

INV058: Hildegard Büning

INV061: Juan Bueren

Hannover Medical School
Advanced AAV vectors - capsid engineering and beyond

CIEMAT/CIBERER, Madrid
Gene therapy for patients with Fanconi anaemia

INV059: Eric Kelsic

Harvard Medical School, Cambridge, MA
Machine-guided AAV capsid engineering for gene
therapy

INV062: Michel Sadelain

INV060: David Schaffer

INV063: Don Kohn

University of California, Berkeley, CA
Directed evolution of novel AAV vectors for clinical gene
therapy

UCLA, CA
Haematopoietic stem cell gene therapy for sickle cell
disease

Proffered papers:
OR17: Jihad El Andari

INV064: Steven Gray

Heidelberg University Hospital
Semi-rational engineering of next-generation AAV capsids
for muscle gene therapy

OR18: Eric Pozsgai

Sarepta Therapeutics, Cambridge, MA
Systemic gene transfer with AAVrh74.MHCK7.SGCB
increased β-sarcoglycan expression in patients with limb
girdle muscular dystrophy type 2E

Memorial Sloan Kettering Cancer Center, NY
Clinical strategies to overcome resistance to CAR therapy

UT Southwestern, Dallas, TX
Intrathecal AAV9 as a platform approach to treat multiple
CNS disorders

10:30-11:00
11:00-13:15

Room 113-117

Coffee

Presidential symposium
Chairs:

Hildegard Büning Hannover Medical School
Angel Raya Centre de Medicina Regenerativa de Barcelona
(CMRB), Barcelona

INV065: Hildegard Büning
Hannover Medical School
Presidential address

INV066: Hans Pieter Kiem

Fred Hutchinson Cancer Research Center, Seattle, WA
Targeting distinct haematopoietic stem cell populations
for ex vivo and in vivo gene therapy
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Programme Thursday 24 October
11:00-13:15

Room 113-117

ESGCT Outstanding achievement award
INV067: Nathalie Cartier Lacave

Inserm U1127, Institute for Brain and Spine (ICM) Paris
Gene therapy strategies for neurodegenerative diseases:
From genetic to complex diseases

ESGCT Young investigator award
OR51: Paula Rio

CIEMAT/CIBERER, Madrid
Innovative haematopoietic gene therapy strategies in
Fanconi anaemia

ESGCT AGM

13:15-14:45
P0
13:45-14:45
Room 112

Lunch

Poster session II
Ethics in gene and cell therapy
Chairs: Bernd Gänsbacher Technical University Munich

Odile Cohen-Haguenauer Hôpital Saint Louis, Paris
Odile Cohen-Haguenauer Hôpital Saint Louis, Paris
Ethics of first-in-man clinical trials in gene therapy
Nicholas Anagnou University of Athens
Ethical issues of unproven therapies and stem cell tourism
Matthew Porteus Stanford University, CA
The strict criteria for germline editing proposed by the
2017 study committee
François Moreau-Gaudry University of Bordeaux
CRISPR-Cas9 genome editing induces megabase-scale
chromosomal truncations
Roundtable discussion
13:45-14:45
Room 211
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Programme Thursday 24 October
14:45-16:45

Room 116-117

Session 3a: Latest news from
cardiovascular and pulmonary
gene therapy
Chair:

Terry Flotte University of Massachusetts Medical School, MA
Mauro Giacca Kings College London

INV068: Mauro Giacca

Kings College London
Identification of novel cardioprotectors from AAV libraries
encoding for the secretome

INV069: Maria Blasco

CNIO, Madrid
Telomerase gene therapy as a novel treatment for
pulmonary fibrosis

INV070: Seppo Ylä Herttuala

University of Eastern Finland, Kuopio
Recent developments in cardiovascular gene therapy

Proffered papers:
OR19: Rosario Perona

CSIC/UAM, CIBER, Madrid
GSE4, a Dyskerin derived peptide enhances pneumocyte
growth, reduces apoptosis, DNA damage and lung fibrosis

OR20: Rafael Sànchez-Sànchez

Instituto de Investigacion sanitaria La Fe, Valencia
Cardioprotective effect of miRNAs derived from
mesenchymal stem cells extracellular vesicles in
doxorubicin-induced damage

Infectious diseases meet gene therapy
Chairs: Monique Nijhuis UMC Utrecht

Hans Pieter Kiem Fred Hutchinson, Seattle, WA
Javier Martinez-Picado IrsiCaixa, Barcelona
The IciStem experience: Learning from allogeneic stem
cell transplantation to cure HIV
Anne Galy Genethon, Evry
Vectored immunoprophylaxis of infectious diseases:
Current efforts and future perspectives
Toni Cathomen University of Freiburg
The prospect of genome and epigenome editing to cure
HIV and other infectious diseases
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Programme Thursday 24 October
14:45-16:45

Room 113-115

Programme Thursday 24 October
INV075: Roland Herzog

Session 3b: Sensory and CNS
gene therapy I

Indiana University, IN
Immune response mechanisms against AAV vectors

Chairs:

INV076: Anna Kajaste-Rudnitski

Alberto Auricchio TIGEM, Naples
Françoise Piguet Inserm U1127, Institute for Brain and
Spine (ICM) Paris

SR Tiget, Milan
Vector-host interactions and innate immunity in
haematopoietic stem cell gene engineering

INV071: Alessandra Biffi

Proffered papers:
OR23: Giorgia Squeri

University Hospital of Padua
HSC gene therapy for neurometabolic and
neurodegenerative disorders

SR Tiget, Milan
Targeting pre-existing anti-transgene T cell response for
effective gene therapy of Mucopolysaccharidosis type-I

INV072: Luk Vandenberghe

Harvard Medical School, Cambridge, MA
AAV discovery for neurosensory indications and beyond

OR24: Malo Journou

University of Nantes INSERM 1089
Recombinant AAV-mediated gene transfer to the skeletal
muscle is associated to immune modulation of transgene
expression in the macaque model

INV073: Hinrich Staecker

The University of Kansas, Lawrence, KS
Strategies for translating inner ear gene therapy: Lessons
from the first in human clinical trial

Proffered papers:
OR21: Szilárd Kiss

Weill Cornell Medical College, NY
Intravitreal gene therapy with ADVM-022 for neovascular
age-related macular degeneration (phase 1 OPTIC Trial)

OR22: Adrian Thrasher

University College London
Phase 2/3 trial to assess the safety and efficacy of Lenti-D
autologous haematopoietic stem cell gene therapy for
cerebral adrenoleukodystrophy

14:45-16:45
Room 112

Session 3c: Immune responses to gene
therapy
Chairs:

Federico Mingozzi Spark Therapeutics, Philadelphia, PA
Anne Galy Genethon, Evry

INV074: Percy Knolle

TUM, Munich
Mechanisms of liver tolerance and implication for
liver-targeted gene therapy

110

14:45-16:45
Room 211

Session 3d: Blood diseases
Chairs:

Guillermo Guenechea CIEMAT/CIBERER, Madrid
Francisco Martin Genyo, Granada

INV077: Jose Carlos Segovia Sanz

CIEMAT/CIBERER, Madrid
First steps of a lentiviral gene therapy clinical trial for
Pyruvate Kinase Deficiency

INV078: Giuliana Ferrari

SR Tiget, Milan
Gene therapy for transfusion dependent betathalassemia: A lesson from patients

Proffered papers:
OR25: Yari Gimenez Martinez

CIEMAT/CIBERER, Madrid
Lentiviral-mediated Phenotypic Correction of CD34+ Cells
from RPS-19-deficient Diamond-Blackfan Anemia Patients

OR26: Denise Klatt

Hannover Medical School
Competitive sgRNA screen identifies Mapk14 as a
druggable target to improve HSPC engraftment in a
proinflammatory environment
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Programme Thursday 24 October
Proffered papers:
OR27: Evangelia Yannaki

G. Papanikolaou Hospital, Thessaloniki
Interim results from the phase 3 Northstar-2 and
Northstar-3 studies of LentiGlobin gene therapy for the
treatment of transfusion-dependent β-thalassaemia

OR28: Serena Scala

SR Tiget, Milan
Haematopoietic reconstitution dynamics of MPB- and
BM-derived haematopoietic stem/progenitor cells in
Wiskott-Aldrich syndrome patients treated with lentiviral
gene therapy

16:45-17:15
17:15-19:15

Room 113-117

Coffee

Plenary session 5:
Gene editing and toxicity
Chairs:

Robin Ali University College London
Luigi Naldini SR Tiget, Milan

Room 116-117

Session 4a: Sensory and CNS gene
therapy II
Chairs:

Nathalie Cartier Inserm U1127, Institute for Brain and Spine
(ICM) Paris
Juan Jose Toledo-Aral Instituto de Biomedicina de Sevilla
- IBiS

INV083: Abdel Benraiss

University of Rochester, NY
Cell replacement strategies for striatal regeneration in
Huntington’s disease

INV084: Robin Ali

University College London
ES-derived cone photoreceptor transplantation for the
treatment of retinal degeneration

Proffered papers:
OR29: Bence Gyorgy

INV079: David Liu

Harvard University, Cambridge, MA
Prime editing

INV080: David Rawlings

OR30: Allison Bradbury

University of Seattle, WA
Gene editing in human T and B cells for novel clinical
applications

University of Pennsylvania, Philadelphia, PA
Intrathecal AAV9-GALC corrects both central and
peripheral nervous system disease in canine Krabbe
disease in a dose and time-dependent manner

INV081: Jim Wilson

OR31: Pengcheng Zhou

INV082: Angelo Lombardo

SR Tiget, Milan
Exploiting targeted epigenome editing for therapeutic
and biological applications

Molecular Mingle
MNAC, Barcelona
Coaches depart from
CCIB at 19.30

112

09:00-11:00

Institute of Molecular and Clinical Ophthalmology Basel
Allele-specific gene disruption through discrimination
of a single base change by S. aureus Cas9-KKH prevents
progressive hearing loss after AAV-mediated gene
delivery

University of Pennsylvania, Philadelphia, PA
Safety and efficacy of in vivo editing in primate liver

20:00

Programme Friday 25 October

Voyager Therapeutics, Cambridge, MA
Widespread, dose-dependent and durable huntingtin
lowering in Huntington’s disease-relevant brain regions of
large mammals with intraparenchymal administration of
the AAV gene therapy VY-HTT01

OR32: Kevin Foust

AveXis, San Diego, CA
Intrathecal administration of AVXS-301 for amyotrophic
lateral sclerosis (ALS): survival extension and SOD1
reduction in mice and nonhuman primates
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Programme Friday 25 October
09:00-11:00

Room 113-115

Programme Friday 25 October
Proffered papers:
OR35: Petr Ilyinskii

Session 4b: New approaches in
gene editing

Selecta Biosciences, Watertown, MA
ImmTOR™ tolerogenic nanoparticles enhance transgene
expression after both initial and repeat dosing in a mouse
model of methylmalonic acidemia treated with Anc80
AAV-Mut vector

Chairs:

Paula Rio CIEMAT/CIBERER, Madrid
Jose Carlos Segovia CIEMAT/CIBERER, Madrid

INV085: Juan Rodriguez-Madoz

OR36: Heather Gray-Edwards

University de Navarra, Pamplona
Disease modelling and genome editing for treatment of
rare metabolic disease

University of Massachusetts, Boston, MA
Bicistronic AAV gene therapy for Tay-Sachs disease

OR39: Maria Jose de Castro

INV086: Claudio Mussolino

Hospital Universitario Santiago de Compostela
Safety, tolerability, biopotency and neurocognitive data
of ABO-102 in Transpher A, an open-label, multicenter,
single-dose, dose-escalation, Phase 1/2 Clinical Trial in
Sanfilippo Syndrome type A (Mucopolysaccharidosis IIIA

University of Freiburg
Advances in precision genome and epigenome editing
for human gene therapy

Proffered papers:
OR33: Edoardo Schneider

IGCEB, Trieste
Human microRNAs selected by high-throughput
screenings enhance CRISPR/Cas9-based homologous
recombination in post-mitotic hearts

OR34 Laura Ugalde Díaz

CIEMAT/CIBERER, Madrid
Broad applicability of NHEJ-mediated gene editing to
correct mutations in a variety of Fanconi Anemia genes

09:00-11:00
Room 112

Session 4c: Metabolic and genetic
diseases
Chairs:

Steven Gray UT Southwestern, Dallas, TX
Fátima Bosch UAB, Ciberdem, Barcelona

INV087: Federico Mingozzi
Spark Therapeutics, Philadelphia, PA
Liver gene transfer as a new modality for enzyme
replacement therapy, the example of Pompe disease

OR40: Verónica Jiménez

UAB, Ciberdem, Barcelona
AAV-FGF21 gene therapy mediates healthspan expansion
in old mice

09:00-11:00
Room 211

Session 4d: Regulatory session
Chairs:

Martina Schüssler-Lenz Paul-Ehrlich-Institut,
Langen
Ilona Reischl Federal Office for Safety in Health Care, Vienna

INV088: Martina Schüssler-Lenz

Paul-Ehrlich-Institut, Langen
The EU landscape of authorised advanced therapies:
presence and future

INV089: Heli Suila

Finnish Medicines Agency
Quality considerations for gene therapies

INV090: Anne Engedahl Pastoft

Danish Medicines Agency
Non-clinical 84 data supporting gene therapy clinical trials

INV091: Jan Müller-Berghaus
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Paul-Ehrlich-Institut, Langen
Scientific and regulatory support for gene therapy in
European countries
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Programme Friday 25 October
09:00-11:00
Room 211

11:00-11:30
11:30-13:30

Room 116-117

Q&A and panel discussion

with chairs, speakers, Patrick Celis, European Medicines
Agency

Programme Friday 25 October
11:30-13:30

Room 113-115

Homology Medicines Inc.
Nuclease-free genome editing by AAVHSC vectors leads
to in vivo genome correction and amelioration of disease
phenotype in a mouse model of phenylketonuria (PKU)

Session 5a: Cancer gene therapy
Chairs:

OR44: Jonathan Finn

Codiak BioSciences, Cambridge, MA
A versatile platform for precision exosome engineering

INV092: Juan Fueyo

MD Anderson, Houston, TX
Virus, immunology and gliomas: New paradigms

OR45: Manel Llado

TIGEM, Naples
Homology-independent targeted integration to
counteract toxic gain-of-functions and loss of transgene
expression due to cell proliferation

INV093: Ramon Alemany

Idibell, Barcelona
Potential and limitations of oncolytic adenoviruses

OR46: Stefanie Gehrig-Giannini

Bayer AG Preclinical Research, Cologne
Engineering potent, small, chimeric, synthetic, RNAguided nucleases (sRGN) from four uncharacterized Cas9
genes

INV094: Vincenzo Cerullo

University of Helsinki
Dressing viruses in tumor’s clothing: Cloning-free
platforms to trigger tumor-specific immune response

OR47: Giandomenico Turchiano

Proffered papers:
OR41: Richard Vile

University College London
CAST-Seq, a novel preclinical genotoxicity assay, enables
qualitative and quantitative insights in chromosomal
aberrations in gene-edited human haematopoietic
stem cells

Mayo Clinic, Rochester, MN
Trap and Ambush viroimmunotherapy for tumour
recurrence by oncolytic virus driven neoepitope
vaccination

OR48: Anthony Forget

Intellia Therapeutics, Cambridge, MA
In vivo gene knockout followed by targeted gene
insertion results in simultaneous reduced mutant protein
levels and durable transgene expression

OR42: Maria Cristina Ballesteros

CIMA, Pamplona
Local expression of a PD-L1 blocking antibody from a
self-replicating RNA vector induces potent antitumor
responses

Room 113-115

Session 5b: New delivery systems and
technologies
Chairs:

University of Duisburg, Essen
Genetic gold for the treatment of haemophilia

Proffered papers:
OR43: Jason Wright

Coffee

Cristina Fillat IDIBAPS-UB, CIBERER, Barcelona
Javier Garcia-Castro Instituto de Salud Carlos III, Madrid

11:30-13:30

INV095: Helmut Hanenberg

11:30-13:30
Room 112

Session 5c: Liver gene and cell therapy
Chairs:

Gloria Gonzalez-Aseguinolaza CIMA, Pamplona
Xavier Anguela Spark Therapeutics, Philadelphia

Ander Izeta Instituto Biodonostia, Donostia
Zoltan Ivics Paul Ehrlich Institute, Langen
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Programme Friday 25 October

Programme Friday 25 October

INV096: Paolo Martini

INV099: Serge Braun

Moderna Therapeutics, Cambridge, MA
Messenger RNA therapy for inherited metabolic disorders

AFM, Paris
Patients are not just patients, they are also pioneers: The
AFM-Telethon perspective

INV097: Nick Weber

Vivet Therapeutics, Pamplona
Targeting the liver to fix the bile: Opportunities and
challenges in gene therapy for inherited cholestasis

INV100: Sol Ruiz

Proffered papers:
OR37: Leah Venturoni

INV101: Magda Papadaki

National Human Genome Research Institute, Bethesda, MD
Treatment of methylmalonic acidemia (MMA) by targeted
integration of MMUT into Albumin with a promoterless
AAV vector (GeneRideTM) confers a progressive
hepatocellular growth advantage in mice

OR38: David Rodriguez-Buritica

University of Texas, Dallas, TX
Positive cohort 1 results from the phase 1/2, AAV8mediated liver-directed gene therapy trial in glycogen
storage disease type Ia (GSDIa)

OR49: Ana Cristina Puga

Ultragenyx, Novato, CA
A phase 1/2 clinical trial of AAV8 gene therapy in adults
with late-onset OTC deficiency: CAPtivate cohort 1 + 2
results

OR50: Anais Amaya

Children’s Medical Research Institute, Westmead, Sydney
Inhibition of proliferation in primary human hepatocytes
following in vivo AAV-mediated genome editing

11:30-13:30
Room 211

Spanish Medicine Agency, Madrid
Regulation of ATMP in the EU: Take it easy
Merck, London
Reinventing the system for ATMPs: Need for integrated
development, assessment and business models

13:30-15:30
13:30
Room 113-115
14:00-15:00
Room 211

Lunch
SETGYC General Assembly

Current challenges of the AAV vectors
Chairs:

Hildegard Büning Hannover Medical School
Dirk Grimm University of Heidelberg

Tiziana La Bella Genethon, Evry
Genotoxicity - Is there a danger?

Hildegard Büning Hannover Medical School

Pre-existing and de novo immune responses towards
AAV - what do we know and how can we manage this
challenge?

Dirk Grimm University of Heidelberg

How to deal with AAVs lack in cell type specificity and
efficiency: Capsid engineering as possible solution

Session 5d: Make gene therapy a clinical
reality

Eduard Ayuso University of Nantes

Chairs:

Panel discussion

Alessandro Aiuti SR Tiget, Milan
Hildegard Büning Hannover Medical School

How to produce clinical grade AAV vectors large scale

Hildegard Büning, Dirk Grimm, Eduard Ayuso, Tiziana La
Bella, Terry Flotte

INV098: Alessandro Aiuti

SR Tiget, Milan
Turning blood stem cells into medicinal products: lessons
learned and future challenges
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Programme Friday 25 October
14:00-15:00
Room 112

Programme Friday 25 October
INV103: Carl June

Current challenges of lentiviral vectors
Chairs:

University of Pennsylvania, Philadelphia, PA
Updates in CAR T cell therapies

Els Verhoeyen EVIR/CIRI/INSERM U1111, Lyon
Axel Schambach Hannover Medical School

Keynote INV104: Kathy High

Jose Carlos Segovia

Spark Therapeutics, Philadelphia, PA
Turning genes into medicines: Challenges for the next 5
years and beyond

CIEMAT/CIBERER, Madrid
Expanding the range of gene therapy to challenging
diseases

Els Verhoeyen

EVIR/CIRI/INSERM U1111, Lyon
The future: In vivo gene therapy targeting haematopoietic
stem cells and T cells

Pietro Genovese

Closing remarks
17:30-18:00
P0

Closing drinks

Harvard Medical School, Cambridge, MA
Gene editing: Towards clinical applications

Hans Pieter Kiem

Fred Hutchinson Cancer Research Center, Seattle, WA
Challenges in translating gene therapy to more patients
and countries

Panel discussion

Anne Galy, Paula Rio, Els Verhoeyen, Axel Schambach,
Jose Carlos Segovia, Pietro Genovese, Hans Pieter Kiem

15:30-17:30

Room 113-117

Plenary session 6: Challenges
for the future
Chairs:

Fàtima Bosch UAB, Ciberdem, Barcelona
Gerry McLachlan University of Edinburgh

INV102: Olivier Rabin

WADA, Montreal
Gene doping: The ultimate deviation of gene therapy

CRISPR

with confidence
Stay on target with Alt-R CRISPR Systems, developed through extensive
research into each phase of the genome editing workflow.
See what we can do for you
at www.idtdna.com/CRISPR.
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Poster session I: Wednesday 23 October

AAV vector development

P011
Subha Karumuthil Melethil ReGenX
Biosciences
Characterization of a novel AAV capsid with
enhanced brain transduction following
systemic delivery

P0 0 1
Qiang Wang University of Pennsylvania,
Philadelphia, PA
Development of AAV3B variants with better
liver transduction in nonhuman primates by
directed evolution

P013
James Warren Ultragenyx Gene Therapy
Rapid CMC development and pre-commercial
considerations for rAAV gene therapy
products for rare diseases

P0 0 3
Marti Cabanes-Creus Children’s Medical
Research Institute
Restoring the intrinsic AAV2 human
hepatotropism attenuated by tissue culture
adaptation

P015
Erwan Sallard The University of Sydney
AAV p40 promoter expression in the absence
of Rep proteins

P0 0 5
Cody Jackson The Scripps Research Institute
Development of a novel adeno-associated
virus capsid for markedly enhanced muscle
transduction

P017
Silke Wissing Cevec Pharmaceuticals GmbH,
Cologne
Scalable AAV production using stable helper
virus-free AAV producer cell lines based on
CEVEC’s CAP-GT cells

P0 0 7
Brian Kevany Abeona Therapeutics
Development of a novel AAV capsid with
improved PNS tropism for treating Pompe
disease by intravenous administration

P019

P0 0 9
Brian Kevany Abeona Therapeutics
Novel AAV capsids for delivery to the retina by
intravitreal administration

Adrian Westhaus Children’s Medical Research
Institute
Finding the perfect match: Directed AAV
vector development guided by Targeted High
Expression.
P021
Caroline Odenwald PROGEN Biotechnik
GmbH
Cryo and negative staining EM – a comparison
study with AAV capsids
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P 023

P 035

P0 4 7

P061

Veronique Blouin Université de Nantes
Advantages of homologous recombinationover transposition-based systems to generate
recombinant baculovirus for AAV vector
production

Susan D’Costa Thermo Fisher Scientific
Scalable chromatographic enrichment of full
AAV capsids

Hanna Leinonen Kuopio Center for Gene and
Cell Therapy Oy
Comparison of lentiviral vector production in
two fixed-bed bioreactors

P 025

Yohann Dickx Genethon, UMR_S951, Inserm,
Univ Evry, Université Paris Saclay, EPHE
Molecular design optimization towards
the development of a high scale rAAV8
production process using BEVS

Keerang Park Chungbuk Health & Science
University
The establishment of highly sensitive real
time-PCR-based detection methods of GMPmanufactured biological products for 14
human viral pathogens

Marti Cabanes-Creus Children’s Medical
Research Institute
AAV development program: towards next
generation of livertropic AAV variants
P 027
Linas Padegimas Abeona Therapeutics
Development of an improved novel AAV
capsids for intramuscular delivery
P 029
Joris van Arensbergen Gen-X B.V.
SuRE: an unbiased, genome-wide assay to
identify regulatory elements for custom-made
gene expression
P 031
Peter Pechan Solid Biosciences
Evaluation of rAAV vectors engineered for
muscle gene delivery
P 033
Veronique Blouin Université de Nantes
Improving the high-throughput sequencing
of adeno associated viral vector genome using
an optimized PCR-free protocol

124

P 037

P 039
Elena Iurlova Biotechnology company
BIOCAD, Saint-Petersburg
Development of new AAV extraction protocol
for titration AAV using quantitative PCR and
ELISA

Viral vectors manufacturing
P 041
Laura Garcia Perez Leiden University Medical
Center
A new gene therapy method to assess
transduction efficiency at the single-cell level.
P 043

P0 4 9
Josh Grieger Asklepios Biopharmaceutial, Inc
Development, optimization and scalability of
the Pro10 rAAV manufacturing process

P063
Emanuele Bourges Genethon, UMR_S951,
Inserm, Univ Evry, Université Paris Saclay, EPHE
PTG1plus, a novel yransfection agent for
a better AAV productivity in large-scale
bioreactors

P0 5 1
Giuliana Vallanti MolMed S.p.A.
Lentiviral/Retroviral Vector large scale
manufacturing

P065

P0 5 3

Ana Sofia Moreira iBET
3D printing in bioprocessing:
Chromatographic purification of viral vectors

Adrien Soula Cell Therapy Catapult
Development of a Scalable platform for AAV
manufacturing

P067

P0 5 5

Nicholas Clarkson Oxford BioMedica
High-throughput data capture and analysis
of scale down lenti viral vector production
systems during process development

Vincenzo Di Cerbo Cell Therapy Catapult
Single cell analysis of lentiviral integration to
support ex-vivo gene modified cell therapy
development

P069

P0 5 7

Cristina Nogueira Oxford BioMedica
Development of secreted nucleases to
eliminate residual DNA during viral vector
manufacture

Corinne Branciaroli Oxford Genetics Ltd
Generation of cGMP-compliant stable
packaging cell lines for inducible recombinant
adeno-associated viral (rAAV) vector
production

P 045

P0 5 9

Cristina Peixoto iBET
Accelerating lentivirus manufacturing to the
clinical

Fulya Erendor Gene and Cell Therapy Center
LentiVIP delivery suppresses systemic
inflammation which results in beneficial
outcome in Type 1 Diabetes

Mélissa Desrosiers Sorbonne Université
Retrospective analysis of factors influencing
AAV titers based on 1300 preparations.
P071
Ana Sofia Moreira iBET
Integrating design of experiments to improve
Lentiviral purification
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P 073

P 085

P0 9 7

P109

Tom Payne Oxford Genetics Ltd
Development of automated platforms for
high-throughput screening of clonal viral
packaging and producer cell lines

Jessica de Rooij Thermo Fisher Scientific
Addressing viral vector manufacturing
challenges – innovative solutions in the AAV
production workflow

Leysan Minigulova Kazan Federal University
Charge balance rule in the assembly of
integral membrane proteins in tumor cells

Tomoko Ito Japan Anti-tuberculosis
Association, Shin-Yamanote Hospital
Development of “Artificial neoepitope”presenting exosomes for novel cancer
immunotherapy

P 075

P 087

Andrew Laskowski Pall Life Sciences
Adherent HEK293t cells cultured in the Pall
iCELLis® bioreactor with OptiPEAK HEK293t
blood-free chemically defined media exhibit
robust and rapid population doubling times

Luyuan Jin Beijing Stomatological Hospital,
Capital Medical University
The Coding RNA and LncRNA expression
profile analysis of stem cells from the apical
papilla after depletion of SIRT7

P 077

Cancer

Keerang Park Chungbuk Health & Science
University
An in vivo method for detecting bovine herpes
virus 1 as a possible adventitious contaminant
utilising real-time PCR analysis
P 079
Mégane Denu Polyplus Transfection
High quality transfection reagents for
therapeutic virus production
P 081
Jessica De Rooij Thermo Fisher Scientific
Accelerating advancement in gene therapy
by improving downstream purification of viral
vectors
P 083
Maurizio Cattaneo Artemis Biosystems
Continuous perfusion for an order of
magnitude increase in lentiviral vector
production
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P 091
Daniela Paasch Hannover Medical School
Generation of Chimeric Antigen Receptor
(CAR) macrophages from Human
Haematopoietic Stem/Progenitor Cells (HSPCs)
P 093
Eric Ehrke-Schulz Witten/Herdecke University,
Witten
Single adenoviral vectors armed with HPV
oncogene specific CRISPR/Cas9 as efficient
tumor gene therapy tools for HPV related
cancers
P 095
Marta Martinez-Lage Centro Nacional de
Investigaciones Oncológicas
CRISPR-mediated targeting of fusion
oncogenes for cancer-directed therapy

P0 9 9
Julia Davydova University of Minnesota
Clinical translation of a novel NIS-expressing
oncolytic adenovirus for pancreatic cancer
therapy and imaging

P111
Erica Carnevale San Raffaele Scientific
Institute, Milan
Generation of a library of WT1-specific T Cell
receptors (TCR) for TCR gene edited T Cell
therapy of acute leukemia

P1 0 1
Biagio De Angelis Ospedale pediatrico
Bambino Gesù, Rome
A new promising CAR.CD30 T cell therapy
associated with long persistence and high
activity for treatment of CD30 positive
lymphomas

P113

P1 0 3
Natasha Oppermans University of Manchester
Analysis of tumour reactivity and Vβ repertoire
of melanoma TIL patients
P1 0 5
Daria Chulpanova Kazan Federal University
Analysis of the interaction of mesenchymal
stem cells overexpressing interferon alpha-17
and human neuroblastoma in co-culture in
vitro
P1 0 7
Jaitip Tipanee Vrije Universiteit Brussel
Validation of tumor suppressor microrna In
liver tumorigenesis using hepatocyte-specific
hyperactive piggybac transposons

Rafael Moreno IDIBELL-ICO
Enhanced antitumor efficacy of armed
oncolytic adenovirus-loaded menstrual
blood-derived mesenchymal stem cells
in combination with peripheral blood
mononuclear cells
P115
Javier Garcia Castro Universidad Alfonso X el
sabio
Cellular viroimmunotherapy as a treatment to
spontaneous canine supratentorial gliomas
P117
Maria del Pilar Martin Duque Instituto
Aragonés de Ciencias de la Salud
Use of Placental MSCs and their exosomes as
theragnostic agents for cancer treatment and
diagnostic
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P 119

P 129

P1 4 1

P151

John Rossi Kite, a Gilead Company
Pretreatment immunoscore and an inflamed
tumour microenvironment are associated
with efficacy in patients with refractory large
B cell lymphoma treated with axicabtagene
ciloleucel in ZUMA-1

Franziska Köhler Institute for Anatomy,
University Medicine Leipzig
Adeno-associated virus vectors (AAV)
transduce human primary neurospheres and
slice cultures of glioblastoma multiforme

Eleni Kalafati University of Athens School of
Medicine
The novel oncolytic lentiviral vector
expressing IFNβ and pseudotyped with the
measles virus HF glycoproteins displays
therapeutic efficacy as a gene therapy-based
approach for multiple myeloma

María Sancho Universidad de Zaragoza
Cancer-derived exosomes loaded with
ultrathin palladium nanosheets for targeted
bioorthogonal catalysis

P 121
Samanta Romina Zanetti Josep Carreras
Leukemia Research Institute, Barcelona
CD19 and CD22-directed biespecific CAR for
B-cell Acute Lymphoblastic Leukemia
P 123
Yoshiyuki Koyama Japan Anti-tuberculosis
Association Shin-Yamanote Hospital
Antitumour immune activation by “artificial
neoantigen”-presenting exosomes derived
from the genetically modiﬁed cells
P 125
Claudia Manuela Arnone Bambino Gesù
Children’s Hospital, Rome
Novel approach for treatment of pediatric
high-grade gliomas through the combination
of oncolytic adenoviruses and gene therapy
encoding a BiTE directed to the EphA2 tumor
antigen.
P 127
Chin Yang Chang Osaka University
HVJ-E in combination with CXCL2 suppressed
murine melanoma through neutrophilmediated anti-tumor effect
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P 131
Alvaro Morales-Molina Instituto de Salud
Carlos III
AKT and JUN are differentially activated in
mesenchymal stem cells after infection with
human and canine oncolytical adenoviruses
P 133
Shuji Kubo Hyogo College of Medicine
Human mesenchymal stem cells as tumorhoming cellular carriers of retroviral
replicating vectors for cancer gene therapy
P 135
Lara Herrera del Val Centro Vasco de
Transfusión y Tejidos Humanos
Adult peripheral blood and umbilical cord
blood NK cells are good sources for effective
CAR therapy against cd19 positive leukemic
cells
P 137
Raul Torres Centro Nacional de Investigaciones
Oncológicas
CRISPR-mediated rearrangement generation
of t(4;11) in human prenatal and perinatal
haematopoietic stem/progenitor cells
P 139
Ilnur Ishmukhametov Kazan Federal
University
Intravital visualization of magnetic
nanoparticles in eukaryotic cells using darkfield microscopy

P153
Kristina Kitaeva Kazan Federal University
Production of mouse mesenchymal stem cell
lines with Luciferase and Katushka2s reporter
gene expression for bioluminescence imaging

P1 4 3
Mikhail Durymanov Moscow Institute of
Physics and Technology
Influence of physiologically active agents on
polyplex-mediated systemic gene delivery to
melanoma tumours

P155
Kyuri Lee Ewha Womans University
Development of lipid nanoparticles for the
mRNA-mediated cancer immunotherapy

P1 4 5
Dirk Strunk Paracelsus Medical University
Salzburg
AML-derived extracellular vesicles transmit
immunomodulatory potential

P157
Kristina Havrysh Kazan Federal University
SLC34A2 as a potential prognostic marker of
triple-negative breast cancer patients’ survival

P1 4 7
Kristina Havrysh Kazan Federal University
The combined action of cisplatin and physcion
increases the ROS level in the lung and
pancreas cancer cells
P1 4 9
Bryan Strauss Instituto do Cancer do Estado de
Sao Paulo
Induction of cell death in human melanoma
cell lines by the combination of p14ARF plus
interferon-β gene transfer

P159
Kristina Kitaeva Kazan Federal University
Analysis of Rac1, Bcl2, Cav1α, and Cav1β
gene expression of neuroblastoma cells,
mesenchymal stem cells and human
peripheral blood mononuclear cells after
co-cultivation
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Next generation engineered
T&NK cells

P 171

P1 8 5

P199

Peer Heine MaxCyte, Inc
Gene editing: Paving the way for accelerated
clinical development of adoptive cell
immunotherapies

Tatsuji Enoki Takara Bio Inc.
Development of robust T-cell expansion
system and single-cell analysis of their
expanded cells

Francesco Manfredi San Raffaele Scientific
Institute, Milan
Harnessing HLA-TCR interaction and the
exhaustion signature for the isolation of
tumor-specific T lymphocyte

P 175

P1 8 7

Roberta Sommaggio Veneto Institute of
Oncology IOV – IRCCS, Padova
Antigen-specific targeting of triple negative
breast cancer using Cytokine-Induced Killer
cells redirected with monoclonal antibodies

Abeer ALhubaysh University College London
Investigating Optimal Storage Conditions in
the Manufacture of CAR-T cells

P 177

Aude-marie Alem JPT Peptide Technologies
GmbH
A new transduction enhancer accelerates
CAR-T production

P 161
Gregory Cost Casebia Therapeutics
Expansion of genetically engineered
regulatory T cells in vitro and in vivo via
signaling through a synthetic, small-moleculecontrolled IL-2 receptor
P 163
Concetta Quintarelli Ospedale pediatrico
Bambino Gesù - Rome
Allogenic CAR.CD19 natural killer cells: a new
immuno-gene-therapy “off-the-shelf” in the
treatment of acute lymphoblastic leukaemia.
P 165
Daniel Abate-Daga H. Lee Moffitt Cancer
Center and Research Institute
γδ CAR-T cell therapy for bone metastatic
castrate resistant prostate cancer
P 167
Julia Hambach University Medical Center
Hamburg-Eppendorf
Engineering NK cells to express nanobodybased Chimeric Antigen Receptors (CARs)
P 169
Matteo Doglio San Raffaele Scientific Institute,
Milan
CAR-Tregs for the treatment of Systemic Lupus
Erythematous
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María Tristán-Manzano GENyO
LVs development for a fine-tuned regulation
of CARs in T cells
P 179
Lorena Pérez Amill IDIBAPS
Development of an efficient transduction
protocol for CAR-19 in cord blood derived-NK
cells
P 181
Roland Leathers Thermo Fisher Scientific
PureQuant real-time PCR-based assay for
quantitative determination of immune cell
identity and purity
P 183
Arthur Bister Heinrich Heine University
Dusseldorf
Combining ROR1, CD5 or CD19 targeted
chimeric antigen receptors reduces offtumour toxicity while maintaining lysis against
double-positive mantle cell lymphoma cells

P201
Alessio Cantore SR Tiget, Milan
Liver-directed gene therapy with lentiviral
vectors achieve normal levels of clotting factor
VIII and IX in non-human primates

P1 8 9

P205
Maria Carmina Castiello SR Tiget, Milan
Non-genotoxic conditioning CD45-SAP
promotes immunological reconstitution
in a mouse model of Severe Combined
Immunodeficiency caused by RAG1 defect

Blood diseases
P1 9 5

P207

Penelope Georgia Papayanni George
Papanicolaou Hospital, Thessaloniki
Dual functioning, novel chromatin insulators
incorporated in lenti-viral vectors (LVs) for
safer and more effective haematopoietic stem
cell (HSC) gene therapy
P1 9 7
Eleni Papanikolaou Miltenyi Biotec,
Bergisch-Gladbach
Automation in hemopoietic stem cell
gene therapy: Results of a head-to-head
comparison of a manual vs an automated
procedure

Hai-jie Wang Shanghai Medical School of
Fudan University
Transplantation of lymphatic endothelial
progenitor cells and sustained release of
VEGF-C promote cardiac lymphangiogenesis
after myocardial infarction
P209
Winston Vetharoy University College London
Preclinical evaluation of the pCCLCHIM-p47
lentiviral vector for the gene therapy of
p47phox deficient Chronic Granulomatous
Disease
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P 211

P 223

Other

Mégane Brusson INSERM UMR 1163, Imagine
Institute, Paris
A novel lentiviral vector for gene therapy
of β-hemoglobinopathies: Co-expression
of a potent anti-sickling transgene and a
microRNA downregulating BCL11A

Baolei Yuan King Abdullah University of
Science and Technology
Complete knockout of the Wiskott-Aldrich
syndrome gene impairs phagocytosis and
chemotaxis and enhances proliferation in
macrophages

P 213

P 225

Verónica Palma Barqueros Universidad de
Murcia
Towards the lentiviral-mediated gene therapy
for Glanzmann thrombasthenia

Mathieu Streefland Kiadis Pharma,
Amsterdam
Development of a fully-closed and automated
manufacturing process for ATIR101: Donor
lymphocytes depleted of host alloreactive
T-cells

P 215
Bridget Yates BioMarin Pharmaceutical
Vector genome processing of AAV5-hFVIII-SQ
in mouse and monkey livers
P 217
Carlos Carrascoso-Rubio CSIC/UAM, Madrid
Preclinical studies of a gene therapy approach
for the bone marrow failure in X-linked
dyskeratosis congenita
P 219
Antonella Bastone Hannover Medical School
Development of a new all-in-one in vitro safety
assay for gene therapy
P 221
Sami Jalil University of Helsinki
Increasing fetal hemoglobin by genetic
editing of sickle cell disease patient
haematopoietic stem cells
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P 229
Flaminia Clelia Lorenzetti Medical Genetics,
University of Siena
Patient-specific TP53 mutations CRISPR-Cpf1
editing in chronic lymphocytic leukemia by
suicide gene delivery
P 231

P249
Assumpcio Bosch Univeristat Autònoma de
Barcelona
Broad and specific expression of Glial-Derived
Neurotrophic Factor (GDNF) in muscles as
gene therapy strategy for Amyotrophic Lateral
Sclerosis

P2 3 5
Michaela Öller Paracelsus Medical University
Salzburg
Human plasma and platelets from neonatal
and adult blood express differential sets of
regenerative proteins

P251

CNS gene therapy

Sara Marcó Costa Center for Animal
Biotechnology and Gene Therapy
Safe and sustained elevation of sulfamidase
after administration of AAV9-sulfamidase to
the CSF of dogs: Seven year-follow up

P2 4 1
Michaël Hocquemiller Lysogene
LYS-SAF302 gene therapy study in
mucopolysaccharidosis type IIIA (mps IIIA)
children

P253
David Scott Aspa Therapeutics
A route of administration study of BBP-812, an
AAV9-based gene therapy for the treatment
of Canavan disease, in juvenile cynomolgus
macaques

P2 4 3
Freja Ekman University of California, Berkeley
CRISPR-Cas9-mediated genome editing
improves motor deficits and lifespan in a
mouse model of Huntington’s disease

P255

P2 4 5

Maria Jose Sanchez CABD, CSIC, UPO, Seville
Fetal liver haemato/vascular progenitor cells
as a cell-based therapeutic tool for neonatal
haemophilia

Yoshie Kurokawa Jichi Medical University
Gene therapy in a murine model of NiemannPick disease type C

P 233

P2 4 7

Roland Leathers Thermo Fisher Scientific
StemPro™️ HSC expansion medium supports
superior expansion of human haematopoietic
stem-progenitor cells

Lodewijk Toonen uniQure biopharma B.V.
A novel AAV-based miQURE gene therapy for
SCA3

Françoise Piguet INSERM U1127,
NeuroGenCell, Brain and spine Institute, Paris
Restoring neuronal cholesterol efficiently
rescues ALS mouse model
P257
Kamal Gadalla University of Edinburgh
Gene transfer rescues established phenotypes
in a mouse model of Rett syndrome
P259
Annita Montepeloso Harvard Medical School,
Boston, MA
Improving the ability of haematopoietic stem
cells to generate a microglia-like progeny
upon transplantation
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P 261

P 273

P2 8 5

P301

Matthew Meriggioli AveXis, Inc.
Adeno-associated virus serotype 9 (AAV9)
antibodies in patients with spinal muscular
atrophy (SMA) screened for treatment with
onasemnogene abeparvovec

Valentina Poletti Harvard Medical School,
Boston, MA
Long term effect of prostaglandin E2 exposure
on haematopoietic stem/progenitor cells

Ilnur Ishmukhametov Kazan Federal
University
Pharmacological protection of the spinal cord
in the first hours after injury

Rob Collin Radboud University MC
Splice modulation therapy for a variety of
ABCA4 mutations underlying Stargardt
disease

P 275

P2 8 9

P303

Eva Hede Olsen Aalborg University
Gene therapy to the blood-brain barrier with
resulting protein secretion as a strategy for
treatment of NPC2 disease

Elvira Akhmetzyanova Kazan Federal
University
Investigation of microglia cells behavior in
spinal cord injury of varying severity

Fabio Dell’Aquila TIGEM
Towards a clinical trial of gene therapy for
Usher syndrome type IB retinitis pigmentosa

P 263
Lucía Mora Jiménez CIMA, Universidad de
Navarra
Delivery of the SCN1A into the brain using
High-Capacity Adenoviral vectors for the
treatment of Dravet Syndrome
P 265
Marisa Cappella Sorbonne Université, Inserm
UMRS 974, Institut de Myologie
AAV-mediated expression of antisense
oligonucleotides for the treatment of
C9orf72-ALS
P 267
Michaël Hocquemiller Lysogene
PROVide: Video based Patient Reported
Outcomes for Sanfilippo Syndrome (MPS IIIA):
A new and innovative approach to record and
measure disease post gene therapy.
P 269
Kelly Glajch Biogen
AAV gene therapy for Parkinson’s disease: in
vitro and in vivo effects of AAV-GBA treatment
in GBA mutant models

P 277
Joan Roig Soriano Univeristat Autònoma de
Barcelona
AAV-mediated over-expression of secreted
and transmembrane αKlotho isoforms reverse
cognitive and molecular aging hallmarks in
senescent mice
P 279
Francesca Ornaghi SR Tiget, Milan
Optimized bicistronic lentiviral vectors to
correct β-hexosaminidase deficiency in neural
and haematopoietic stem/progenitor cells and
progeny
P 281
Beihui Liu Oxford BioMedica
Targeting neurodegeneration using lentiviral
gene therapy
P 283
Natalia Bal Institute of Higher Nervous Activity
and Neurophysiology of RAS, Moscow
DNA cytosine methylation contributes to
long-term memory maintenance in snails
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P307

Eye and ear gene therapy

Carrie Margulies Editas Medicine
Developing a CRISPR/Cas9 editing approach
for the treatment of USH2A-related inherited
retinal degeneration

P2 9 5
Shubham Maurya Indian Institute of
Technology Kanpur India
Ocular gene therapy with a synthetically
engineered AAV enhances visual function
in a pre-clinical model of Leber congenital
amarousis

P309

P2 9 7
Bernard Schneider
École Polytechnique Fédérale de Lausanne
Delivery of CRISPR/Cas9 using AAV-PHP.B
in the inner ear leads to allele-specific
inactivation of the mutated Tmc1 allele and
protects auditory function in Beethoven mice
P2 9 9
William Beltran University of Pennsylvania,
Philadelphia, PA, USA
Long-term efficacy of rhodopsin knockdown
and replacement gene therapy in a canine
model of autosomal dominant retinitis
pigmentosa

Gaelle Chauveau Université d’evry
Subretinal injection of rAAV2/8 vector
induces dose-dependent retinal alteration
and systemic anti-transgene T-cell response
similarly in wild type and pathophysiological
murine models
P311
Ning Chang Jules-Gonin Eye Hospital, UNIL
Towards the gene therapy for FAM161A
associated retinitis pigmentosa in a murine
model
P313
Therese Cronin Inserm UMR 1089
ABCA4 gene dysfunction in Stargardt retinal
disease: Charcaterisation of two new rat
transgenic models
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P 315
Martina Kropp HUG
Ex vivo efficacy study to evaluate
neuroprotection in a retinal organotypic
culture system: A gene therapeutic strategy
to deliver growth factors to the retina to treat
avascular age-related macular degeneration
P 317
Nina Harmening Université de Genève
Establishment of an in vivo protocol for nonviral gene delivery to ocular tissue
P 319
Tae Kwann Park Soonchunhyang University
Hospital Bucheon
A novel modified deep intravitreal injection
improves Adeno-associated virus (AAV)mediated retinal transduction

First in man
P 325
Birgitte Volck AVROBIO, Inc
AVR-RD-01 lentiviral gene therapy reduces
Gb3 substrate in endothelial cells of renal
peritubular capillaries, in a previously
untreated classic Fabry male patient
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Immune responses to gene
therapy
P 331
Oumeya Adjali Inserm UMR1089
Transgene immunity following AAV-mediated
gene transfer to the liver is associated to
persisting viral genomes and T cell exhaustion
P 333
Irene Ros Gañán Vivet Therapeutics
Sensitivity of different AAV serotypes to preexisting NAbs
P 335
Mark Shearman AGTC
Neutralizing anti-AAV antibody impact on
vector transduction following intravitreal
administration of AAV in non-human primates
P 337
Kate Lewis bluebird bio
A retrospective literature review of the safety
outcomes of clinical studies of haemotopoietic
stem cell gene therapy using lentiviral vectors
in non-oncologic diseases

Poster session I: Wednesday 23 October

P3 4 1

P353

Sungho Shin Seoul National University
Induction of humoral and cellular immune
responses in mice immunized with a DNA
vaccine for Zika virus

Marco Zahn GeneWerk GmbH, Heidelberg
Evaluation of T- and B-cell receptor diversity
using different immune repertoire sequencing
methods

P3 4 3

iPSC & organoids, research
and therapy developments

Elaina Breznau Charles River Laboratories
Robust solutions for navigating challenges
associated with development and validation
of cell-based neutralising antibody assays
P3 4 5
Geoffrey Casey University of Alberta
Innate immune response of the retinal
pigment epithelium to gene therapy vectors

P355
Steve Pells ReNeuron
Scalable allogeneic cell therapies derived by
reprogramming inducibly-immortalised adult
stem cells
P357

Linas Padegimas Abeona Therapeutics
Novel AAV capsids show increased evasion to
wild-type AAV9 neutralizing antibodies

Andres Miguez University of Barcelona
In vivo progressive degeneration of
Huntington’s disease patient iPSC-derived
neurons reveals human-specific pathological
phenotypes

P3 4 9

P359

R Watano Jichi Medical University
Prevalence of NAb against AAV8 in micromini
pigs

Jean-Baptiste Dupont I-STEM
Single cell developmental trajectories
reveal early phenotypes in Duchenne
muscular dystrophy prior to skeletal muscle
commitment

P3 4 7

P 339

P3 5 1

Gregory Hayes BioMarin Pharmaceutical
Treatment with valoctocogene roxaparvovec
in a Ph1/2 study (BMN 270-201) elicits crossreactive antibodies against divergent AAV
capsids that exhibit different kinetic profile
than anti-drug antibodies.

Sergei Abramov Kazan Federal University
Detection of macro-throtropin in patients
with Hashimotos Thyroiditis and subclinical
hypothyroidism

P361
María Martín López Andalusian Network for
Design and Translation of Advanced Therapies
Modelling chronic cervical spinal cord injury in
aged rats for cell therapy studies
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P 363

P 375

P3 8 9

P399

Giulia Raimondi IDIBAPS
Patient-derived pancreatic tumor organoids
identify therapeutic response to oncolytic
adenovirus

Paul Gissen UCL Institute of Child Health
Bioreactor grown iPSc derived hepatocyte-like
cells for testing liver directed gene therapy

Maria Usik SSC RF Institute for Biomedical
Problems RAS
The acetylase and deacetylase content in mice
ovaries, testes, heart and lung tissues under
modeling weightlessness

Marina Rodríguez Rubio Severo Ochoa
Molecular Biology Research Center
Study of the effect of electrical stimulation
in brain development using human brain
organoids

P3 9 1

P401

Akaitz Dorronsoro González Instituto de
Investigación Sanitaria La Fe
Extracellular vesicles with enhanced
immunosuppression capacity secreted by
genetically improved mesenchymal stem cells
derived from dental pulp

Daniel Tornero Prieto Lund University, Stem
Cell Center
Reconstruction of neuronal network by
transplantation of human skin-derived iPS
cells after brain stroke

P 365
Kathrin Haake Hannover Medical School
Patient iPSC-derived macrophages to study
interferon gamma related pathologies
P 367

P 379
Ilana Moscatelli Lund University, Stem Cell
Center
Generation of genetically modified osteoclasts
from induced pluripotent stem cells derived
from an infantile malignant osteopetrosis
patient with a TCIRG1 mutation

Tamascia Belardinilli Bambino Gesù
Children’s Hospital, Rome
Innovative 3D model for the establishment of
primary paediatric low-grade glioma cultures:
New platform for the preclinical study of
immunotherapeutic approaches

P 381

P 369

P 383

Silvia Pascual IDIBAPS
Establishment of a 3D co-culture model for
the study of tumour-stroma interactions in
pancreatic ductal adenocarcinoma

Louise Bullen Manchester Metropolitan
University
Interrogation of the molecular role of p62
in iPS reprogramming and maintenance of
pluripotency

P 371
Belén Alvarez-Palomo Banc de Sang i Teixits
IPS-PANIA project to develop a HLA matched
bank of iPSC in Spain
P 373
Denise Klatt Hannover Medical School
Targeting the AAVS1 locus for genetic
correction of p47-CGD in iPSC revealed
differential transgene silencing of myeloidspecific promoters
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Josse Depla uniQure biopharma B.V.
Stem cell derived brain organoids, a promising
model to study Adeno associated viruses for
CNS gene therapy

P 385
Andrew Laskowski Pall Life Sciences
Pall Xpansion® Bioreactor supports progenitor
cell growth to >1 million cells/cm2 and proper
cell differentiation
P 387
Lucas Blasco Agell IDIBELL-ICO
Generation of human microglia-like cells from
PD patient-specific iPS cells

Latest news from
cardiovascular and
pulmonary gene therapy

P3 9 3
Yoojin Seo Pusan National University
Enteroendocrine cell-derived hormone A
is involved in the intestinal homeostasis by
directing the differentiation of the mouse
intestinal organoid

P405

P3 9 5
Kirill Sukhinich Russian Academy of Sciences,
Moscow
Regenerative effects of solid neural tissue
grafts located in gelatin hydrogel conduit for
treatment of peripheral nerve injury
P3 9 7
Marco Luciani SR Tiget, Milan
Exploiting targeted epigenetic editing to
increase the yield, homogeneity and purity
of human iPSC- derived oligodendrocyte cell
populations

Ewa Janosz RG reprogramming and gene
therapy
Pulmonary macrophage transplantationbased therapy for alpha-1 antitrypsin
deficiency
P407
Mauro Giacca ICGEB, Trieste
Novel cardioactive factors selected in vivo
from an AAV library encoding the secret
P409
Eleonora Leggiero CEINGE-Biotecnologie
Avanzate, Napoli
Muscle expression of a secreted LDLR/
Tfchimeric proteinameliorates lipid profile
inLDLR-deficient mice
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P 411

P 423

P4 3 5

P449

Anastasia Efimenko Lomonosov Moscow
State University
Decellularized extracellular matrix in
modelling lung fibrosis development in vitro

Qiang (John) Xiong LogicBio Therapeutics
Durability of factor IX expression in mice
treated neonatally with a nuclease-free,
promoterless, AAV-based gene therapy,
GeneRide™

Lorelei Stoica Ultragenyx Pharmaceutical
Using AAV vectors to deliver ATP7B as a
treatment for Wilson disease

Noelia Benetó University of Barcelona,
CIBERER, IBUB, IRSJD, Barcelona
Novel neuronal and astrocytic models
for Sanfilippo C syndrome using CRISPR/
Cas9- edited iPSC: Their use in therapeutic
approaches.

P 425

P4 4 1

Reynald Lescarbeau Intellia Therapeutics
In vivo delivery of CRISPR/Cas9 to the liver
using lipid nanoparticles enables gene
knockout in multiple species

Pei She Loh National University of Singapore,
Singapore
Design, investigation and delivery of
advanced trans-splicing RNA for suicide gene
therapy

Giulia De Sabbata ICGEB, Trieste
A novel AAV-based therapy in combination
with tolerogenic ImmTOR nanoparticles
for a sustained treatment of ornithine
transcarbamylase deficiency

P 417

P 427

Marshall Huston Sangamo Therapeutics
Liver-targeted AAV gene therapy vectors
produced at clinical scale result in high,
durable levels of α-GalA enzyme activity
and effective substrate reduction in a mouse
model of Fabry disease

Marta Parés Casellas Vall d’Hebron Research
Institute
Preclinical assessment of a hepatocytedirected gene editing approach based on viral
vectors and polymeric nanoparticles

P4 4 3

P453

Jooyoung Lee University of Ulsan College of
Medicine
Differentiation of human liver-derived stem
cells into hepatic lineage for therapeutic liver
reconstitution

Sean Armour Spark Therapeutics
Pre-clinical development of SPK-3006, an
investigational liver-directed AAV gene
therapy for the treatment of Pompe disease

P 419

P 429

P4 4 5

Michela Milani SR Tiget, Milan
Targeting of hepatocyte subpopulation
contributing to liver post-natal growth
is crucial for maintenance of transgene
expression in liver-directed gene therapy

Daisuke Kami Kyoto Prefectural University of
Medicine
Cell therapy for Fabry disease using CellSaic
technology

Lina Li NHGRI, NIH, Bethesda, MD
The combination of ImmTOR with AAV
Anc80 is therapeutically effective, safe, and
repeatable in mice with methylmalonic
acidemia while also being compatible with
the low seroprevalence of Anc80 Nabs in the
patient population

Jamie Benoit Axovant Sciences
AXO-AAV-GM1 for the treatment of GM1
gangliosidosis: Program overview

P 421

Laia Tolosa Health Research Institute La Fe (IIS
La Fe)
Human hepatocytes encapsulated in
injectable hydrogels for their use in liver cell
therapy

Liver gene and cell therapy
P 415

Richard Torres BioMarin Pharmaceutical
Structural characterization of AAV5-FVIII-SQ
vector DNA in human blood by Real-Time and
Droplet Digital™ PCR

P 431

P 433
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Shinnosuke Tsuji Stanford University
Elucidating the mechanism of species
specificity of recombinant AAV-LK03
transduction

Metabolic diseases

P4 4 7
Natalia Gomez-Ospina Stanford University
Human genome-edited haematopoietic
stem cells phenotypically correct
Mucopolysaccharidosis type I

P451

P455
Claudia Jambrina Pallarés Center for Animal
Biotechnology and Gene Therapy
Skeletal muscle-directed FGF21 gene therapy
counteracts obesity and type 2 diabetes
P457
Gloria Gonzalez-Aseguinolaza Center for
Applied Medical Research
Preclinical validation of radioactive copper
excretion as a translational tool for evaluating
the pharmacodynamics of gene therapy VTX801 for Wilson’s disease in future first in human
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P 459

P 469

P4 8 7

P497

Javier Torres Torronteras Vall d’Hebron
Research Institute, Universitat Autònoma de
Barcelona
The alpha-1-antitrypsin promoter improves
the efficacy of an AAV vector for the treatment
of MNGIE

Zhaochen Shan School of Stomatology,
Capital Medical University
S1P prevent irradiation induced parotid injury
in miniature pig model

Camille Vaubourg Genethon, UMR_S951,
Inserm, Univ Evry, Université Paris Saclay, EPHE
Effect of Smad7 gene transfer in a Duchenne
muscular dystrophy mouse model

P 471

P4 8 9

P 461

Ahter Dilsad Sanlioglu Akdeniz University
Center for Gene and Cell Therapy
TRAIL increases glucose-stimulated insulin
secretion in Min6 cells

Shelby Hamm Virginia Tech
Effects of exercise on the efficacy of
microdystrophin gene therapy

Alina Cequier Soler University of Zaragoza
Humoral immune response against allogeneic
equine mesenchymal stem cells (MSCs)
mediated by the major histocompatibility
complex (MHC): An issue to take into account
for the safety and efficacy of treatment with
MSCs

Bridget Yates BioMarin Pharmaceutical
Phenylalanine hydroxylase (PAH) liver
distribution and characterization following
AAV5-hPAH gene therapy in Pahenu2 mice
P 463
Salih Sanlioglu Akdeniz University Center for
Gene and Cell Therapy
Lentivirus mediated insulin promoter
directed insulin gene expression is effective in
suppressing postprandial glucose excursions
in Type 1 diabetes
P 465
Rocio Maldonado University of Helsinki
Gene edited cells in Mitochondrial Recessive
Ataxia Syndrome (MIRAS)
P 467
Gizem Seker Akdeniz University Center for
Gene and Cell Therapy
Lentiviral-mediated TRAIL transfer decreased
serum alkaline phosphatase, total cholesterol,
and glucose levels in high-fat diet-fed obese
mice
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P 473
Jennifer Ana Pérez Castro Center of Animal
Biotechnology and Gene Therapy
Long-term correction of visual impairment
after AAV-NAGLU-mediated gene therapy in a
mouse model of mucopolysaccharidosis type
IIIB

Skeletal, muscle & bone gene
and cell therapy
P 483
Francesco Saverio Tedesco University College
London
Modulating cell fate determinants for muscle
cell therapies: Notch and PDGF signaling
enhance stemness and migration of satellite
cells and human iPS cell-derived myogenic
progenitors
P 485
Ignacio Perez de Castro Instituto de Salud
Carlos III
Study on the therapeutic potential of HITI for
the treatment of LMNA-associated congenital
muscular dystrophies

P4 9 1
Oleg Gusev Kazan Federal University
Expression of L-type Ca+2 channels in m.
Soleus and m. EDL of rats at early stages
of hind-limb unloading and upon their
subsequent re-adaptation
P4 9 3
Nilakshi Dhananjani Dhanushika
Ratnayake Australian Regenerative Medicine
Institute
Macrophage secreted factors as novel
therapeutics to promote stem cell-mediated
muscle repair
P4 9 5
Penléope Romero Duque Vall d’Hebrón
Institut de Recerca (VHIR), Barcelona
Development of a novel preclinical gene
therapy approach for congenital muscular
dystrophy 1A

P499
Ilnur Ishmukhametov Kazan Federal
University
Differentiation potential of stem cells cultured
on glass surfaces coated with magnetic
nanoparticles
P501
Viktorija Cernisova Royal Holloway, University
of London
Periostin splice variant expression in skeletal
muscle fibrosis and effective anti-fibrotic
action of antisense oligonucleotides that
block periostin expression
P503
Ivan Yakovlev Human Stem Cells Institute,
Moscow
Assessment of exon-skipping feasibility for
treatment of dysferlinopathy
P505
Nastasia Kosheleva FSBSI Institute of General
Pathology and Pathophysiology, Moscow
Mesenchymal stem cells from gingiva as a new
source of autologous myogenic progenitors
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P 507

P 519

P5 3 7

P551

Yong-Gun Kim Kyungpook National University
Visualization of woven bone structure
through analysis of biopsy specimens using
synchrotron radiation and conventional X-ray
micro-CT

Artur Fedianin Kazan Federal University
The rat skeletal muscle under the simulated
weightlessness

Nataliya Basalova Institute foLomonosov
Moscow State University
Eхtracellular vesicles secreted by
mesenchymal stromal/stem cells reverse
TGF-β induced myofibroblast differentiation

Sara Fañanás Baquero CIEMAT / CIBERER,
Madrid
Efficient gene editing of the PKLR locus in
human long-term haematopoietic stem cells
to correct Pyruvate Kinase Deficiency

P 509

Anastasia Efimenko Lomonosov Moscow
State University
Diversity of mesenchymal stromal cells:
Secretome in focus

P5 3 9

P553

Anastasia Efimenko Lomonosov Moscow
State University
Antifibrotic effect of mesenchymal stromal cell
sheets is mediated by interaction of stromal
and endothelium cells

Andreas Neerincx Bayer AG Preclinical
Research, Protein Engineering, Cologne
Engineering of small and potent synthetic
RNA-guided cytosine base editors

Olga Chernova Kazan Federal University
Histopathological analysis of gingiva-derived
MMSCs transplantation effect on skeletal
muscles regeneration

P 525

Skin gene and cell therapy

P 511

P 531

Ying Zheng Capital Medical University
Evaluation of collagen membrane as a pulp
capping agent in swine

Ai-Li Shiau National Cheng Kung University
Medical College
Knockdown of prothymosin α improves
wound healing in diabetic mice

P 513
Ilnur Ishmukhametov Kazan Federal
University
Chondrogenesis of stem cells on substrate
coated with magnetic nanoparticles
P 515
Maria Boldyreva Russian Ministry of Health,
Moscow
Adipose stromal cell sheet producing
hepatocyte growth factor (HGF) effectively
stimulates recovery of ischemic skeletal
muscle in mouse hind limb ischemia model
P 517
Lijia Guo Capital Medical University
microRNA 21 promotes orthodontic tooth
movement via TNF-alpha/ RANKL pathway in
T cells
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P 533
Rodolfo Murillas Angoiti Instituto de
Investigación Sanitaria de la Fundación Jiménez
Díaz IIS-FJD
Preclinical models for in vivo gene editing of
COL7A1 based on delivery of CRISPR/Cas9 to
RDEB patient skin by adenoviral vectors
P 535
Araksya Izmiryan INSERM UMR 1163, Imagine
Institute, Paris
CRISPR/Cas9-mediated correction of two
recurrent COL7A1 mutations in primary and
induced pluripotent stem cells from patients
with recessive dystrophic epidermolysis
bullosa

P555

P5 4 1

Oscar Quintana Bustamante CIEMAT /
CIBERER, Madrid
Highly precise gene editing correction of a
Pyruvate Kinase deficiency-causing mutation
in patient-derived lymphoblastic cells using
single stranded oligodeoxinucleotides

Christine Baldeschi I-STEM
Production of clinical grade temporary
epidermal substitute obtained from hESC
derived keratinocytes for the treatment
of sickle cell leg ulcers: a challenge for
regenerative medicine

P557

P5 4 3

Yongxing Fang University of Freiburg
Chimerization enables effective delivery of
TALE-based effectors by lentiviral vectors

Leire Gardeazabal I.I.S. Biodonostia
Human breast milk exosomes accelerate
mouse wound healing

P559

New approaches in gene
editing
P5 4 9
Asael Herman Emendo Biotherapeutics
Target optimized variant of CRISPR associated
nuclease enables allele-specific knock out of
ELANE-related neutropenia

Beatrice Claudia Cianciotti San Raffaele
Scientific Institute, Milan
LAG-3, but not Tim-3, disruption in TCR gene
edited human memory stem T cells enhance
the anti tumor activity against multiple
myeloma
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P 561

P 573

P5 8 7

P603

Simone Haas University of Freiburg
Abnoba-seq: A sensitive in vitro assay to profile
CRISPR-Cas nuclease off-target activity in a
truly unbiased manner

Roberto Nitsch AstraZeneca,
Biopharmaceutical R&D
Assessment of the tumorigenicity potential
of CRISPR/Cas9 genome editing using an
innovative in vitro cellular transformation
assay

Virginia Arechavala Biocruces Bizkaia Health
Research Institute
A CRISPR/Cas9 edition protocol for human
myoblasts to generate disease models

Youna Coquin Genethon, UMR_S951, Inserm,
Univ Evry, Université Paris Saclay, EPHE
Lentiviral vectors pseudotyped with murine
syncytins efficiently transduce B cells in vitro
and in vivo

P 575

Lucrezia Della Volpe Universita Vita-Salute
San Raffaele
Cell cycle dependent activation of a proinflammatory transcriptional program in
Haematopoietic Stem and Progenitor cells
(HSPCs) in response to DNA damage

P 563
Mollie Schubert IDT
Improved methods for CRISPR HDR using Alt-R
HDR Enhancer and modified ssDNA donors
with optimized design
P 565
Aurelien Jacob SR Tiget, Milan
Cell cycle “push-up” to boost targeted genome
editing in haematopoietic stem cells
P 567
Suki Roy Nanyang Technological University,
Singapore
A novel λ integrase-mediated transgenesis
platform for biologics production
P 569
Florine Samain Flash Therapeutics
All-in-one delivery using LentiFlash
technology, a MS2-chimeric RNA delivery tool
designed for clinical applications
P 571
Stefania Crippa SR Tiget, Milan
Mesenchymal stromal cell support to optimize
HSPC-gene editing
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Natalia Gomez-Ospina Stanford University
Engineering monocyte lineage-specific
glucocerebrosidase expression in human
haematopoietic stem cells using genome
editing: A universal strategy for genetic
correction in Gaucher disease

P5 8 9

New delivery systems
P605
Branden Moriarity University of Minnesota
Engineered B cells as a universal platform for
the treatment of enzymopathies

P5 9 1

P607

Duran Sürün Dresden University
Base editors-mediated generation of point
mutations in IPS cells

Dawid Glow University Medical Center
Hamburg-Eppendorf
Novel cell-based assays for the assessment of
potential toxic effects of CRISPR/Cas9 genome
editing

Emilie Audouard INSERM U1127 NEUROGENCELL - Eq Cartier
Therapeutic approach for multiple sclerosis
using a bioelectronic cell implant

P 579

P5 9 3

Araceli Aguilar González GENyO
Generation of cellular models to study gene
therapy strategies for Pompe disease

Maria Schacker Biopharma Excellence
From fiction to science: Clinical potentials of
gene editing

P 581

P5 9 5

Marta Zinicola Institute of Child Health
Targeted gene insertion for the treatment of
X-linked agammaglobulinemia (XLA)

Gaurav Agrahari Catholic University of Korea
Superoxide dismutase 3 augments survival
rate of mesenchymal stem cells in the
nutritionally stressed condition

P 577

P 583
Amy Walker University College London
Nanoparticle delivery of CRISPR/Cas9 for
treatment of cystic fibrosis by homology
independent targeted integration

P6 0 1

P609
Anne Galy Genethon, UMR_S951, Inserm, Univ
Evry, Université Paris Saclay, EPHE
Human endogenous retroviral envelope
glycoproteins syncytin-1 and syncytin-2
enable effective lentiviral transduction of
human primary B cells and dendritic cells
P611
Daniel Veilleux EnGene Inc
Development and pre-clinical characterization
of an oral solid dosage formulation for gene
delivery to intestinal mucosa

Deya Corzo Sigilon Therapeutics
Correcting bleeding disorders using blood
clotting factors produced in vivo by shielded
engineered allogeneic cells
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P 613

P 625

P6 3 7

P649

Cristina Fornaguera Institut Quimic de Sarria
Poly(beta aminoester) nanoparticles
encapsulating mTOR siRNA for lung cancer
therapy

Sofia Shtykalova Laboratory of Molecular
Genetics and Gene Therapy, Saint-Petersburg
Suicidal gene therapy of leiomyoma via
delivery of herpes thymidine kinase gene by
means of αvβ3 integrin-targeted peptidebased nanoparticles

Gilta Jaeckel Charles River Laboratories
Validation of a relative standard curve RT-qPCR
method for the measurement of a therapeutic
microRNA in plasma and tissue samples

Ilnur Ishmukhametov Kazan Federal
University
Relationship between oil-degrading bacteria
Alcanivorax borkumensis and nematode
Turbatrix aceti

P 627

Busra Cesur Akdeniz University Center for Gene
and Cell Therapy
Development of nano-sized non-viral DNA
delivery system for gene therapy purposes

P 615
Christopher Thornton Manchester
Metropolitan University
Safer and more stable iPSC generated using
Doggybone DNA vectors
P 617
Robin Stiener Ulm University
Enabling efficient transduction of
mesenchymal stromal cells by HAdV-5-based
vectors
P 619
Yumiko Komatsu Kyoto University
In vivo evaluation of replication competent
and defective RNA-virus based episomal
vector system
P 021
Alicia Rodríguez Gascón University of the
Basque Country UPV/EHU
Effect on alpha-Gal A activity of shortterm systemic therapy with a solid lipid
nanoparticle based non-viral vector in a
knockout mouse of Fabry disease
P 623
Heleen van der Veen Utrecht University
Microfluidic ynthesis of ionizable lipid
nanoparticles containing CRISPR/Cas9
ribonucleoprotein complexes
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Albert Rizvanov Kazan Federal University
Recombinant plasmids containing picornaviral
self-cleaving 2A-peptides and expressing
VEGF and FGF2 growth factors induce
angiogenesis in vivo
P 629
Ezgi Oner Ege University, Izmir
Evaluation of the cationic solid lipid
nanoparticles carrying siRNA against EphA2
receptor as non-viral delivery systems
P 631
Franziska Hausig Friedrich Schiller University
Jena
Novel non-toxic polymers for overcoming the
endosomal barrier
P 633
Shauna Dauphinee EnGene Inc
Optimization of a nanoparticle gene delivery
system for intravesicular delivery of DNA to
bladder mucosa
P 635
Matt Krusen Aldevron
mRNA synthesis reagents and manufacturing:
Research through clinical development

P6 3 9

P6 4 1
Ilnur Ishmukhametov Kazan Federal
University
Magnetically modified halloysite nanotubes nanocontainers for drugs

Daniel O’Connell Intellia Therapeutics
In silico, biochemical and cell-based
integrative genomics identifies precise
CRISPR/Cas9 targets for human therapeutics

Shih-Yao Chen National Cheng Kung
University Medical College
Galectin-3 as a NETosis mediator in systemic
lupus erythematosus

Ilnur Ishmukhametov Kazan Federal
University
Selective DNA-damaging activity of
curcumin@halloysite nanoformulation

P659
Sheridan Sarah Merck Millipore
Biosafety testing of cell and gene therapies;
rapid methods and regulatory expectations

P6 4 5
Maxim Baltin Kazan Federal University
Effect on the electrical characteristics of
spontaneously active neurons of the visceral
ganglion of the nervous system of the mollusk
Helix lucorum

Diana Sabirova Kazan Federal University
Evaluation of methylprednisolone delivery
to nerve tissue using polymer conjugates in
spinal cord injury in rats

P655

P657

P6 4 3

P6 4 7

Regulatory session

P661
Carolina Iglesias-Lopez Universitat
Autònoma de Barcelona
Hurdles of environmental risk assessment
procedures for advanced therapies medicinal
products
P663
Florian Durst Thermo Fisher Scientific
Streamlined high performance extraction and
quantitation of host cell residual DNA
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P 665

P 675

P6 8 5

P695

Joel Montané Mogas Asphalion
Regulatory and nonclinical considerations
for translation of gene therapy medicinal
products to first-in-human clinical trials

Esther López Centro de Cirugía de Mínima
Invasión Jesús Usón
Bone marrow mesenchymal stem cells
accelerate wound healing after hernia repair
with polypropylene surgical meshes

Qingsong Jiang Beijing Stomatological
Hospital, Capital Medical University
Depletion of PTN inhibits the osteogenic
differentiation potential of dental pulp stem
cells

Chao-Liang Wu National Cheng Kung
University Medical College
Silencing of prothymosin α as a therapeutic
strategy for the treatment of polycystic kidney
disease

P 677

P6 8 7

P697

Natalia Izotova UCL Institute of Child Health
De novo production of genetically engineered
T cells is maintained in humans decades after
loss of transplanted haematopoietic stem
cells.

Esther López Centro de Cirugía de Mínima
Invasión Jesús Usón
The inflammation mechanisms in myocardial
infarction are altered after intrapericardial
administration of cardiosphere-derived stem
cells and their extracellular vesicles.

Estefania Rodriguez CIMA, Universidad de
Navarra
AdrA as a potential immunomodulatory
candidate for STING-mediated anti-viral
therapy

P 667
Elisabet Aguilar Andalusian Network for
Design and Translation of Advanced Therapies
Scalability strategies for cell manufacturing
P 669
Katie Snell UCL Institute of Child Health
Developing a standard operating
procedure for clinical trial advanced
therapy investigational medicinal product
administration; a single centre experience

Other
P 671
María Rosario Hervás Salcedo
CIEMAT / CIBERER, Madrid
Enhanced anti-inflammatory properties
of human mesenchymal stromal cells by
transient co-expression of CXCR4 and IL-10
P 673
Yen-Hui Chan Taichung Tzu Chi Hospital
Transcriptomic characterization and gene
therapy of balancing dysfunction in Slc26a4defected mice
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P 679
Luca Del Core SR Tiget, Milan
A novel Bayesian regression framework
highlights dependences of clonal dynamics
on different vector designs in in vivo gene
therapy studies
P 681
Fabrizio Benedicenti SR Tiget, Milan
Sonication Linker Mediated-PCR (SLiM-PCR),
an efficient method for quantitative retrieval
of vector integration sites
P 683
Mercedes Lopez-Santalla CIEMAT / CIBERER,
Madrid
Cell therapy with adipose-derived
mesenchymal stromal cells alters the
endogenous trafficking of myeloid
populations in vivo

P699

P6 8 9
Esther López Centro de Cirugía de Mínima
Invasión Jesús Usón
Intrapericardial administration of
Cardiosphere Derived Cells early after
experimental myocardial infarction in swine:
safe, easy but of limited effectiveness.

Seung Bin Yoon Korea Research Institute of
Bioscience & Biotechnology (KRIBB)
Reference values of haematological and
biochemical parameters in young-adult
cynomolgus monkey (Macaca fascicularis) and
rhesus monkeys (Macaca mulatta) nesthetized
with ketamine hydrochloride

P6 9 1

P701

Tobias Wimmer Justus-Liebig University
Giessen
A bioluminescence resonance energy transfer
based sensor for the precise determination
of non-homologous end joining DNA repair
events

Regina Kashapova Kazan Federal University
Creation of technology for manufacturing
composite titanium polymer implants

P6 9 3
Anastasia Efimenko Lomonosov Moscow
State University
Mesenchymal stromal cell secretome as a
promising tool for male infertility treatment

P703
Yi Liu Capital Medical University
Low-level laser enhances gingival wound
healing through promoting migration of
human gingival mesenchymal stem cells via
ROS/JNK/NF-κB/MMP-1 pathway
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AAV vector development

P012
MatthewFuller Ultragenyx Pharmaceutical
Characterization of HPV-related impurities in
HeLa producer cell line generated rAAV and
in vivo preclinical analysis of HPV-related host
cell DNA persistence and gene expression
following vector delivery

P0 0 2
Kalyani Nambiar University of Pennsylvania
Perelman School of Medicine, Philadelphia
Transduction evaluation of novel AAV natural
isolates in nonhuman primates using a
barcoded transgene system

P014

P0 0 4
Diana Cepeda Adverum Biotechnologies Inc.,
Menlo Park, California, USA
In vivo screening of an adeno-associated virus
capsid library in non-human primate eyes
identifies a novel AAV variant with superior
retinal penetration and transduction by
intravitreal delivery

Scale up your viral vector production with the
leader in Gene & Cell Therapy transfection!

Marti Cabanes-Creus Children’s Medical
Research Institute
Modulating the heparan sulfate proteoglycan
binding of AAV2 enhances in vivo transduction
of human hepatocytes in a xenograft mouse
model
P0 0 8

PEIpro® product range, up to GMP grade:

Waldemar Schäfer University Medical Center
Hamburg-Eppendorf
Nanobody-enhanced targeting of AAV vectors

Best-in-Class PEI based transfection reagent
for viral vector production
Seamless transition from process development
up to commercialization
Highest virus yields in producer cell lines

P0 1 0

Customized regulatory support to meet
compliance requirements

Claus Hallwirth Children’s Medical Research
Institute
Nature trumps nurture: Use of naturally livertropic adeno-associated viruses as vector
platforms for liver-directed human gene
therapy

Chemically deﬁned and animal derived
component free

Come and meet us at
booth #37

Visit our website: www.polyplus-transfection.com
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P0 0 6

Simon Chanas GlaxoSmithKline
Over-expression of the E. coli single stranded
DNA binding protein (ssb) inhibits the loss
of Adeno-associated virus (AAV) hairpin loop
inverted terminal repeats in transfer vector
plasmid preps
P016
Hong You Beijing Friendship Hospital, Capital
Medical University
Casein kinase 2 phosphorylates Rep78 of
adeno-associated virus (AAV) type 2 Rep78
with effects upon its biochemistry and boosts
AAV replication
P018
Nicholas Buss REGENXBIO Inc.
AAV9.hCLN2 (RGX-181) improves survival and
neuropathology in TPP1m1j mice, a model for
CLN2 Batten disease
P020
Elena Iurlova Biotechnology company
BIOCAD, Saint-Petersburg, Russia
Optimization of elution conditions for
immunoaffinity chromatography of AAV5 and
AAV9 vectors

ESGCT 27th Annual Congress in collaboration with SETGYC

153

Poster session II: Thursday 24 October

Poster session II: Thursday 24 October

P 022

P 032

P0 4 4

P056

Axel Rossi Hannover Medical School,
Hannover, Germany
Capsid engineering overcomes barriers
toward Adeno-associated viral (AAV) vectormediated transduction of endothelial cells

Akihiro Kume Jichi Medical University
Adeno-associated virus (AAV) serotype
3-based vector as an alternative vehicle for
liver-directed gene therapy

Martin Busch Heidelberg University Hospital
Impact of production impurities on potency
of Adeno-associated virus vectors: Systematic
comparison of density gradient and affinity
purification

Joseph Zeguer Orchard Therapeutics PLC
A BAC-cloning platform for development of
stable producer cell lines for commercial scale
lentiviral vector manufacture

P 024
Mathieu Mevel INSERM UMR 1089, University
of Nantes, CHU de Nantes, Nantes
Chemically modified AAV vectors for gene
therapy
P 026
Esther Attebi Genethon, UMR_S951, Inserm,
Univ Evry, Université Paris Saclay, EPHE
Development of purification step for several
AAV serotypes using POROS™ CaptureSelect™
AAVX affinity chromatography

P 034
Eva Reinauer Leukocare AG
Effective stabilization of viral vectors in liquid
using an algorithm-based development
approach
P 036
Nihay Laham Karam A.I. Virtanen Institute,
University of Eastern Finland
Enhanced Adeno-associated virus
transduction in endothelial cells

Viral vectors manufacturing

P 028

P 040

Roman Raim Baxalta, a Takeda
company
Critical aspects in implementing a precise
and reliable droplet digital PCR method as
dose measurement assay for determining
vector genomes in rAAV- based Gene Therapy
products

Weiheng Su University of Oxford
Self-repressing ‘helper’ adenovirus enabled
efficient manufacture of adeno-associated
viral vectors without contamination by
adenovirus or small drugs

P 030

Lorella Tripodi SEMM-European School for
Molecular Medicine, Napoli, Italy
Synergistic effect of combined administration
of an oncolytic adenovirus and
Bifidobacterium spp. supplements in a mouse
model of melanoma

Huseiyin Besir PROGEN Biotechnik
GmbH
The new AAV3 Titration ELISA – continued
tradition of reliable AAV titer determination

P 042

P058

P0 4 6
Eduard Ayuso INSERM UMR1089, University of
Nantes, CHU de Nantes, Nantes
Automated HEK293 suspension cell
adaptation to new media and use of new
DoE approach to optimize AAV production in
suspension utilizing the ambr®15 platform
P0 4 8
Qian Liu Oxford Genetics Ltd
Scalable and high-titre lentiviral vector
production from cGMP-compliant clonal
suspension HEK293 cell line
P0 5 0
Eric Faulkner Homology Medicines Inc
Impact of full and empty particle
concentration on product quality and in
vivo efficacy of HMI-102 in a mouse model of
phenylketonuria
P0 5 2
Pranav Joshi McGill University, Quebec,
Canada
Chromatographic approach for separation of
AAV capsid variants

Dina Glazkova Center for Strategic planning
and management of medical and biological
risks, Russian Federation
Interposition of genes in anti-HIV lentiviral
vector affects its titer and antiviral activity
P060
Jian Gao Witten/Herdecke University
Improved delivery of tumor specific oncolytic
adenovirus type 5 with NK-92 carrier cells in
cancer treatment
P062
Thomas Williams Oxford BioMedica
Industrial Lentiviral vector manufacturing
using advanced process analytical
technologies
P064
Ana S. Coroadinha iBET, Instituto de
Biologia Experimental e Tecnológica, Oeiras,
Portugal
Enabling stable lentiviral vector producer cell
line generation: Identifying barriers to high
productivities

P0 5 4
Isobel Searing Oxford BioMedica
Analytical development and automation of
lentiviral vectors
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P 066

P 076

P0 8 6

P098

Man Sub Kim Osong Medical Innovation
Foundation
Application of the design of experiment
method for AAV vector production in
suspension cells

Juan Carlos Ramirez VIVEbiotech
SerLess: An adherent HEK293-derived
producer cell line for manufacturing lentiviral
vectors in the absence of animal-derived
serum

Ram Shankar PlasmidFactory GmbH & Co. KG
RNase-PF: An animal-free recombinant
solution for the removal of host-cell RNA

Julia Davydova University of
Minnesota
Pigs versus rodent models for assessing
performance of serotype chimeric Ad5/3
oncolytic adenoviruses

P 068

P 078

P0 9 0

P100

Cristina Salado Manzano University of
Barcelona, Barcelona, Spain
Innovative cell-based therapy to treat
Huntington’s Disease

Emmanuelle Cameau PALL Biotech
Cost modeling comparison of static,
suspension and fixed-bed bioreactors to
manufacture commercial gene therapy
products

Els Verhoeyen EVIR/CIRI/INSERM U1111,
Lyon
Efficient and robust NK-cell transduction with
baboon envelope pseudotyped lentivector: A
new tool for CAR NK cell immunotherapy

Juan José Rojas Expósito LudwigMaximilians-Universitat München
Induction of immunogenic tumor cell death
by a novel immune-oncolytic Vaccinia virus
strain leads to robust antitumor immune
responses directed against neo-epitopes

P 080

P0 9 2

Matt Krusen Aldevron
Advantages of standardization and large-scale
manufacturing of helper plasmids for viral
vector production

Simona Porcellini MolMed S.p.A
GMP grade CD44v6 CAR-engineered T cells
control tumor growth in lung and ovary
adenocarcinoma bearing mice

P 082

P0 9 4

Joëlle Cheuzeville Genethon, UMR_S951,
Inserm, Univ Evry, Université Paris Saclay,
EPHE
Improvement of lentivirus manufacturing
in large-scale bioreactors using PTG1plus,
a novel cationic transfection agent, in
suspension HEK 293T cells

Katharina Bergerhoff GammaDelta
Therapeutics
Human Vδ1+ T cells; an allogenic ‘off-the shelf’
T cell therapy platform

P 070
Marie Jourdan Univercells
Scalable single-use technology to meet gene
therapy & vaccines production demands
P 072
Annu Luostarinen Research & Development,
Finnish Red Cross Blood Service, Helsinki,
Finland
Comparative analysis of lentiviral vector
final formulation conditions for the ex vivo
transduction of primary human T-cells
P 074
Eva Fong Merck Millipore
Development and scale-up of a bench-scale
bioreactor process for transient lentivirus
production using a suspension-Adapted
HEK293T clone
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P 084
Miguel Chillon Universitat Autònoma de
Barcelona (UAB), Bellaterra, Spain
UPV: Production of customized high
quality viral vectors at the joint UAB-VHIR
technological platform

Cancer

P0 9 6
Leysan Minigulova Kazan Federal University,
Kazan, Russia
Transmembrane topogenesis and folding
of extramembrane domains of NaPi2b
transporter under conditions of malignant
transformation can lead to the appearance of
tumor-specific epitopes

P102
Estela Núñez Manchón IDIBAPS
Transgene codon usage adaptation, a novel
strategy for the design of armed oncolytic
adenoviruses
P104
Julia Serna IBGM - University of
Valladolid
New gene-editing strategy for allogeneic
NKG2D-CAR T cell production
P106
Daniel Blount Oxford BioMedica
Pre-clinical proof-of-concept for CAR-T Cells
directed against the tumour antigen 5T4 in
the treatment of haematological malignancies
P108
Reem Miari University of Haifa
miRNA-193a function as a tumor suppressor
gene in human head and neck cancer:
Development of a novel therapeutic strategy
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P 110

P 120

P1 3 2

P142

Alexandra Mowday Maastricht
University
Targeting the tumour microenvironment with
anaerobic bacteria

John Rossi Kite, a Gilead Company
Analysis of T-cell vector integration sites for a
murine gamma-retroviral vector encoding the
anti-CD19 chimeric antigen receptor used in
the production of axicabtagene ciloleucel

Daria Chulpanova Kazan Federal University,
Kazan, Russia
An immunocompetent mouse model of
human neuroblastoma

Jiye Kim University of Ulsan College of
Medicine
Synergistic anticancer therapeutic effect
of sorafenib and microRNA-21 inhibitor in
Hepatocellular carcinoma

P 112
Berta Marzal Institut d’Investigacions
Biomediques August Pi i Sunyer
(IDIBAPS)
Low-affinity Her2-specific CAR-T cells for the
treatment of breast cancer
P 114
Olga Trofimova Latvian Biomedical Research
and Study centre
Alphavirus-driven expression of IFNgamma
as a potential strategy for programming of
tumour macrophages
P 116
Alvaro Morales-Molina Instituto de Salud
Carlos III
Cellular virotherapy increases tumorinfiltrating lymphocytes (TILs) and CD8+
activation in murine immunocompetent
models
P 118
Lukasz Kuryk Targovax Oy, Clinical Science,
Helsinki, Finland
Combinatory therapy of the oncolytic
adenovirus ONCOS-102 and checkpoint
inhibitor resulted in abscopal anti-tumor
effect in a humanized NOG mouse model of
melanoma
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P 122
Bernhard B Gentner San Raffaele Scientific
Institute
TEM-GBM-001 study: A phase I/IIa dose
escalation study evaluating the safety and
efficacy of autologous CD34+ enriched
haematopoietic progenitor cells genetically
modified for human interferon-α2 in patients
with GBM and an unmethylated MGMT
promoter
P 124
Laura Antonucci Bambino Gesù Children’s
Hospital, Rome - Italy
Innovative strategy to potentiate oncolytic
adenovirus immunotherapy in high-risk
neuroblastoma

P1 3 4

P1 3 6
Alvaro A Morales-Molina Instituto de Salud
Carlos III
Modifications in the RGD motifs of an
oncolytic adenovirus (ISC301) increases its
antitumor efficacy by a higher intratumoral
activation of the immune system
P1 3 8

Seung Ryul Han Rznomics Inc.
RNA replacement based on trans-splicing
ribozyme for cancer theranostics

Wen-Lung Wang National Cheng Kung
University
Elucidating transcriptional roles in the
regulation of IMP3 expression for developing
promoter-driven targeted therapy in
hepatocellular carcinoma

P 130

P1 4 0

Noelia Silva Pilipich Cima Universidad de
Navarra, Pamplona, Spain
Long-term systemic expression of a new
PD-1 blocking antibody from an AAV vector
provides antitumor activity without toxicity

Stephanie Riederer Ludwig-MaximiliansUniversitat München
Deletion of Vaccinia virus genes involved in
the blocking of TRIF-IRF3-pathway and its
effect on Th1-polarized antitumor immune
responses

P 128

P144

Lukas Schulte Witten/Herdecke University,
Witten, Germany
Screening of reporter gene expressing human
adenovirus types with regard to their use in
oncolytic/cancer gene therapy against HPV
associated cancers

Aigul Valiullina Kazan Federal University,
Kazan, Russia
Evaluating CAR-T cells efficiency against solid
tumors models
P146
Kristina Kitaeva Kazan Federal
University
The effect of co-culturing of MSC and SHSY5Y and cisplatin treatment on proliferative
activity and caveolin-1 mRNA expression
P148
Ilnur Ishmukhametov Kazan Federal
University, Kazan, Russia
Hyperspectral system imaging for detection of
cancer cells
P150
Daria Chulpanova Kazan Federal University,
Kazan, Russia
Antitumor properties of artificial microvesicles
from mesenchymal stem cells overexpressing
TNF-related apoptosis inducing ligand
P152
Eva Aubets Gil University of Barcelona
WEE1 and CHK1 gene silencing using
polypurine reverse hoogsteen hairpins
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P 154

P 164

P1 7 4

P184

Yeon-Soo Kim Chungnam National
University
Replicating retroviral vectors spread on the
human retinoblastoma SNUOT-Rb1 cells and
induce cell death

Asier Antoñana Vildosola IDIBAPS
Engineering BCMA-CAR T cells to overcome
CD19-negative relapse in B cell non-Hodgkin
lymphomas

Bilge Debelec Butuner Technical University of
Munich, Germany
Comparing the functionality of redirected T
cells in HBV immunotherapy using chimeric
antigen receptors or T-cell engaging
antibodies

Quentin Vicard Sartorius Stedim Biotech
Optimizing CAR-T process development
by utilizing a novel small scale stirred tank
bioreactor

P1 7 6

Geert Nobels MaxCyte
Advancing adoptive cellular therapies using
non-viral-based engineering

P 156
Gulzada Tarasova Kazan Federal University,
Kazan, Russia
Dissipation of the transmembrane
mitochondrial potential in malignant
tumor cells by water-soluble
polyol-methanofullerene
P 158
Ilnur Ishmukhametov Kazan Federal
University, Kazan, Russia
Comparative analysis of mechanical properties
of non-malignant and cancer cells
P 160
Manlio Fusciello University of Helsinki
Artificially cloaked viral nanovaccine

Next generation engineered
T&NK cells
P 162
Birgit Schultes Intellia Therapeutics
Engineering of highly functional and specific
transgenic T cell receptor (TCR) T cells using
CRISPR-mediated in-locus insertion combined
with endogenous TCR knockout
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P 166
Junghee Kim Korea University College of
Medicine, Seoul, South Korea
TEM8/ANTXR1-targeting CAR-T cells as a
therapeutic modality for the pancreatic cancer
P 168
Maria Alvanou University of Patras Medical
School
Broadening the applicability of antigenspecific T-cell immunotherapy by CRISPR-CAS9
inactivation of the glucocorticoid receptor
P 170
Biagio De Angelis Ospedale Pediatrico
Bambino Gesù- Rome- Italy
A promising approach of GD2-specific
chimeric antigen receptor (CAR) T cells with
CD28/4.1BB costimulatory domains for
treatment of GD2+ sarcomas
P 172
Corinna Haist Heinrich Heine University
Dusseldorf
Specificity and efficacy of second generation
CAR T-cells against CD44v6 antigen in primary
HNSCC cells

Ralf-Holger Voss Johannes Gutenberg
University (JGU), Mainz, Germany
A combinatory CAR relying on T-cell signaling
via endogenous CD3 elicits paramount tumor
antigen sensitivity via retrovirally, ivt-RNA-, or
CRISPR/Cas9 NHEJ/HDR-treated human T-cells
P1 7 8
Noelia Maldonado Pérez GENyO
Assessment of efficacy and safety of universal
αCD19-CAR T cells
P1 8 0
Jeong-Soo Kim University College of Medicine,
Seoul, Republic of Korea
Defective localization with impaired tumor
cytotoxicity contributes to the immune escape
of NK cells in pancreatic cancer patients
P1 8 2
Sumiti Jain Sangamo Therapeutics, Inc.
Highly efficient and specific multiplexed
gene editing in T cells using enhanced
zinc-finger nucleases (ZFNs) enables
strategic engineering of allogeneic T cell
immunotherapies

P186

P188
Gus Zeiner Chimera Bioeignieering
A new approach to arm T cell therapies with
conditional, transgenic payload outputs

Blood diseases
P196
Mo Li King Abdullah University of Science and
Technology
Wiskott-Aldrich syndrome protein tegulates
nuclear body organization, chromatin
structure, alternative splicing and cell
proliferation
P198
Desheng Liang Center for Medical
Genetics Central South University, Changsha,
China
Targeted in-frame deletion of the F8 B domain
to restore FVIII function in patient-iPSCs
derived ECs
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P 200

P 210

P2 2 0

P230

Yu-zhen Tan Shanghai Medical School of
Fudan University
Cardiac patch loading Tβ4-overexpressed
mesenchymal stem cells promotes repair
of infarcted myocardium by activating
epicardium

Marianna Romito Institute of Child Health
Targeted gene correction for the treatment of
severe combined immunodeficiency caused
by mutations in the IL7R gene

Begoña Diez Cabezas CIEMAT/CIBERER,
Madrid
Optimized manufacturing of lentiviral
corrected haematopoietic stem cells under
GMP conditions

Carsten W Lederer Cyprus Institute of
Neurology and Genetics
Getting personal: Mutation-specific
gene editing and addition strategies for
β-thalassemia and beyond

P 202

Luca Basso-Ricci SR-TIGET, Milan
Kinetics and composition of haematopoietic
stem/progenitors mobilised cells upon G-CSF
and Plerixafor administration in transplant
donor or patients undergoing autologous
gene therapy

P2 2 2

P232

Kyriakos Koukoulias George Papanicolaou
Hospital, Thessaloniki, Greece
LEVIS: A clinical scale, “all in one” T-cell product
from non-transplantable cord blood units,
targeting infections and leukemic relapse
post-haematopoietic cell transplantation

Blanca Quijano Ruiz Andalusian Network
for Design And Traslation of Advanced
Therapies
Treatment of steroid refractory acute graftversus-host disease with allogenic adipose
tissue-derived mesenchymal stromal cells:
A multicenter phase I/II clinical trial

Pamela Quaranta SR-TIGET, Milan
Role of peripheral blood circulating
haematopoietic stem/progenitor cells during
physiological haematopoietic maturation and
after gene therapy
P 204
Aphrodite Georgakopoulou University of
Washington, Seattle, USA
In vivo transduction of HSCs in a Fanconi
anemia mouse model after mobilization
and intravenous injection of an integrating
adenoviral vector system
P 206
Vanessa Woods Hannover Medical School,
Hannover, Germany
Targeting therapeutic proteins to platelet
alpha granules
P 208
Guillaume Corre Genethon, UMR_S951,
Inserm, Univ Evry, Université Paris Saclay,
EPHE
Induction of DNA methylation in CD34+ cells
during ex vivo genetic modifications
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P 212

P 214
Immacolata Brigida SR-TIGET, Milan
Preclinical development of a haematopoietic
stem cell gene therapy for adenosine
deaminase 2 deficiency
P 216
Mania Ackermann Hannover Medical School,
Hannover, Germany
Restored macrophage function ameliorates
disease pathophysiology in a mouse model for
very early onset inflammatory bowel disease
(VEO-IBD)
P 218
Hristiana Lyubenova Telethon Institute of
Genetics and Medicine
AAV-mediated protein trans-splicing and
genome editing for therapy of Haemophilia A

P2 2 4
Ekaterina Koniaeva Hannover Medical School,
Hannover, Germany
Conditional immortalisation of
haematopoietic progenitors via tetracyclineregulated LMO2 expression
P2 2 6
Diego Leon-Rico UCL GOS Institute of Child
Health
Manufacture of an ATMP for the treatment of
X-linked Severe Combined Immunodeficiency
(X-SCID)
P2 2 8
Cristina Mesa CIEMAT/CIBERER, Madrid
Stable transduction of long-term HSCs under
optimized GMP-conditions for the gene
therapy of LAD-I patients

P234
Juan A. Hernandez Bort, PhD Gene Therapy
Center Austria, Baxalta Shire
Impact of selected cell culture media and
different HEK293 production cell lines on the
expression of a variety of recombinant adeno
associated virus subtypes
P236
Elena Armenteros Monterroso Great
Ormond Street Hospital for Children
Comparison of the CliniMACS Plus and the
CliniMACS Prodigy for CD34 enrichment of
mobilised peripheral blood stem cells (mPBSC)
P240
Maria Grazia Biferi Sorbonne Université,
Inserm UMRS 974, Institut de Myologie
Towards the clinical translation of a gene
therapy approach for the treatment of familial
ALS
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CNS gene therapy

P 252

P2 6 2

P272

Ilaria Meloni Medical Genetics, University of
Siena, Siena, Italy
High efficiency of CRISPR/Cas9 gene editing of
the p.(Thr158Met) MECP2 mutation in mitotic
and post-mitotic cells

Ángela Sánchez Osuna Universitat Autònoma
de Barcelona, Bellaterra, Spain
Cerebellar transduction of astrocytes as
gene therapy strategy for Megaloencephalic
Leukoencephalopathy with subcortical cysts
(MLC)

Enrique Garea Rodriguez Charles River
Laboratories Germany GmbH, Göttingen,
Germany
MRI-guided injections in the brain: A method
for gene therapy delivery for NHP and humans

P 242
José María Frade Instituto Cajal (CSIC)
E2F4-based gene transfer improves learning
and memory and reverses body weight loss in
a mouse model of Alzheimer’s disease
P 244
Kevin Foust AveXis, Inc.
Rett syndrome gene therapy improves survival
and ameliorates behavioral phenotypes in
MeCP2 null
P 246
Rod Miller University of Pennsylvania
Preclinical evaluation of gene therapy for
neurodegenerative diseases caused by
inherited deficiency of progranulin
P248
Rebeca Blanch Institut de Neurociències Universitat Autònoma de Barcelona
Klotho gene therapy as a treatment for
Alzheimer’s disease
P 250
James M Wilson University of
Pennsylvania, Perelman School of Medicine,
Philadelphia
Intrathecal gene therapy significantly extends
lifespan of the Twitcher mouse and the Krabbe
dog models
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P 254
Vania Broccoli San Raffaele Scientific
Institute
Whole brain delivery of an instability-prone
Mecp2 transgene corrects behavioral and
molecular pathological defects in mouse
models of Rett syndrome
P 256
Stefano Espinoza Istituto Italiano di
Tecnologia
SINEUPs: A new antisense, long non-coding
RNA-based platform to increase endogenous
protein levels for therapy
P 258
Catherine Marneffe VIB-KU Leuven Center for
Brain & Disease Research
AAV-mediated delivery of a novel anti-BACE1
VHH reduces Abeta in an Alzheimer’s disease
mouse model
P 260
Joao Cruzeiro Sheffield Institute for
Translational Neuroscience
AAV-mediated gene editing as a potential
therapeutic approach for C9ORF72-linked
ALS/FTD

P274

P2 6 4
Lilian Yengi Clinical Research Development,
bluebird bio, Inc.
Evidence that prevalent SMG6 insertions are
not associated with abnormal clinical findings
in patients treated with Lenti-D autologous
haematopoietic stem cell gene therapy for
cerebral adrenoleukodystrophy
P2 6 6
Ángel Edo Institut of NeurosciencesUAB
Immunomodulation by gene therapy with
adeno-associated vectors for the treatment of
multiple sclerosis
P2 6 8

Charlotte Jacobsen Aalborg University
Transport of therapeutic proteins across the
blood-brain barrier using viral gene therapy
P276
David Rufino-Ramos Center for Neurosciences
and Cell Biology
Extracellular vesicles for therapy of
spinocerebellar ataxia type 3
P278
Annita Montepeloso Harvard Medical School,
Boston, MA
Understanding and challenging the
contribution of HSCs to brain myeloid cell
turnover

Eudald Balague Universitat Autònoma de
Barcelona-Campus Can Ruti, Badalona
Single-intrathecal delivery of a new AAV9mediated gene therapy vector provides longterm safe expression of frataxin and prevents
neurodegeneration in a Friedreich Ataxia
mouse model

P280

P2 7 0

P282

Maryana Bardina Institute of Gene Biology
Russian Academy of Sciences
RNAi-based gene therapy approach for
GNAO1-related neurodevelopmental disorder

Natalia Bal Institute of Higher Nervous
Activity and Neurophysiology of RAS, Moscow,
Russia
Processing of IGF-II in rat and mouse brain

Mariya Volobueva Institute of Higher Nervous
Activity and Neurophysiology of RAS, Moscow,
Russia
Expression of Igf2 and its binding proteins in
the hippocampus during memory formation
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P 284

P 300

P3 1 0

Olga Chernova Kazan Federal University,
Kazan, Russia
Morphological evaluation of local
hypothermia effects after spinal cord injury

Elise Boulanger-Scemama Fondation
Adolphe de Rothschild, Paris, France
Optogenetics in the clinic: PIONEER, a phase
1/2a, open-label, non-tandomized, doseescalation study to evaluate safety and
tolerability of GS030 in subjects with retinitis
pigmentosa

Axel Rossi Hannover Medical School,
Hannover, Germany
Engineered AAV vector for improved recovery
of hearing loss

P 288
Sandrina Maçãs Univ. Autónoma
Madrid
Generation and differentiation of an
optogenetic human neural stem cell for
Parkinson’s disease
P 290
Beatriz Fernandez Unidad de Producción y
Reprogramación Celular (UPRC), Sevilla, Spain
Isolation of germinal matrix neural stem cells
from the cerebrospinal fluid of preterm infants
with intraventricular hemorrhage

Eye and ear gene therapy

P 302
Marina Pavlou Ludwig-MaximiliansUniversitat München
Next-generation AAV variants for retinal gene
therapy
P 304
Alex Garanto Radboud University Medical
Center
The shorter the better? Assessing novel
therapeutic strategies for CRB1-associated
retinal disease

P 296

P 306

Steven Lee University of Ulsan, College of
Medicine
A mTOR-inhibiting shRNA delivered
intravitreally via rAAV tested as a potential
anti-angiogenic gene therapeutic in a rat
model of oxygen-induced retinopathy

Stylianos Michalakis Ludwig-MaximiliansUniversität München, Munich, Germany
Development of a gene supplementation
therapy for PDE6A-linked retinitis pigmentosa

P 298
Knut Stieger Justus-Liebig-University
Giessen
DNA sequence alterations at an I-SceI target
site in murine photoreceptors following AAV
mediated gene transfer
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P 308
Walter Habeler I-STEM
Set up of a tissue-engineered product
consisting of RPE derived from human
embryonic stem cells cultured on human
amniotic membranes for the treatment of
retinal diseases

First in man

P3 1 2
Wade Chien National Institutes of Health
AAV2.7m8 is a powerful viral vector for inner
ear gene therapy

P330

Cardillia SIMON Institut de la Vision
Gene therapy to increase and maintain
light sensitivity in cones during retinal
degeneration

Jean Davoust Institut Necker Enfants-Malades;
INSERM, U1151; CNRS UMR 8253
Concurrent muscle and liver transduction
imposes immune tolerance for muscle rAAV
gene transfer

P3 1 6
Efrain Guzman Oxford BioMedica
OXB-203, a lentiviral vector expressing
aflibercept as a single dose, long-term
treatment for wet age-related macular
degeneration

P332

P3 1 8
Thais Bascuas Castillo University Hospitals of
Geneva
Non-virally transfected primary human
pigment epithelium cells overexpressing the
oxidative stress reduction factors PEDF and
GM-CSF to treat retinal neurodegeneration

Salih Sanlioglu Akdeniz University Center for
Gene and Cell Therapy
New gene therapy modalities targeting
oxidative stress and microglial activation are
needed for effective treatment of retinitis
pigmentosa

Isabelle Philipp Siemens Healthcare
Laboratory, LLC
Development of a universal extraction
protocol for multiple AAV-based gene therapy
shedding assays

Immune responses to gene
therapy

P3 1 4

P3 2 0

P326

Raisa Jofra Hernandez SR-TIGET, Milan
GLP-compliant long-term evaluation of
toxicity and tumorigenicity following
haematopoietic stem cell gene therapy in
a mouse model of chronic granulomatous
disease
P334
Raymond Steptoe The University of
Queensland
Antigen-encoding bone marrow deletes
mature antigen-specific B cells in recipients
and inhibits antigen-specific antibody
production
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P 336

P 348

P3 5 8

P370

Anna Majowicz uniQure biopharma B.V.
Prevalence and affinity/avidity assessment
of pre-existing NABs against AAV2, 5 and 8
analyzed in the serum of 300 healthy donors

Seyed Younes Hosseini Shiraz University of
Medical Sciences		
The inflammatory state of Hepatic stellate cells
following infection by coagulation factorsshielded Adenovirus

Vasco Meneghini SR-TIGET, Milan
Genome-wide analyses of regulatory regions
and transcripts in hiPSC-derived neural
stem/progenitor cells to define their safety
and efficacy in cell therapy approaches for
neurological disorders

Judith Estengre Pérez CBMSO, CSICUAM
Elongated human 3D neural tissue for
developmental and regenerative studies:
NEUROTUBES

P 338
Petr Ilyinskii Selecta Biosciences
Tolerogenic ImmTOR™ nanoparticles enhance
vector transduction, mRNA synthesis and
transgene expression after initial and repeated
administrations of AAV-based gene therapy
vectors
P 340
Kirsten Bucher Center for Ophthalmic
Research Tübingen
Potential innate immune responses to adenoassociated virus mediated gene therapy
P 342
Alessandra Lopes Université catholique de
Louvain
The antitumor activity of a DNA vaccine
encoding glioma-associated antigens is
enhanced by surgical resection in a GL261
glioblastoma orthotopic model
P 344
Ilaria Castiglioni San Raffaele Scientific
Institute
Metabolic insight into Cyclosporine-mediated
improvement of HSPC engraftment in the
context of ex vivo gene therapies
P 346
Konstantin Ivanov Kazan Federal University,
Kazan, Russia
Design of dna vaccine for prevention of
hemorrhagic fever with renal syndrome

168

P 350
Linda Ramdani UMR 8203, CNRS, Univ. ParisSud, Gustave Roussy, Université Paris-Saclay
Epitope display on adenovirus capsid as a
potent vaccination strategy to elicit cytotoxic
cellular responses
P 352
Sergei Abramov Kazan Federal University,
Institute of Fundamental Medicine and
Biology
Analysis of autophagy and LC3-associated
phagocytosis in T-lymphocytes of patients
with severe asthma

P3 6 0
Giulia Carola University of Barcelona
Modeling Parkinson’s disease using human
midbrain-specific organoids
P3 6 2
Irene Fernández Carasa University of
Barcelona
Mitochondrial dysfunction in iPSC-derived
Parkinson’s disease astrocytes
P3 6 4

iPSC & organoids, research
and therapy developments

Phil Sanders University of Barcelona
Identification of in vitro differentiated striatal
progenitor cell sub-types for cell therapy
treatment of Huntington’s disease

P 354

P3 6 6

Daniel Bachiller IMEDEA/CSIC
A redundant control approach based on a
bicistronic suicide gene construct enhances
the safety and efficacy of the system

Meritxell Pons Espinal University of
Barcelona
Using an iPS cell-based model to study
neuroinflammation in Parkinson’s disease

P 356

P3 6 8

Anna Rafiei Hannover Medical School,
Hannover, Germany
Scalable GMP-compliant cultivation and
haematopoietic differentiation of human iPSC
enables the production of macrophages for
immunotherapies

Hannes Forkel University Medicine
Greifswald
Comparison of mobilized peripheral blood
with cord blood CD34+ haematopoietic stem
cells as source for artificial thymic organoid
derived natural killer cells

P372
Myriam Lemmens Novartis Pharma AG
Prediction of sgRNA specificity for CRISPR/
Cas9 genome editing by measuring DNA
damage response in induced pluripotent stem
cells
P374
Kirill Sukhinich Russian Academy of Sciences,
Moscow
Therapeutic effects and homing of
mesenchymal stem cell and neural progenitor
cells after intra-arterial transplantation into
rats with experimental ischemic stroke
P376
Inci Cevher Hacettepe University, Ankara,
Turkey
Modeling haematopoietic niche in
osteopetrosis using patient-derived induced
pluripotent stem cells
P378
Alysha Burrows Manchester Metropolitan
University
Investigating neural differentiation capacity in
Alzheimer’s disease iPSC-derived neural
stem cells
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P 380

P 392

P4 0 2

P418

Jozef Dulak Jagiellonian University
Human induced pluripotent stem cellsderived cardiomyocytes efficiently engraft
and improve murine heart function after
myocardial infarction

Berta De la Cerda Centro Andaluz de
Biología Molecular y Medicina Regenerativa
(CABIMER)
Retinitis pigmentosa disease model from iPSC
of a patient with PRPF31 c.165G > A mutation

Katja Puttonen Kuopio Center for Gene and
Cell Therapy, Kuopio, Finland
Large scale manufacturing of regulatory
macrophages (Mreg) in wave-type of
bioreactor for clinical use

P 382

Daniela Cesana SR-TIGET, Milan
Liquid-Biopsy-Integration-Site-Sequencing
(LiBIS-Seq) allows the detection of genetically
modified cells residing in solid tissues and
the earlier detection of premalignant clones
triggered by insertional mutagenesis

P 394

Elisabeth Mangiameli SR-TIGET,
Milan
A human iPSC-based model of globoid cell
leukodystrophy uncovers mutation- and celltype specific neurodevelopmental defects

Yafeng lv Peking Union Medical College
Production and characterization of two
human induced pluripotent stem cell lines
from patient with Krabbe disease

Latest news from
cardiovascular and
pulmonary gene therapy

P 384
Jean-Baptiste Dupont I-STEM
Improvement of pluripotent stem cell-derived
skeletal muscle myotube maturation through
the combination of physical and chemical
factors

P 396
Nicolas Serratrice Hôpital La Timone (APHM)
Neuroprotective effects of adipose-derived
stromal vascular fraction stem cells on acute
traumatic spine cord injuries in rats

P 386

P 398

Laura Batlle CRG
Development of CRISPR/Cas9 gene editing
double-KI and brain organoid differentiation
system for the study of brain development
and disease

Ahter Dilsad Sanlioglu Akdeniz University
Center for Gene and Cell Therapy
Resistance in human foreskin fibroblasts
against lipofectamine-aided transfection of
CoMiP plasmids

P 388

P 400

Irina Ogneva Cell Biophysics Laboratory, SSC
RF – IBMP RAS, Moscow, Russia
Cytoskeleton proteins and its epigenetic
regulation in the endometriotic lesions

Paula Alves iBET, Instituto de Biologia
Experimental e Tecnológica, Oeiras
Decoding human cardiac progenitor cells
regenerative potential using advanced
proteomic tools

P 390
Ute Modlich Paul-Ehrlich-Institut
Platelet production from murine induced
pluripotent stem cells by the inducible
overexpression of supporting factors
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P420

P4 0 8
Ariane Biquand Genethon, UMR_S951, Inserm,
Univ Evry, Université Paris Saclay, EPHE
From heart impairment characterization to
pathway investigation in a Titinopathy model

Andrea Annoni SR-TIGET, Milan
LV.InsulinB9-23/anti-CD3 inhibits recurrence
of autoimmunity in NOD mice after allogeneic
pancreatic islets transplant allowing T1D
resolution
P424

Luke Stuart University of Manchester
Development of constructs for cardiac
conduction system targeted gene therapy

Laia Tolosa Experimental Hepatology
Unit, Health Research Institute La Fe (IIS La
Fe)
Improved in vivo efficacy of clinical-grade
cryopreserved human hepatocytes in mice
with acute liver failure

P4 1 2

P426

Martin Wolf Paracelsus Medical University,
Salzburg
Proteomic analysis reveals angiogenic and
immunomodulatory function for placental
stromal cell-derived extracellular vesicles

Diana Cepeda Adverum Biotechnologies Inc.,
Menlo Park, California
Biodistribution and pharmacokinetics of
AAVrh.10-A1AT mediated gene therapy
in humanized liver mice as a predictor of
A1AT human expression levels following
intravenous delivery

P4 1 0

Liver gene and cell therapy
P4 1 6
Antonia Follenzi Università del Piemonte
Orientale
Modulation of F8 promoter activity in
response to Ets-1 and Ets-2 transcription
factors for hemophilia A gene therapy
application

P428
Virginia Nieto Romero CIEMAT/CIBERER,
Madrid
Specific gene correction of the AGXT gene and
direct cell reprogramming for the treatment of
Primary Hyperoxaluria Type 1
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P 430

P 442

P4 5 2

P464

Nahid Davoodian Hormozgan University of
Medical Sciences, Bandar Abbas
HNF4a promotes haepatic differentiation of
human adipose tissue-derived stem cells

Ferran Vila Julià Vall d’Hebron Research
Institute, Universitat Autònoma de
Barcelona
AAV-mediated gene therapy shows efficacy on
the biochemical and neurological phenotype
of the nucleoside-enhanced mouse model of
MNGIE

Elina Makino Sigilon Therapeutics
Correction of Gb3 levels in alphaGalactosidase A deficient mice by enzyme
produced in vivo by shielded engineered cells

Ferran Vila Julià Vall d’Hebron Research
Institute, Universitat Autònoma de Barcelona
Codon optimization of the TYMP sequence for
the gene therapy of MNGIE

P4 5 4

P466

Oihana Murillo Center for Applied Medical
Research
Therapeutic efficacy of VTX-801 Wilson’s
disease mice in mice with at an advanced
stage the disease

Alisa Shaimardanova Kazan Federal
University
Generation and functional analysis of plasmid
DNA encoding β-hexosaminidase gene for
Tay-Sachs disease therapy

P4 5 6

P468

Alba Tristán Hospital Sant Joan de Déu,
Barcelona
Modelling tyrosine hydroxylase deficiency
using induced pluripotent stem cells

Myoungjee Choi Chungnam National
University
Liver–directed Pdx1 expression using
recombinant AAV-2 and AAV-DJ/8 vectors in
diabetic mouse model

P 432
Eunju Lee Korea University College of Medicine,
Seoul
CD160 serves as a negative regulator of NKT
cells in acute hepatic injury
P 434
Rafael Campos-Cuerva Andalusian Network
for Design and Translation of Advanced
Therapies (AND&TAT)
Haemostatic efficacy of cryopreserved
nanostructured fibrin agarose hydrogel
P 436
Rachel Eclov BridgeBio
Durable CYP21A2 gene therapy in non-human
primates for treatment of congenital adrenal
hyperplasia

Metabolic diseases

P 444
Andrea Calabria SR-TIGET, Milan
Characterization of haematopoietic system
reconstitution in vivo in metachromatic
leukodystrophy gene therapy patients
P 446
Jenny Greig University of Pennsylvania
Liver-targeted, lipid nanoparticle
encapsulated mRNA therapy corrects serum
total bilirubin levels in a mouse model of
Crigler-Najjar syndrome
P 448
Randy Chandler National Institutes of Health
Adeno-associated viral gene therapy for
propionic acidemia (PA)

P 440

P 450

Valeria Calbi SR-TIGET, Milan
Lentiviral haematopoietic stem cell gene
therapy (HSC-GT) for metachromatic
leukodystrophy (MLD): Preliminary results
from a clinical trial with a cryopreserved
formulation of OTL-200

Anna Mateu Bosch Institut d’Investigacions
Biomediques August Pi i Sunyer
(IDIBAPS)
GCDH gene therapy ameliorates glutaric
aciduria type I phenotype in mice
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P4 5 8

P470

Karen Buckland UCL Great Ormond Street
Institute of Child Health
Manufacture of an ATMP for ex vivo gene
therapy of mucopolysaccharidosis IIIA
(MPSIIIA)

Konstantin Ivanov Kazan Federal University,
Kazan
Reaction of liver cells to streptozocinnicotinamide-induced diabetes mellitus in
mice

P4 6 0

P472

Juan Elías González Correa GENyO
Gene-cell therapy for Pompe disease
P4 6 2
Sabrina Gea-Sorlí Institut d’Investigacions
Biomediques August Pi i Sunyer
(IDIBAPS)
Phenotype rescue by GCDH targeted gene
edition in a cellular model of Glutaric Aciduria
type I

Xavier Sánchez CBATEG - UAB
Biochemical, histological and behavioural
characterization of a new mouse model of
Niemann-Pick C2 disease
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P 474

P 484

P4 9 4

P506

Joan Bertolin Center for Animal Biotechnology
and Gene Therapy
Generation of a rat model of
Mucopolysaccharidosis type IVA (Morquio
A disease) that reproduces the human
pathology

Astrid Brull Sorbonne Université, Inserm UMRS
974, Institut de Myologie
Wild-type lamin A overexpression combined
with mutant Lmna knock-down extends
lifespan in a murine model of LMNAcongenital muscular dystrophy.

Cynthia Daoud Genethon, UMR_S951, Inserm,
Univ Evry, Université Paris Saclay, EPHE
A new rat model for Duchenne muscular
dystrophy generated by CRISPR-induced
deletion of Exon 45

Denis Buev Ryazan State Medical University
named after academician I.P. Pavlov
Quantitative index of cell fusion for cell
therapy development

Skeletal, muscle & bone gene
and cell therapy
P 478
Raquel Cabrera Pérez Blood and Tissue Bank
Do mesenchymal stromal cells require genetic
engineering to enhance their osteogenic
commitment?
P 480
Brahim Belbellaa Adverum Biotechnologies
Inc., Menlo Park, California
Feasibility of gene therapy for Friedreich
Ataxia-associated cardiomyopathy in nonhuman primates: Evaluation of delivery route,
biodistribution and expression following
AAVRh.10.FXN administration
P 482
Sergio Antonio Munoz CBATEG-UAB
A new rat model of Pompe disease generated
by CRISPR/Cas9 technology mimics the
human disease phenotype
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P 486
Capucine Trollet INSERM U974 Sorbonne
Université Institut de Myologie
Transduction efficiency of AAV serotypes after
local injection in mouse and human skeletal
muscle
P 488
Eric Ehrke-Schulz Witten/Herdecke University,
Witten, Germany
CRISPR/Cas9 mediated gene editing of
Duchenne muscular dystrophy with a single
gene deleted adenoviral vector
P 490
Zoya Tsokolaeva V.A.Negovsky Research
Institute of General Reanimatology
Transplantation of scf-expressing
mesenchymal cell sheet activates epicardium
and attenuates adverse cardiac remodeling in
acute myocardial infarction
P 492
Artur Fedianin Kazan Federal University,
Kazan
Investigation of the mechanisms of
reorganization of motor control in the period
of postgravitational readaptation

P508

P4 9 6
Zhipeng Fan Capital Medical University School
of Stomatology
The CB1 enhanced the osteogenic
differentiation ability of mesenchymal stem
cells in the inflammatory environment

Alexander van den Boom Witten/Herdecke
University, Witten
Cell based screening of different adenoviral
serotypes to identify candidates for the
development of improved vectors for the
treatment of muscular disorders

P4 9 8

P510

Sang Han Federal University of Sao Paulo
IL-4 gene overexpression promotes repair of
the ischemic skeletal muscle

Ilnur Ishmukhametov Kazan Federal
University
Chitosan/gelatine/agarose nanostructured
scaffolds promote angiogenesis

P5 0 0

P512

Margarita Codinach Banc de Sang i
Teixits
Impact of nucleated cell isolation method on
the manufacturing of mesenchymal stromal
cell-based medicinal product
P5 0 2
Sandra Fuertes Biodonostia Institute
Structural analysis of neuromuscular junctions
in aging: Effect of Sox2 heterozygosity
P5 0 4
Ilnur Ishmukhametov Kazan Federal
University
Influence of species-specific plasmid pBUDKecVEGF164-ecВМР2 on osteogenesis MSC
horse in vitro

Maxim Baltin Kazan Federal
University
Introduction of mesenchymal stem cells
reduced the effect of ischemia on nitric oxide
content in the hippocampus and restored
the approximate motor activity of rats after
modeling of cerebral stroke
P514
Elvira Akhmetzyanova Kazan Federal
University
Novel rat model of hindlimb ischemia for
assessment of the efficiency of gene and cell
therapy
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P 516
Luis López Navas Andalusian Network
for Design and Translation of Advanced
Therapies
Functional characterization of a proprietary
GMP human platelet lysate
P 518
Elvira Akhmetzyanova Kazan Federal
University
Vegf and fgf2 genes stabilizes angiogenic
effect in hind limb ischemia model in rats
P 520
Artur Fedianin Kazan Federal University
Influence of unilateral deforming arthrosis on
the condition of contralateral limb
P 524

Skin gene and cell therapy
P 530
Oliver March Paracelsus Medical University
Salzburg, Salzburg
Highly efficient paired nickase-mediated
correction of junctional epidermolysis bullosa
via COL17A1 reframing
P 532
Lucía Martínez-Santamaría CIEMAT/CIBERER,
Madrid
Safety criteria and patient selection in a cellbased clinical trial for the systemic treatment
of recessive dystrophic epidermolysis bullosa:
MesenSistem-EB
P 534

Margarita Codinach Banc de Sang i Teixits
New uses for existing technologies:
Automated enumeration of mesenchymal
stem cells with haematology analysers.

Ana Cardesa Gil Andalusian Network
for design and Translation of Advanced
Therapies
Compassionate use of mesenchymal stromal
cells for the treatment of graft-versus-host
disease

P 526

P 536

Yu Cao Beijing Key Laboratory of
Tooth Regeneration and Function
Reconstruction
Effect of secreted frizzled-related protein2 on
regeneration of dental pulp stem cells

Jose Bonafont Carlos III University (UC3M),
Madrid
Highly efficient gene-editing strategies
for clinically-relevant ex vivo correction of
recessive dystrophic epidermolysis bullosa in
primary patient cells
P 538

Poster session II: Thursday 24 October

P5 4 0

P554

Thomas Kocher Paracelsus Medical University
Salzburg, Salzburg
A selection-free COL7A1 repair strategy based
on homologous recombination

Maria Silvia Roman Azcona Institute for
Transfusion Medicine and Gene Therapy
A versatile reporter system to identify designer
epigenome modifiers for effective multiplexed
epigenome editing

P5 4 2
Laura Yndriago Biodonostia Institute
Characterization of aged dermal stem cell
phenotype: implications for skin homeostasis
P5 4 4
Regina Kashapova Kazan Federal University,
Engineering Institute
Development of matrixes and devices on
the basis of inert materials by the method of
ion-beam treatment to prototype cells and
medical targets

Kunwoo Lee GenEdit
Efficient delivery of mRNA and CRISPR in CNS
using polymer nanoparticle
P560

P5 5 0
Lili Wang University of Pennsylvania
In vivo genome editing of hAPOC3 in the liver
of APOC3 transgenic mouse leads to a robust
and stable reduction in serum triglyceride
levels and normalization of lipid profiles

Sean Burns Intellia Therapeutics
CRISPR/Cas9-mediated gene knockout to
address primary hyperoxaluria

Giulia Maule University of Trento - CIBIO
Allele specific repair of splicing mutations
in cystic fibrosis through AsCas12a genome
editing
P558

New approaches in gene
editing

P5 5 2

P556

Juan Roberto Rodriguez Madoz
Regenerative Medicine Program, CIMA
Universidad de Navarra
In vivo CRIPSR/Cas9 Ldha inhibition as
universal treatment for primary hyperoxaluria
P564
Christina Fuentes University of California,
Berkeley
An engineered self-inactivating adenoassociated virus mediated Cas9 delivery
system for therapeutic genome editing

Hyung-Sik Kim Pusan National
University
Superoxide dismutase 3-introduced stem cells
and their extracellular vesicles exert improved
efficacy in the murine dermatitis model
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P 566

P 580

P5 9 0

P604

Julia Fakhiri Heidelberg University
Hospital
Kill-switch and self-inactivating AAV vectors
based on CRISPR/Cas9 for precise control of in
vivo gene expression

Aida Garcia Torralba CIEMAT/CIBERER,
Madrid
Efficient generation of knock-out mice by in
vitro and in vivo electroporation of CRISPR/
Cas9 system to model rare metabolic inherited
diseases and cancer predisposition

Irina Starostina Kazan Federal University
Gene modification of HEK293A cells using
CRISPR-Cas9 SAM technology for the
transcriptional activation of dysferlin gene

Gaelle Vandermeulen University of Louvain
DNA immunization against tumor epitopes
using a versatile delivery platform that
exploits inherent mechanisms of antiviral
defense

P 582

Takahiro Nakamura Kyushu University
Designer RNA binding protein based on
PPR protein, as a new modality for targeted
therapy

P 568
Estel Aparicio Prat Simulation and Modeling
Sciences, Pfizer, Cambridge
Using CRISPR base editors to perform targeted
mutagenesis screenings for mechanism of
action discovery
P 570
Teresa Rojo Romanos TU Dresden
Designer recombinase for precise excision of
HTLV-1
P 572
Omer Anakok Ataturk University
Direct transgene expression and mAb
production by using new generation
minimised UCOEs on human iPS and CHO cells
P 574
François Moreau-Gaudry INSERM U1035
Universite Bordeaux
CRISPR-Cas9 genome editing induces
megabase-scale deletions
P 578
Francesca Tasca Leiden University Medical
Centre
High-capacity adenoviral vectors encoding
full-length dystrophin and CRISPR-Cas9
nucleases for targeted correction of myogenic
cells from Duchenne muscular dystrophy
patients
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Álex Jiménez Félix University of
Barcelona
Gene therapy by correction of point mutations
in the endogenous locus of mammalian cells
using Repair-PolyPurine Reverse Hoogsteen
hairpins
P 584
Cristina Rocha AstraZeneca,
Biopharmaceutical R&D
Defining safety margins of therapeutic
genome editing by understanding
mechanisms and liabilities of CRISPR-based
molecular entities
P 586
Sabina Sánchez Hernández GENyO- Centro
de Genomica e Investigacion Oncologica:
Pfizer / Universidad de Granada / Junta de
Andalucia
Development of cellular models to study
efficiency and safety of gene repair in WiskottAldrich syndrome
P 588
Jeongpil Han Seoul National University
Cell cycle determines efficiency of homology
directed repair depending on the integrity of
nuclear envelope

P5 9 2

P5 9 4
Andrew Olsen Aldevron
Aldevron’s CRISPR-associated nucleases for
gene editing: Tools to support discovery and
therapeutic programs

New delivery systems

P606
Francesco Piras SR-TIGET, Milan
Exploring combinatorial relief of multiple
innate immune blocks for efficient
gene engineering of quiescent human
haematopoietic stem cells
P608
Pilar Puig Serra Centro Nacional de
Investigaciones Oncológicas
Development of virus-like particles for CRISPR/
Cas9 targeted delivery

P6 0 0

P610

Antonia Follenzi Universita del Piemonte
Orientale
Application of combined gene and cell
therapy within an implantable therapeutic
device for the treatment of severe
haemophilia A

Ya-Fang Mei Institute of Clinical Microbiology,
Virology, Umeå University
Transcriptome analysis of metastatic prostate
cells infected by oncolytic adenovirus 11p
encoded ADP gene (RCAd11pADP) expose
important antitumor pathways

P6 0 2

P612

María Sancho CIBER-BBN
Combination of exosomes and near-infrared
responsive gold nanoparticles: New selective
and specific therapeutic vehicle.

Mahito Nakanishi National Institute of
Advanced Industrial Science and Technology
(AIST)
Development of stealth RNA vector (SRV) for
innovative gene and cell therapy
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P 614

P 626

P6 3 6

P648

Eirini Vamva University of Cambridge
Towards optimising lentiviral vectors for gene
therapy through structure informed genome
modification

Sirina Kurbangaleeva Kazan Federal
University
Mesenchymal stem cells derived membrane
vesicles induced by cytochalasin B
demonstrate immunomodulatory properties

Geraldine Peyrou Polyplus Transfection
Non-viral in vivo mRNA delivery for cancer
research, vaccination or gene therapy

Yulia Yuzefovych Hannover Medical School
Generation of immunologically invisible
transgenic porcine pancreatic islet cell
clusters after single cell engineering and islet
reassembling to support xenograft survival

P 628

Junkyu Ha Hanyang University
A fusion peptide with an LPS-binding peptide
and a RAGE-binding peptide as a carrier of
plasmid DNA with anti-inflammatory effects

P 616
Tomoyuki Nishikawa Osaka University
Development of antitumor immunity inducing
RNA drug and a novel pyro-drive jet injector
P 618
Ekaterina Slobodkina Faculty of Medicine,
Lomonosov Moscow State University
Combined plasmid delivery of angiogenic
growth factors: Preclinical assessment of
different approaches
P 620
Lorena de Oñate UC Berkeley
Delivery of an endosomolytic CRISPR-Cas9
RNP via receptor-mediated endocytosis for
cell-targeted genome editing
P 622
Chuanyu Zhuang Hanyang University
RAGE-targeting delivery of anti-microRNA-92a
antagomir for the treatment of acute lung
injury
P 624
Chin Yang Chang Osaka University
Development of novel injector: Pyro-Drive Jet
Injector (PJI) application to intradermal DNA
vaccination
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Natalia Bal Institute of Higher Nervous Activity
and Neurophysiology of RAS, Moscow
Effect of intranasal administration of
mesenchymal stem cells on the average speed
of movement and time of activity and NO level
in olfactory bulb of rats after simulation of
brain stroke
P 630
Keita Takahashi Gifu Pharmaceutical
University
Identification of cellular targets for DNA
delivery from recombinant L. lactis strains in
vivo
P 632
Hiu Man Grisch University Children’s Hospital
Zurich and Children’s Research Center
Fusion-dependent formation of lipid
nanoparticles containing macromolecular
payloads

P6 3 8

P6 4 0
Ilnur Ishmukhametov Kazan Federal
University
Assessment of toxicity of planar shaped
nanomaterials using flow cytometry

P656
Roke Iñaki Oruezabal Guijarro Andalusian
Network for Design And Traslation of Advanced
Therapies
Regulatory framework for innovation
assessment in advanced therapies in Europe

Virginia Arechavala Biocruces Bizkaia Health
Research Institute
A COST network to improve the delivery of
antisense RNA therapeutics

P658

P6 4 4
Myoungjee Choi Hanyang University
A mixed micelle of His-Arg conjugated PAMAM
G2 with cholesterol and Glycyrrhizic acid as
gene delivery system into the lung cells
P6 4 6

Olga Neustroeva Kazan Federal
University
Cytokine profile and immunophenotype of
cytochalasin B induced membrane vesicles

Ilnur Ishmukhametov Kazan Federal
University
Encapsulation of E. coli bacteria cells with
polyelectrolytes as a method of obtaining
microcapsules for targeted drug delivery

Ilnur Ishmukhametov Kazan Federal
University
Hyperspectral microscopy in the
characterization of aluminosilicate halloysite
nanocontainers

Regulatory session

P6 4 2

P 634

P650

Myriam Lemmens Novartis Pharma AG
Transformation potential of CRIPSR/Cas9
based genome editing can be assessed by soft
agar colony formation assay and growth in
low attachment plates
P660
Álvaro Ritoré Hidalgo Andalusian Network
for Design and Translation of Advanced
Therapies
Public healthcare system as key player in
leveraging advanced therapy supply chains
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P 662

P 674

P6 8 4

P694

Diane Seimetz Biopharma Excellence
ATMPs at the transition from nonclinical to
clinical stage: How to smartly mitigate risk and
uncertainties

Fabiola Lora Ulgar Andalusian Network
for Design and Translation of Advanced
Therapies
Safety, feasibility and trends of efficacy of
intravenous injection of autologous adiposederived mesenchymal stromal cells in patients
with amyotrophic lateral sclerosis: A phase I-IIa
multicenter randomized triple blind placebo
controlled trial

Nuria Nieto-Nicolau Barcelona Tissue Bank &
donor center
Good manufacturing production of limbal
stem cells in a tissue bank for clinical
application

Raquel Fernández Pérez CIEMAT/CIBERER,
Madrid
Role play by galectin-1 in regulatory CD4+
T cell therapy for modulation of immune
responses in experimental colitis

P6 8 6

P696

Esther López Centro de Cirugía de Mínima
Invasión Jesús Usón
Efficacy of intracoronary administration of
microencapsulated hepatocyte growth factor
in a reperfused myocardial infarction swine
model

Seung-Bin Yoon Korea Research Institute of
Bioscience and Biotechnology (KRIBB)
Quantitative analysis of spliced X-box binding
protein 1 (XBP1) using universal primer for
quantitative RT-PCR

P 664
Elena Meurer Biopharma Excellence
Preserve and recreate: Manufacturing and
quality development for tissue, gene and cell
therapy products

P 676

Florian Durst Thermo Fisher Scientific
A rapid alternative to culture based
mycoplasma detection

Rocio Sampayo University of California,
Berkeley
Mechanical tuning of adult hippocampal
neural stem cells using light-responsive Rho
GTPases dictates cell fate

P 668

P 678

Liliya Chernova Kazan Federal University
Nontrivial properties of small heat shock
protein IbpA from Acholeplasma laidlawii

Adriano de Marino SR-TIGET, Milan
ISwap: a bioinformatics tool for index
switching detection in vector integration site
studies

P 666

Other
P 670
Jessika Ceiler NCT / DKFZ, Heidelberg
Role of Mitochondria-Associated Membranes
in recombinant AAV mitochondrial integration
and trafficking
P 672
Mercedes Lopez-Santalla CIEMAT/CIBERER,
Madrid
Long-term protective effects of adiposederived mesenchymal stromal cell therapy in
experimental colitis
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P 680
Sandra Laner-Plambeger Department
for Transfusion Medicine, Paracelsus Medical
University Salzburg
Upregulation of mitotic bookmarking
transcription factors may induce enhanced
proliferation of human stromal cells by human
platelet lysate
P 682
Anastasia Efimenko Lomonosov Moscow
State University
Tissue-specific interaction of stromal cells and
endothelium in vitro leads to a distinct pattern
of angiogenic response

P698

P6 8 8

Ruth Rieser Ludwig-Maximilians-Universitat
München
Effect of salt and sugar on the storage stability
of liquid and freeze-dried adeno-associated
virus formulations

Esther López Centro de Cirugía de Mínima
Invasión Jesús Usón
Effects of early intrapericardial delivery of
microvesicles obtained from heart-derived
cells in cardiac function in an experimental
myocardial infarction in swine.

P700
Lucia Dunajova Synthace Ltd, London
Antha – a powerful software solution for the
automated laboratory of the future

P6 9 0
Roke Iñaki Oruezabal-Guijarro Andalusian
Network for Design And Traslation of Advanced
Therapies
External quality control program in advanced
therapies

P702
Paul Foulds Cell Therapy Catapult
Leaders in cryogenic RFID technology

P6 9 2
Nuria Nieto-Nicolau Barcelona Tissue Bank &
donor center
Integrin α6 improves stemness, proliferation
and migration in human mesenchymal stem
cells

P704
Regina Kashapova Kazan Federal
University, Engineering Institute
Electromyographic analysis of the injured limb
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Leader in AAV
Gene Therapy

Building
the future

Charlie, HoFH

Seeking to improve lives through the
curative potential of gene therapy.

Jason, MPS II

Personalised gene-based medicine is entering
the mainstream. It is an area of healthcare bursting
with new ideas around many unmet needs.
We have always seen its potential and are playing
a crucial role in making new curative treatments.
Oxford Biomedica offer tailor-made vector production
solutions for companies around the world seeking
to develop and commercialise innovative gene therapy
products. Discover how our LentiVector® platform
is delivering life-changing gene therapies to patients
by supporting the successful development and
commercialisation of gene and cell-based medicines
for our own products and those of our partners.
oxb.com

Christopher, MPS I

Amelia, CLN2

Learn more at

REGENXBIO.com
© 2019 REGENXBIO Inc.

Geri, Wet AMD

YOUR LENTIVIRUS
SPECIALIZED PARTNER
LENTIVIRAL VECTORS
FOR GENE THERAPY
GMP-SOLUTIONS CDMO
OWN TECHNOLOGY
DEVELOPMENT

T +34 943 308 568
Mikeletegi Pasealekua 81
20009 San Sebastián
Gipuzkoa SPAIN
info@vivebiotech.com
www.vivebiotech.com

SPRING SCHOOL

2020

ESGCT

Highly flexible in terms of
technical adaptation
adjusting to each project
through a customised
approach

Athens, Greece, 6-8 April
An intensive 3-day course for MD and Phd Students, free
of charge for 150 students operated on a first come, first
served basis, giving priority to those who have never
attended a Spring School before
• Outstanding talks by leading experts in the field
• Many opportunities to network with European
leaders in gene therapy
• Pre-event workshops

Your Experts in
GMP Manufacturing
Viral Vectors
Cellular
Products
mRNA
www.biontech-imfs.de
Biontech-imfs_134x94.5mm_2019-07-13.indd 2

Please
visit us at
our
booth

new
production
facility
opening mid
2020
13.07.19 12:39

www.esgct.eu

GENE THERAPY MEETING
HANNOVER, CASTLE HERRENHAUSEN
16-18 MARCH 2020

EDI N BURGH 2 0 2 0
ECR MEETI N G Institute of Child
Health, London, 29 November 2019

office@bsgct.org

HANNOVER 2020
see page 189

dggt.office@dg-gt.de

For further information and future events:

For further information and future events:

www.bsgct.org

MAKING
GENE THERAPY
A CLINICAL REALITY
Jointly organised
by the German Society for Gene
Therapy (DG-GT) and the
Volkswagen Foundation
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GERMANY

UNITED KINGDOM

The European Society of Gene and Cell Therapy has, as its
objective, the promotion of science and research. We love to
support national societies in the gene and cell therapy field.

www.dg-gt.de

CONFIRMED SPEAKERS
Toni Cathomen, David Williams,
Hans-Peter Kiem, Els Verhoeyen,
Adrian Thrasher, Martin Sauer

For further information
and future events:

FRANCE

FINLAND

www.dg-gt.de

www.fsgt.fi

LYON 2020
see page 39
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THE NETHERLANDS

www.sftcg.fr
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MADRID 2020
see page 15
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Public day
Educational session
Delivery and optimizing the cargo
Wolfram Ostertag lecture
iPSC- and stem cell-based cell
therapies
Gene and cell therapy meets
infectious diseases
Gene and cell therapy approaches
for the inner ear
Novel approaches in cancer therapy
Genome editing: On the road towards
the clinic
Clinical translation of gene and cell
therapies
Ethical considerations and challenges
for the future

Global Liquid Nitrogen
Shipping Solutions
For Cell & Gene Therapy

Biocair-owned dewars positioned globally – same day/next day unit supply




Exclusive academic
research collaboration
on Gene Therapies for
liver indications

Supplied ready-to-ship – easy to handle and charged with liquid nitrogen
Door to door service includes rental, charging, positioning and
dewar return included
Temperature controlled environment: -150°C to -196°C
Rigid and lightweight container with multilayer thermal insulation
– no pallet needed for transport
USB temperature monitor included – data can be downloaded after delivery

Weight empty
Weight ﬁlled
Chargeable weight
Size (incl. protective outer case)

Standard Volume

High Volume

5 kg
9 kg
15 kg
38x38x60 cm

15 kg
23 kg
34 kg
55x55x68 cm

Visit the Biocair stand (60) for more information or contact enquiries@biocair.com

Platforms
addressing AAVgene therapy
limitations:
sustainability of
expression

5 PROGRAMS
Innovative preclinical
development for rare liver
metabolic diseases e.g.
Wilson, UCD, PFICs

WILSON DISEASE
FIRST-IN-HUMAN
IN 2020

Building Physicians, Payers &
Patients advocacy groups
networks in Wilson Disease
and other rare metabolic
disorders

STRONG IP POSITION

on gene constructs-AAVs and
platforms

www.vivet-therapeutics.com

THE AMERICAN SOCIETY OF GENE & CELL THERAPY

Challenging the
inevitability of
genetic disease
Spark Therapeutics is building a leading
integrated gene therapy platform as we strive
to turn genes into medicines for patients with
inherited diseases, including inherited forms of
blindness, hemophilia, and other progressive
and debilitating diseases.
We seek to challenge the inevitability of genetic
disease by striving to discover, develop and deliver
treatments in ways unimaginable – until now.

Find out more at sparktx.com, and follow us
on Twitter and LinkedIn.

© 2019, Spark Therapeutics
N-SPK-US-680006-2
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ESGCT 27 ANNUAL CONGRESS IN COLLABORATION WITH SETGYC
TH

Edinburgh 2020
ESGCT 28th Annual Congress
in collaboration with BSGCT

20-23 October 2020
Edinburgh International Conference Centre

22-25 OCTOBER 2019
BARCELONA INTERNATIONAL
CONVENTION CENTRE

