lausanne 2018

ESGCT XXV Anniversary Congress 2017 • Programme

ESGCT_Berlin2017_Cover_4pp.indd 1

Programme

ESGCT, SFTCG and ISSCR Collaborative Congress
16-19 October @ Swisstec, EPFL

28/09/17 8:38 am

Wi-Fi access
Berlin Congress Centre: The bcc and adjacent Haus
des Lehrers form one of the well-known landmarks of
Alexanderplatz. The complex was constructed in the early
1960s by Bauhaus-influenced star architect of the GDR,
Hermann Henselmann. In 1999, this architectural ensemble
was included in the list of most notable Berlin buildings.
Between 2002 and 2004 the buildings were renovated and
modernised under the direction of the Berlin architect
Kerk-Oliver Dahm.
Speaker ready room
C03 (first floor)
Registration and
information desk
For payment and membership
queries and any other
information regarding
the congress and the city:
17 October 08.00–20.00
18 October 07.30–20.00
19 October 07.30–20.00
20 October 08.30–17.00
Social media
www.facebook.com/ESGCT
@ESGCT
@ESGCT

Information board
Delegates may post CVs,
employment opportunities or
information on the designated
board located near the
registration desk.
Abstracts and
delegate list
Electronic copies can be
downloaded from the delegate
resources page in your online
ESGCT account at www.esgct.eu
and the ESGCT17 app.
A limited number of hard-copy
abstract books are available
to purchase for 10 Euros from
the registration desk.

login: ESGCT2017
password: berlin17

Useful numbers
Police: 110
Fire Brigade: 112
Ambulance: 112
Taxi – 24h: +49 30 230 023
Central Lost Property Office:
+49 30 19449
In case of emergency, contact:
Gaëlle Jamar
Tel: +44 7766 475379
Email: office@esgct.eu

Your feedback
We do hope you enjoy the ESGCT
congress 2017. We really value
your feedback about all aspects
of the congress. We would be very
grateful if you could take a few
minutes to complete the online
questionnaire.
You will be sent an email with
the link and information for the
survey during or shortly after the
congress. Once you have completed
the survey, you will receive your
Certificate of Attendance by email
after 1st November.

We could not run this meeting without the help
of all our partners. Thank you!
Diamond Partners

Platinum Partners

Gold Partners

Silver Partners

Bronze Partners
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You can download our official congress app
from the App Store and Google Play or simply
search for ESGCT17 in either store. Use the
app to build a personal schedule, read
abstracts, chat to other attendees, and
make electronic notes.
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On behalf of the
ESGCT and DG-GT,
we welcome you to
the vibrant city of Berlin!
Europe has long been at the forefront of research in
gene and cell therapy and in particular in translating
basic discoveries into clinical applications.
The ESGCT Annual Congress is
the leading European forum for
discussing the latest developments in
the science and technology of gene
and cell therapy and for receiving
updates on groundbreaking clinical
trials. As usual, in addition to the main
scientific programme, we also have
educational sessions for the next
generation of researchers and for
informing the public about our work.
We are also continuing to hold the
ever popular pre-meeting Clinical Trial
and Commercialisation Workshop that
provides an essential primer for those
interested in taking therapies through
to clinical application.
These are exciting times for gene and cell
therapies; the hard, ground-breaking work
on developing technologies is beginning
to pay dividends. We are now witnessing
an increasing number of clinical trials
and the first gene therapy products have
received market authorisation. Gene
therapies for primary immunodeficiencies,
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haemophilia, inherited retinopathy and
adoptive immunotherapy with geneengineered autologous T lymphocytes
to treat cancer are some of the highlights
of our field. As we continue to push
forward with technological innovation,
the conference will provide a snapshot
of current developments in cutting-edge
technologies, including gene editing,
personalised therapies, disease modelling
using iPS cells and aspects of synthetic
biology. There will also be sessions
devoted to the development of vectors
and their manufacture and discussions
about the regulatory framework,
essential for clinical application.

This year’s Congress has a special meaning
for the Society as we celebrate the 25th
anniversary of the founding of ESGCT. The
occasion will also be marked by a special
edition of Human Gene Therapy that will
contain a series of reviews highlighting the
contribution of European researchers to gene
and cell therapy. Today we can be proud of
what we achieved over the past 25 years, so
let us use this meeting to celebrate the 25th
birthday of our Society!
Whilst you are at the meeting, please also take
the opportunity to enjoy Berlin. Just take a
stroll along Unter den Linden, enjoy a leisurely
coffee, take a selfie at the Brandenburg Gate,
and absorb a little history at the Reichstag
building and at Checkpoint Charlie. Our
annual networking extravaganza – the
ESGCT Molecular Mingle – will be hosted in
the Umspannwerk Alexanderplatz and feature
live cooking by German pop-chefs ‘Kochbox’.

This is always a truly entertaining and
memorable evening where everyone attending
the congress comes together to enjoy the best
of what we feel Berlin has to offer.
We hope you find this year’s scientific
programme as exciting as ever and wish you
valuable networking, fruitful exchanges and
a very enjoyable stay in Berlin!

Zoltan Ivics
President of the LOC
Robin Ali
President of ESGCT
Christof von Kalle
President of DG-GT
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Boards
ESGCT board
Robin Ali
President
UNIVERSITY COLLEGE LONDON

Hildegard Büning
Vice President
HANNOVER MEDICAL SCHOOL

Christof von Kalle
Treasurer

Alessandro Aiuti
HSR TIGET, MILAN

Alberto Auricchio
TIGEM, NAPLES

Nathalie Cartier-Lacave
INSERM/ CEA UMR1169, MIRCEN CEA
AND UNIVERSITY PARIS-SUD,
UNIVERSITY PARIS SACLAY

DKFZ / NCT, HEIDELBERG

Vincenzo Cerullo

Juan Bueren
General Secretary

UNIVERSITY OF HELSINKI

CIEMAT / CIBERER-ISCIII, MADRID

Zoltan Ivics
PAUL EHRLICH INSTITUTE, LANGEN

Adrian Thrasher
UNIVERSITY COLLEGE LONDON

Joost van Haasteren
Student Board Member
UNIVERSITY OF OXFORD

Larisa Condurat
Student Board Member
UNIVERSITY OF FREIBURG

Local organising committee
Zoltán Ivics

Zsuzsanna Izsvák

PAUL EHRLICH INSTITUTE, LANGEN

MAX DELBRÜCK CENTRE FOR MOLECULAR
MEDICINE, BERLIN

Thomas Blankenstein
MAX DELBRÜCK CENTRE FOR MOLECULAR
MEDICINE, BERLIN

Christof von Kalle

Erwin Böttinger

Wolfgang Uckert

BERLIN INSTITUTE OF HEALTH

MAX DELBRÜCK CENTRE FOR MOLECULAR
MEDICINE, BERLIN

Hildegard Büning

DKFZ / NCT, HEIDELBERG

HANNOVER MEDICAL SCHOOL

Hans-Dieter Volk

Detlev Ganten

BERLIN-BRANDENBURG CENTRE
FOR REGENERATIVE THERAPIES

CHARITÉ MEDICAL UNIVERSITY BERLIN

DG-GT board
Christof von Kalle
President
DKFZ / NCT, HEIDELBERG

Boris Fehse
President-elect
UNIVERSITY OF HAMBURG

Hildegard Büning
General Secretary
HANNOVER MEDICAL SCHOOL

Toni Cathomen
UNIVERSITY OF FREIBURG MEDICAL CENTRE

Zoltán Ivics
PAUL EHRLICH INSTITUTE, LANGEN

Stefan Kochanek

Ute Modlich
PAUL EHRLICH INSTITUTE, LANGEN

Dirk Nettelbeck
DKFZ, HEIDELBERG

Axel Schambach
HANNOVER MEDICAL SCHOOL

Manfred Schmidt
DKFZ / NCT, HEIDELBERG

Wolfgang Uckert

UNIVERSITY OF ULM

MAX DELBRÜCK CENTRE FOR
MOLECULAR MEDICINE, BERLIN

Christian Kupatt

Ernst Wagner

TECHNICAL UNIVERSITY OF MUNICH

LUDWIG MAXIMILIAN UNIVERSITY, MUNICH
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Let’s make it
happen
Powerful partnerships that are advancing medicine
We are a pioneer of gene and cell therapy, with leading industry
expertise in lentiviral vector and cell therapy research, development
and production. Our LentiVector® delivery system is enabling
novel treatments to succeed against some of the world’s most
challenging diseases.
Discover how lentiVector® Enabled products are supporting
the successful development and commercialisation of gene
and cell-based medicines for our own products and those
of our partners:
oxfordbiomedica.co.uk

ESGCT Excellence Awards
ESGCT Outstanding Achievement
Malcolm Brenner
[BAYLOR COLLEGE OF MEDICINE, HOUSTON, TX]
INV85

T cell immunotherapy: Practice makes perfect?

ESGCT Young Investigator
Rasmus Bak
[STANFORD UNIVERSITY, CA]
OR46

Engineering complex genotypes in primary haematopoietic
cells using Cas9/sgRNA and AAV donor vectors

Travel Grants
P023

Erkko Ylösmäki [UNIVERSITY OF HELSINKI]

P045

Matteo Doglio [SAN RAFFAELE HOSPITAL AND VITA-SALUTE
SAN RAFFAELE UNIVERSITY, MILAN]

P130

Jian Gao [WITTEN/HERDECKE UNIVERSITY]

P048

Anett Pfeiffer [PAUL EHRLICH INSTITUTE, LANGEN]

P157

Yvonne Knopp [HANNOVER MEDICAL SCHOOL]

P165

Carolin Schmelas [HEIDELBERG UNIVERSITY HOSPITAL]

P316

David Salas Gómez [UNIVERSITY OF NAVARRA, PAMPLONA]

P186

Albert Ribera [AUTONOMOUS UNIVERSITY OF BARCELONA-CBATEG]

P222

Hanen Khabou [SORBONNE UNIVERSITY, PARIS]

P336

Magalie Penaud-Budloo [INSERM UMR 1089, NANTES]
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GAINING MOMENTUM
IN GENE THERAPY
. Core capabilities in vector optimization, process

development, assay development and manufacturing

. Robust pipeline focused on the patients
. Potential for long-term treatment beneﬁts

Adverum is a gene therapy company committed to discovering and developing novel medicines
that can oﬀer life-changing beneﬁts to patients who currently have limited or burdensome
treatment options. Adverum is leveraging its next-generation adeno-associated virus
(AAV)-based directed evolution platform to generate product candidates designed to provide
durable eﬃcacy by inducing sustained expression of a therapeutic protein.

Follow ESGCT on Facebook, Twitter and Instagram!
Make sure to use the official congress hashtag
#ESGCT17 to find and share the latest updates,
get in touch or win a prize in our competitions.
Check out the ESGCT booth as well to
meet our Student Board Members, find
out more about the Spring School in
Oxford and the congress in Lausanne
we have planned for 2018, give us
your suggestions, play games, join in
competitions, buy tickets or pick up your
drink tokens for the Molecular Mingle,
get more involved in YOUR society or
just say hi!

Activities
Drop by the ESGCT booth to join
in the social media competitions,
the Vox Populi poster prize for Young
Investigators, or collect your prize if
you are one of the winners!

www.facebook.com/ESGCT

Prizes
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Win Molecular Mingle tickets,
Giant Microbes or one of our other top
secret prizes for:
• The best Congress photo
• The best Berlin photo
• The best Mascot photo
• The most retweeted Congress tweet
• The most liked Instagram pic
Only posts tagged #ESGCT17 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!

Congress mascots
Ampelmann and Ampelfrau are around and
about! Find one of them and take a picture
with them and you may win a prize…

@ESGCT

@ESGCT
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Mole gle
Min

Enjoy a great evening with colleagues and friends
at Berlin’s Umspannwerk Alexanderplatz on
Thursday 19th October from 8.30pm.
Our delegate networking events have become a staple of
our annual congresses, allowing for a fun and exciting
environment in which to meet with your colleagues
and friends.
The Molecular Mingle 2017 takes place in the
‘Umspannwerk Alexanderplatz’, a former electrical substation
from the 1960s which has been redeveloped as an
hased
ot purc n still
event space.
have n
ca
Themed along the modern and edgy street art and
street food, live cooking stations will be hosted by
the famous German pop-up chefs ‘Kochbox’, who
will offer an array of German street food to suit
the environment.
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If you ket yet you 0 Euros
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“Nothing’s impossible”
with the ‘Kochbox’
cook rebels
TV and show cooks Dirk Müller and
Heiko Schulz always develop New Food
- creations and interesting presentations
in ‘Kochbox’, their cooking school in the
heart of Berlin.

How to get there

Umspannwerk

bcc

Radisson Blu

The Molecular Mingle:
What you need to know
Thursday 19th October @ Umspannwerk Alexanderplatz
DJ set on the ground floor dancefloor
2 drink tokens per person to
be collected from the ESGCT booth
Plus: Have some photo fun!
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// Our Focus is on Health //
The Paul-Ehrlich-Institut (PEI), Federal Institute for Vaccines and Biomedicines, is a
world-renowned scientific institute devoted to improving public health by ensuring the
safety and efficacy of vaccines and biomedicines both in Germany and throughout the
world. PEI carries out its mission through scientific research and medicinal product
regulation. Internationally competitive research is carried out in the fields of virology,
microbiology, allergology, immunology, hematology and cell and gene therapy.
>> www.pei.de

Bringing transformative gene therapy to life
Our development programmes focus on
the potential of autologous ex-vivo lentiviral
gene therapy to restore normal gene
function in primary immune deficiencies
including ADA-SCID (adenosine deaminase
severe combined immunodeficiency) and
in inherited metabolic disorders such as
MPS-IIIA (or Sanfilippo syndrome type A).

Learn more on our programs:
info@orchard-tx.com
www.orchard-tx.com

WE ARE
BREAKING BARRIERS
AveXis is relentlessly focused on bringing gene therapy out of the lab
and into the clinical setting.
We are a clinical-stage gene therapy company dedicated to
developing novel treatments for patients suffering from rare
and life-threatening neurological diseases such as spinal
muscular atrophy (SMA).
For more information about AveXis, gene therapy,
or SMA, visit avexis.com.

© 2017 AveXis, Inc. All Rights Reserved.
AVS-S-17-0142

Pembroke College, Oxford, 21-23 March
Don’t miss this unique opportunity to participate in an intensive
three day training course with workshops, sessions, catering and
accommodation all under one roof in one of Oxford’s most beautiful colleges.
Learn from and network with Europe’s current and future leaders in the fields
of gene and cell therapy in the city of dreaming spires.

ESGCT

2018

SPRING SCHOOL

Confirmed speakers include: Alessandro Aiuti, Robin Ali,
Alberto Auricchio, Peter Andrews, Claire Booth, Angela Bradshaw,
Juan Bueren, Hildegard Büning, Nathalie Cartier,
Vincenzo Cerullo, Uta Griesenbach, Sian Harding, Steve Howe,
Zoltán Ivics, Christof von Kalle, Mustafa Munyo, Stuart Nicklin,
Alan Parker, Adrian Thrasher, Rafael Yañez
Themes: Successes and hot topics in gene and cell therapy,
pre-clinical models, vector manufacturing and toxicology
Special sessions: Panel discussions, 3 minute project competition,
public engagement and communication training.

www.esgct.eu/Congress/Spring-School.aspx

in collaboration with

Caring Deeply.
Changing Lives.™
Through cutting-edge science and medicine, Biogen discovers,
develops and delivers innovative therapies worldwide for people
living with serious neurological and neurodegenerative diseases.
Founded in 1978, Biogen is one of the world’s
oldest independent biotechnology companies.

WWW.BIOGEN.COM

we proudly support
the ESGCT and
its members

TRANSFORMING THE LIVES OF PATIENTS
WITH SEVERE GENETIC AND RARE DISEASES
INTEGRATED PRODUCT PLATFORMS
WITH BROAD THERAPEUTIC POTENTIAL

gene therapy

cancer immunotherapy

gene editing

We are leading the gene therapy revolution with integrated product
platforms encompassing gene therapy, cancer immunotherapy and
gene editing - providing us with the potential to deliver one-time
transformative therapies to patients with serious diseases.
Please visit us at www.bluebirdbio.com to learn more.

XXIV.
ANNUAL
MEETING
DG-GT
GERMAN SOCIETY
FOR GENE THERAPY
FREIBURG
26.- 28.09.2018

DG-GT e.V.
Deutsche Gesellschaft
für Gentherapie e.V.

At Editas Medicine,
we’re committed
to harnessing the
power and potential
of genome editing to
develop transformative
medicines for patients
suffering from
serious diseases.

Visit us at
www.editasmedicine.com

Pioneering
Genetic
Cures™

Sangamo Therapeutics is focused on translating ground-breaking
science into genomic therapies that transform patients’ lives.
To learn more about Sangamo, visit www.sangamo.com

International
Oncolytic Virus
Conference

2018

Oxford, 9-12 April
The 11th International Oncolytic Virus
Conference promises to be an exciting
overview of the fast moving field of
oncolytic viruses and a whirlwind tour
of Oxford University’s most beautiful
buildings. Capped at 250 delegates
housed in New College, Oxford, this
meeting will provide ample opportunity
to network and forge collaborations.

Session themes include: Immunotherapy & oncolytic vaccines; Arming for immune stimulation; Combinations with checkpoint inhibitors; Clinical breakthroughs; Translational read-outs in clinical trials; Emerging technologies; Tumor micro-environment; Virus delivery & spread; Virus mechanisms & drug synergies
Plenary Speakers: Malcom Brenner; Leo James; Charles Swanton; Laurence Zitvogel
Other speakers and session chairs include: John Beadle; John Bell; Antonio Chiocca; Robert Coffin;
Kerry Fisher; Noriyuki Kasahara; Martine Lamfers; Brian Lichty; Grant McFadden; Alan Melker; Kay Whye
Peng; Steve Russel; Len Seymour; David Stojdl

For full programme and registration info please go to:
iovc.ada.wats-on.co.uk/Congress.aspx

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

Genethon, created by 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 muscular dystrophies, immune deficiencies, blood
and liver diseases.
These products are developed either with Genethon as sponsor, or in
partnership with private companies and academic institutions.
FOR MORE INFORMATION and details:

www.genethon.fr

© C. Hargoues - C. Helsly - Imagerie, Généthon
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Partners
Diamond
Based in Chicago, Illinois, AveXis is a clinical-stage gene therapy company
dedicated to developing and commercialising novel treatments for patients
suffering from rare and life-threatening neurological genetic diseases.
Our initial product candidate, AVXS-101, is our proprietary gene therapy
product candidate for the treatment of spinal muscular atrophy (SMA).
We are passionately committed to moving gene therapies into the clinical
setting for patients and families devastated by rare and orphan neurological
genetic diseases. With the support of industry and academic alliances, we’re
advancing cutting-edge science in order to treat rare and life-threatening
genetic diseases – starting with our clinical-stage, proprietary gene therapy
candidate, AVXS-101.
www.avexis.com
BioReliance | Merck
As part of Merck KGaA, Darmstadt, Germany, BioReliance® Services is
a key component of the life science services portfolio and the leading
provider of contract services in the biopharmaceutical industry.
BioReliance’s comprehensive and integrated services support every
phase of the testing, development and manufacturing process. With
locations worldwide, BioReliance offers more than 1,000 tests and
complementary services related to biologics safety testing and
specialized toxicology. Our clients include the world’s top producers
of traditional pharmaceuticals, medical devices and chemicals,
as well as biopharmaceuticals.
www.bioreliance.com
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Platinum
Adverum is a gene therapy company committed to discovering and developing novel medicines that can offer life-changing benefits to patients
living with rare diseases or diseases of the eye who currently have limited
or burdensome treatment options. Adverum has a robust pipeline and is
leveraging its next-generation adeno-associated virus (AAV)-based directed
evolution platform to generate product candidates designed to provide
durable efficacy by inducing sustained expression of a therapeutic protein.
Our focus on the patient is supported by clinical development expertise
and core capabilities in vector optimisation, process development,
manufacturing, and assay development.
www.adverum.com
Through cutting-edge science and medicine, Biogen discovers, develops
and delivers worldwide innovative therapies for people living with serious
neurological and neurodegenerative diseases. Founded in 1978, Biogen is a
pioneer in biotechnology, and today the company has the leading portfolio
of medicines to treat multiple sclerosis; has introduced the first and only
approved treatment for spinal muscular atrophy; and is at the forefront of
neurology research for conditions including Alzheimer’s disease, Parkinson’s
disease and amyotrophic lateral sclerosis. Biogen also manufactures and
commercializes biosimilars of advanced biologics.
www.biogen.com
With its lentiviral-based gene therapies, T cell immunotherapy expertise
and gene editing capabilities, bluebird bio has built an integrated product
platform with broad potential application to severe genetic diseases and
cancer. bluebird bio’s gene therapy clinical programmes include its Lenti-D™
product candidate for the treatment of cerebral adrenoleukodystrophy and
its LentiGlobin™ BB305 product candidate for the treatment of transfusion-dependent ß-thalassemia and severe sickle cell disease. bluebird bio’s
oncology pipeline is built upon the company’s leadership in lentiviral gene
delivery and T cell engineering. bluebird bio’s lead oncology programme,
bb2121, is an anti-BCMA CAR T programme partnered with Celgene. bluebird bio also has discovery research programs utilising megaTALs/homing
endonuclease gene editing technologies with the potential for use across
the company’s pipeline.
www.bluebirdbio.com
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Partners
Platinum
MaxCyte’s non-viral delivery platform allows for engineering of nearly all
cell types, including human primary cells, with any molecule, at any scale
for use in drug discovery and development, biomanufacturing, gene editing,
cell therapy, and immuno-oncology. Its consistency and minimal cell disturbance facilitate rapid, clinical and commercial grade cell engineering.
www.maxcyte.com
MolMed S.p.A. is a medical biotechnology company focused on research,
development and clinical validation of novel anticancer therapies. MolMed’s
pipeline includes antitumour therapeutics in clinical and preclinical development: Zalmoxis® (TK), a cell-based therapy; NGR-hTNF, a novel therapeutic agent for solid tumours; CAR-CD44v6, an immuno-gene therapy project;
MolMed also conducts cell and gene therapy projects in collaboration with
third parties, offering resources and expertise covering preclinical to Phase
III trials activities. MolMed is listed on the main market (MTA) of the Milan
stock exchange managed by Borsa Italiana.
www.molmed.com
Oxford BioMedica (LSE:OXB) is a leading gene and cell therapy company
focused on developing life-changing treatments for serious diseases.
The company has built a sector leading lentiviral vector delivery platform
(LentiVector®) through which it continues to develop in vivo and ex vivo
gene and gene-modified therapies products both in-house and with
partners. Oxford BioMedica has entered into a number of key partnerships,
including with Novartis, Sanofi, GSK, Green Cross Lab Cell and Immune
Design. Oxford BioMedica has world-class facilities and capabilities, encompassing the full range of GMP manufacturing and analytical activities
to support preclinical, research and bioprocessing development through to
GMP production and supply of material for clinical trials and commercial
use. The production activities are focussed on the manufacture of lentiviral
vectors from human cell lines, both in adherent and large scale serum-free
suspension culture. Oxford BioMedica is based across several locations in
Oxfordshire, UK, and employs more than 280 people.
www.oxfordbiomedica.co.uk
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Platinum
Spark Therapeutics, a fully integrated company, strives to challenge the
inevitability of genetic disease by discovering, developing, and delivering
gene therapies that address inherited retinal diseases (IRDs), neurodegenerative diseases, as well as diseases that can be addressed by targeting the
liver, such as hemophilia. Spark Therapeutics has ongoing clinical trials
investigating gene therapies in hemophilia A and B. SPK-8011 is in an
ongoing, dose-escalation Phase 1/2 clinical trial as a potential one-time
therapy for hemophilia A. The company retains full global commercialization rights to the SPK-FVIII program. SPK-9001, which has received both
breakthrough therapy and orphan product designations by FDA, and access
to the PRIority MEdicines (PRIME) Program by EMA, is in a Phase 1/2 clinical
trial for hemophilia B and is being developed in collaboration with Pfizer.
Our most advanced investigational candidate, with proposed trade name
LUXTURNA™ (voretigene neparvovec), is currently under Priority Review
with FDA for the treatment of biallelic RPE65-mediated IRD and has been
designated as a drug for a rare pediatric disease. The MAA for LUXTURNA
has been submitted to EMA for the treatment of vision loss due to Leber
congenital amaurosis or retinitis pigmentosa caused by confirmed biallelic
RPE65 mutations. LUXTURNA has received breakthrough therapy and
orphan product designations from FDA and orphan product designations
from EMA. The pipeline also includes SPK-7001 in an ongoing Phase 1/2
clinical trial for choroideremia.
visit www.sparktx.com
Voyager Therapeutics is a clinical-stage gene therapy company focused on
developing life-changing treatments for severe neurological diseases. Voyager is committed to advancing the field of adeno-associated virus (AAV)
gene therapy through innovation and investment in vector engineering and
optimization, manufacturing and dosing and delivery techniques. Voyager’s
pipeline focuses on severe neurological diseases in need of effective new
therapies, including advanced Parkinson’s disease, a monogenic form of
ALS, Huntington’s disease, Friedreich’s ataxia, frontotemporal dementia,
Alzheimer’s disease and severe, chronic pain. Voyager has broad strategic
collaborations with Sanofi Genzyme, the specialty care global business unit
of Sanofi, and the University of Massachusetts Medical School. Founded by
scientific and clinical leaders in the fields of AAV gene therapy, expressed
RNA interference and neuroscience, Voyager Therapeutics is headquartered
in Cambridge, Massachusetts.
www.voyagertherapeutics.com
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Partners
Gold
Editas Medicine is a leading genome editing company dedicated to
treating patients with genetically-defined diseases by correcting their
disease-causing genes. The Company was founded by world leaders in
genome editing, and its mission is to translate the promise of genome
editing science into a broad class of transformative genomic medicines
to benefit the greatest number of patients.
www.editasmedicine.com
Genethon, created by AFM Téléthon, has the mission to make innovative
gene therapy treatments available to patients affected by rare genetic
diseases. To meet this challenge, Genethon has assembled the technical and
human resources needed to accelerate the medical application of scientific
discoveries arising from fundamental research. Strong translational research
programmes engage multi-disciplinary teams and are supported by a
first-rate technological platform. The pipeline of Genethon includes
products currently in international clinical trials and at preclinical stages,
for muscular dystrophies, immune deficiencies, blood and liver diseases.
These products are developed either with Genethon as sponsor, or in
partnership with private companies and academic institutions.
www.genethon.fr/en
Human Gene Therapy is the premier peer-reviewed journal in the field,
and the only journal that focuses on the human aspect of gene therapy.
The unique package is divided into three parts, Human Gene Therapy,
HGT Methods, and HGT Clinical Development, providing 21 issues of
comprehensive, end-to-end coverage of the research, methods, and clinical
developments that are driving today’s explosion of gene therapy advances.
The Official Journal of ESGCT. Come visit us at booth #23.
www.liebertpub.com/hgt
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Gold
The Max Delbrück Center for Molecular Medicine (MDC)
The Max Delbrück Center for Molecular Medicine in the Helmholtz
Association (MDC) was founded in Berlin in 1992. It is named for the
German-American physicist Max Delbrück who was awarded the 1969
Nobel Prize in Physiology and Medicine. The MDC’s mission is to study
molecular mechanisms in order to understand the origins of disease and
thus be able to diagnose, prevent and fight it better and more effectively.
In these efforts the MDC cooperates with the Charité – Universitätsmedizin
Berlin and the Berlin Institute of Health (BIH) as well as with national
partners such as the German Center for Cardiovascular Research and
numerous international research institutions. More than 1,600 staff and
guests from nearly 60 countries work at the MDC, just shy of 1,300 of
them in scientific research. The MDC is financed by the Federal Ministry of
Education and Research (90 percent) and the State of Berlin (10 percent)
and is a member of the Helmholtz Association of German Research Centres.
www.mdc-berlin.de
Rocket Pharma is a clinical-stage gene therapy company with a platform
approach for the treatment of patients with high-unmet need rare diseases.
We leverage lentiviral and AAV transduction strategies towards first-in-class
programs. Hallmarks of Rocket’s vision include: 1) a high threshold for
the selection of quality programs, 2) leverage of deep industry know-how
through a world-class team (Novartis Cell & Gene, Bluebird, BMS, others)
and manufacturing partnerships (MolMed, PCT, others) and 3) a laser
focus on optimizing gene therapy product parameters through a seasoned
scientific approach that de-risks programs as they enter clinical trials.
www.rocketpharma.com
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Sangamo BioSciences, Inc. is focused on the development of genetic therapies based on its zinc finger protein (ZFP) technology platform for genome
editing and gene regulation, and its AAV-cDNA gene therapy platform. In
2016, the company expects to initiate a Phase 1/2 clinical trial for its zinc
finger nuclease (ZFN)-based therapeutic for the treatment of haemophilia
B, which represents the first in vivo genome editing application in man.
Sangamo also plans to file an Investigational New Drug (IND) application to
initiate a Phase 1/2 clinical trial for haemophilia A based on its AAV-cDNA
gene therapy approach. In addition, the company is developing ZFN-based
therapeutics for lysosomal storage disorders, including MPS I (Hurler
syndrome) and MPS II (Hunter syndrome), and has strategic collaborations
with Biogen Inc. to develop therapeutics for sickle cell disease
and beta-thalassemia, and with Shire International GmbH for
Huntington’s disease.
www.sangamo.com
uniQure is delivering on the promise of gene therapy, single treatments
with potentially curative results. We are advancing a focused pipeline of
innovative adeno-associated virus (AAV)-based gene therapies, and have
established clinical proof-of-concept in our lead indication, hemophilia B.
Our vision is to build an industry-leading, fully integrated global company
that leverages its validated technology and manufacturing platform to deliver transformative gene therapy products to patients with serious unmet
medical needs.
www.uniqure.com

34 ESGCT XXV Anniversary Congress

Gold
ZIOPHARM Oncology, Inc. (ZIOP) is a Boston, Massachusetts-based
biotechnology company employing novel gene expression, control and
cell technologies to deliver safe, effective and scalable cell-based therapies
for the treatment of cancer and graft-versus-host-disease (GvHD). The
Company’s immuno-oncology programs, in collaboration with Intrexon
Corporation (NYSE:XON), Merck KGaA (ZIOP, CAR-only), and MD Anderson Cancer Center, include engineered virus for direct in vivo application,
chimeric antigen receptor-modified T cells, T-cell receptor-modified T
cells, regulatory T cells, and natural killer cells. The company has designed
its non-viral- and viral-based gene transfer methods to achieve broad
scalability at reduced costs . This cell-based approach is based on rapidly
generating products from patients (autologous) treatments and third-party
(allogeneic) donors for off-the-shelf therapies. With multiple clinical-stage
programs, the company is evaluating therapies to treat hematological
and solid tumor malignancies, as well as GvHD. The company’s genetic
engineering tools include Intrexon’s proprietary gene control approaches
such as its RheoSwitch® platform and kill switch to advance programs in
multiple stages of development, including a phase III-ready asset.
www.ziopharm.com

ZIOPHARM Oncology

is a company focused on innovative
immunotherapy leveraging multiple gene
therapeutic approaches, including
the non-viral “Sleeping Beauty”
gene delivery system.

ZIOPHARM is a proud supporter
of the XXVth Anniversary Congress
Meeting of the European Society of
Gene and Cell Therapy.
ZIOPHARM Oncology, Inc.

1 First Avenue
Parris Building, #34
Navy Yard Plaza
Boston, MA 02129
617 259 1970 Main
617 241 2855 Fax
info@ziopharm.com

Partners
Silver
AFM (French Muscular Dystrophy Association) has a single objective: to
defeat neuromuscular diseases, which are devastating muscle-wasting
diseases. Created in 1958 by a group of patients and their families, and
recognised as being of public utility in 1976, it has set itself two missions:
curing neuromuscular diseases and reducing the disabilities they cause.
www.afm-france.org
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
Brammer Bio is a contract development and manufacturing organisation
(CDMO) serving companies seeking to develop and commercialise cell and
gene therapies. With an experienced management team and exceptional
scientific expertise and proven manufacturing capabilities we offer the
knowledge and resources necessary to help you deliver innovative cell and
gene-based therapies.
www.brammerbio.com
Cellular Dynamics International, a FUJIFILM company, develops and
manufactures biologically relevant human cells derived from induced
pluripotent stem (iPS) cells. Our iCell® and donor-specific MyCell® Products
are highly pure, highly reproducible, and available in industrial quantity
to enable drug discovery, toxicity testing, stem cell banking, and cell
therapy development.
www.cellulardynamics.com
Cobra is a contract development and manufacturing organisation (CDMO)
supporting the global Cell and Gene Therapy industry in the development
and manufacture of DNA and viral vectors from proof and pre-clinical
through to clinical trials. We provide a comprehensive service offering,
with multi-functional and experienced project teams nurturing customers’
products from pre-clinical through to clinical GMP manufacture. For cell
and gene therapy products we are able to produce DNA (HQ and GMP) and
viral vectors (Adenovirus, AAV and lentiviral vectors).
Cobra has also embarked on a £15m operations expansion to fast track our
customers’ portfolios through to in-market supply.
www.cobrabio.com
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EUFETS (Germany) is a Contract Development and Manufacturing
Organisation specialising in the industrialisation of cell and gene therapy
products (viral vectors, cell products and in vitro transcribed mRNA). Based
on extensive expertise in molecular biology, virology and cell biology as
well as an understanding of the regulatory prerequisites, our GMP experts
support you to develop and manufacture your products in a safe and
cost-efficient way. We offer a complete service spectrum from process and
assay development through clinical trial medication to in-market supply
in our state-of-the-art GMP facility.
www.eufets.com
Finvector is a world leader in the R&D and cGMP manufacture of viral
based gene therapy and cell therapy (KCT) based products, with state of the
art facilities and a highly experienced scientific team working in the therapy
market. We deliver a tailored service to meet and exceed our clients’ needs,
and use our scientific expertise and industry knowledge to help clients take
viral-based products from preclinical through to clinical trials and
commercial launch.
www.finvector.com
GenoSafe is a Laboratory CRO specializing in evaluation of quality, safety
and efficacy of Gene and Cell Therapy Products. We offer support through
research stages to clinical phases I-III : study design, development/
validation of analytical methods , immuno- monitoring and product
testing to control viral vectors batches (rAAV, rHIV, rMLV), preclinical
evaluation , clinical trial and patient follow-up.
Come and visit us at booth 46.
www.genoSafe.com
Sanofi Genzyme, the specialty care global business unit of Sanofi,
focuses on rare diseases, multiple sclerosis, oncology, and immunology.
We help people with debilitating and complex conditions that are often
difficult to diagnose and treat. Our approach is shaped by our experience
developing highly specialised treatments and forging close relationships
with physician and patient communities. We are dedicated to discovering
and advancing new therapies, providing hope to patients and their
families around the world.
www.sanofigenzyme.com
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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
Molecular Therapy, the official flagship journal of the American Society
of Gene & Cell Therapy, is the leading international journal for basic,
translation and clinical research in the areas of gene and cell therapy.
The journal covers gene transfer, vector development and design, stem
cell manipulation, development of gene-, peptide-, protein-, oligonucleotide-, and cell-based therapeutics to correct genetic and acquired diseases,
vaccine development, pre-clinical target validation, safety/efficacy studies,
and clinical trials. The Molecular Therapy family of journals also includes
the open-access online sibling journals MT-Nucleic Acids, MT-Oncoloytics,
and MT-Methods and Clinical Development. Publishing important peerreviewed research and cutting-edge reviews and commentaries, the
journals continue to attract the best material in the field.
www.cell.com/molecular-therapy-family/home
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Development of an innovative gene therapy platform to cure rare
hereditary muscle disorders (€6 million; 4 years), is an
EU-wide-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. The objectives of MYOCURE are:
(1) To boost gene transfer and expression using muscle-specific vectors,
(2) To minimize undesirable immune reactions and to validate the efficacy
and safety of the innovative vector platform technology in preclinical MTM
and GSD II animal models, (3) To develop a scalable GMP-like manufacturing process for subsequent GLP toxicology studies, (4) To apply for an
orphan drug designation for the innovative advanced therapy medicinal
product (ATMP), (5) To consolidate a Phase I gene therapy clinical trial in
patients suffering from MTM and GSD II. This project has received funding
from the European Union’s Horizon 2020 research and innovation programme under grant agreement No. 667751.
www.myocure.eu
Orchard Therapeutics is a clinical-stage biotechnology company with operations in London and the United States and dedicated to transforming the
lives of patients with rare disorders through innovative gene therapies.
www.orchard-tx.com
The Paul-Ehrlich-Institut (PEI), Federal Institute for Vaccines and Biomedicines, is a world-renowned scientific institute devoted to improving public
health by ensuring the safety and efficacy of vaccines and biomedicines
both in Germany and throughout the world. PEI carries out its mission
through scientific research and medicinal product regulation. Internationally competitive research is carried out in the fields of virology, microbiology,
allergology, immunology, hematology and cell and gene therapy.
www.pei.de
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Pfizer and Rare Diseases: Rare diseases are among the most serious of all
illnesses and impact millions of patients worldwide, representing an opportunity to apply our knowledge and expertise to help make a significant
impact in addressing unmet medical needs. The Pfizer focus on rare diseases
builds on more than two decades of experience, a dedicated research unit
focusing on rare diseases, and a global portfolio of more than 20 medicines
approved worldwide that treat rare diseases in the areas of hematology,
neuroscience, inherited metabolic disorders, pulmonology, and oncology.
Pfizer Inc: 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.
Every day, Pfizer colleagues work across developed and emerging markets to
advance wellness, prevention, treatments and cures that challenge the most
feared diseases of our time. Consistent with our responsibility as one of the
world’s premier innovative biopharmaceutical companies, we collaborate
with health care providers, governments and local communities to support
and expand access to reliable, affordable health care around the world. For
more than 150 years, Pfizer has worked to make a difference for all who
rely on us.
www.pfizer.co.uk
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 licensees are applying the NAV Technology
Platform in the development of a broad pipeline of product candidates in
multiple therapeutic areas.
www.regenxbio.com
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Commercial stable cell line development for biopharmaceutical production
and gene therapy is a high value process which is inherently expensive and
historically takes a significant amount of time.
Solentim® has established itself over the past 7 years as a significant leader
and innovator of new products in the cell line development arena.
With the need for increased amount of materials needed for clinical studies,
many gene therapy companies are needing to develop stable ‘packaging’
and ‘producer’ cell lines
Our Cell Metric® product range of bright field imaging stations has a large
global installed base of customers, and we are recognised as a leader for
documenting proof of clonal origin for MCBs in filings to the regulators.
We have also introduced a new single cell seeding system called VIPS™, for
customers that are looking for a simpler, more reliable alternative to FACS/
limiting dilutions.
www.solentim.com
TiGenix NV is an advanced biopharmaceutical company developing
novel therapies for serious medical conditions by exploiting the antiinflammatory properties of allogeneic, or donor-derived, expanded
stem cells.
TiGenix lead product, Cx601, has successfully completed a European Phase
III clinical trial for the treatment of complex perianal fistulas - a severe,
debilitating complication of Crohn’s disease. Cx601 has been filed for
regulatory approval in Europe and a global Phase III trial intended to
support a future U.S. Biologic License Application (BLA) started in 2017.
TiGenix has entered into a licensing agreement with Takeda, a global
pharmaceutical company active in gastroenterology, under which Takeda acquired the exclusive right to develop and commercialize Cx601 for
complex perianal fistulas outside the U.S. TiGenix’ second adipose-derived
product, Cx611, is undergoing a Phase I/II trial in severe sepsis - a major
cause of mortality in the developed world. Finally, AlloCSC-01, targeting
acute ischemic heart disease, has demonstrated positive results in a Phase
I/II trial in acute myocardial infarction (AMI). TiGenix is headquartered in
Leuven (Belgium) and has operations in Madrid (Spain).
www.tigenix.com
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Your Contract Service Provider for Advanced Therapy Medicinal Products
(ATMP) in Berlin, Germany.
Your analytical partner for: Non-clinical drug development; Clinical drug
development; Independent contract research.
Accelero is: Good Laboratory Practice (GLP) certified; Compliant to ICH
GCP regulations; Approved as BSL-2 laboratories for genetic engineering,
microbiology and cell culture;Registered for the import of animal products
from non-EU origins.
Accelero provides: Validated qPCR assays for regulatory biodistribution
studies; ELISA; Flow cytometry; Microarray biomarker screening; Cell culture
and microbiology; Immunology assays; Bioanalytical consulting; GLP
training program.
Accelero applies for: Pharmacokinetic and toxicokinetic characterization;
ATMP biodistribution; Impurity tests; Formulation analysis;
Pharmacodynamics; Biomarker research; Cell-based assays;
Cloning and gene expression analysis.
www.accelero-bioanalytics.com
apceth Biopharma - The cell engineering company!
Proprietary Technology & Products:
• Leader in the development of cell-based gene therapies
• Genetically engineered mesenchymal stem cell (MSC) therapeutics
• Product 1 - Immunomodulation: GvHD, Diabetes T2, IBD, COPD
• Product 2 - Immuno-oncology: Glioblastoma, solid cancer
• The first clinical trial worldwide with genetically engineered MSC
Contract development & management (CDMO):
• Reliable, experienced and high performance partner
• Complex cell-based and gene therapy products (ATMPs)
• Process, product and assay development
• GMP manufacturing and logistics
• GMP-certified since 2010.
www.apceth.com
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BioNTech is Europe’s largest privately held biopharmaceutical
company pioneering the development of individualized therapies for
cancer and other diseases. The company combines all building blocks for
individualized immunotherapy under one roof – from diagnostics and
drug development to manufacturing. Its cutting-edge technologies range
from individualized mRNA-based medicines through innovative chimeric
antigen receptors and T-cell receptor-based products to novel checkpoint
immunomodulators. BioNTech’s approach is validated by five top-tier
corporate partnerships with Genentech, Genmab, Eli Lilly and Company,
Sanofi and Bayer Animal Health. Founded in 2008, BioNTech’s financial
shareholders include the MIG Fonds, Salvia and the Strüngmann Family
Office, with the latter as the majority shareholder.
www.biontech.de
Kite is a biopharmaceutical company engaged in the development of innovative cancer immunotherapies with a goal of providing rapid, long-term
durable response and eliminating the burden of chronic care. The company
is focused on chimeric antigen receptor (CAR) and T cell receptor (TCR)
engineered cell therapies designed to empower the immune system’s ability
to recognize and kill tumors. Kite is based in Santa Monica, CA.
www.kitepharma.com
LOEWE Center for Cell and Gene Therapy Frankfurt
The Center for Cell and Gene Therapy Frankfurt has been established in
2011 to foster the development of advanced therapy medicinal products in
the areas of hematology, immunology and cardiology. The center, which is
funded by the “Hessisches Ministerium für Wissenschaft und Kunst”, brings
together research groups from the University Medical Center, the GeorgSpeyer-Haus, the Paul-Ehrlich-Institute, the Institute of Transfusion Medicine and the Max-Planck Institute for Heart and Lung Function generating
a center of excellence in regenerative medicine. The aim of the center is to
bring innovative therapeutic concepts into clinical application.
Six different research areas are essential for the LOEWE-CGT:
1. regenerative medicine
2. stem cell transplantation and immunotherapy
3. stem cell therapy
4. cardiovascular disease
5. signal transduction and stem cell biology
6. risk analysis
www.cgt-frankfurt.de
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BOOTH 32: Aldevron is a recognised leader in contract manufacturing
and development services for nucleic acids, proteins and antibodies.
Founded in 1998, we provide companies with essential components
for research, clinical and commercial applications. Our products have
supported numerous programmes in gene therapy, cell therapy and
regenerative medicine from the bench to the bedside. Aldevron’s services
include GMP-Source™ and GMP plasmid manufacturing, linear DNA and
mRNA production, gene synthesis, RNA synthesis enzymes and fully human
and recombinant antibody generation. Our collaborative approach and
commitment to providing quality materials allow us to meet precise
client requirements and provide innovative solutions to advance science.
Aldevron’s headquarters is in Fargo, North Dakota and has facilities in
Madison, Wisconsin and Freiburg, Germany.
www.aldevron.com
BOOTH 40: ALS CellCelector™ is the only system which enables automated

isolation of single cells, clusters, adherent cell colonies or colonies grown
in 3D semi-solid media. It’s an ideal system for (i) automated clonal picking
of newly derived iPSC colonies, (ii) single cell or colony isolation for genome
editing, and (iii) automated picking of hematopoietic stem cell colonies.
Isolated colonies or single cells can be deposited into a variety of destination plates for downstream culturing or molecular characterisation
(qPCR, sequencing…). CellCelector combines bright field, phase contract
or fluorescence imaging, sensitive cell/colony detection technology and
patented robotics picking tools. The system can be also used for stem
cell culture monitoring and be integrated into a fully automated stem
cell production facility.
www.als-jena.com
BOOTH 4: ArcticZymes has a rich history leveraging its access to the marine

Arctic; identify novel cold-adapted enzymes for use in molecular research,
diagnostics, and bioprocessing.
ArcticZymes’ products are firmly entrenched in the molecular research
and diagnostic arena; as both standalone enzymes and unique components
in the kits of our commercial partners. We have developed strong relationships with OEM partners and individual researchers alike with the strategic
intent to expand our enzyme portfolio and the application of each unique
product.
ArcticZymes has recently launched a novel Salt Active Nuclease that is
successfully being used by producers of viral vaccines in gene therapy.
This nonspecific, recombinant endonuclease has optimum activity at high
salt concentrations, which can improve efficiency and yield in various
workflows.
www.arcticzymes.com
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BOOTH 11: ASEPTIC TECHNOLOGIES provides a technology for cGMP
aseptic fill and finish for ATMP (AT-Closed Vial® Technology), combining:
• The Closed Vial, ensuring 100% of Container Closure Integrity during
cryostorage and ultimate sterility assurance through all process. Supplied
ready-to-fill and closed.
• The Filling Equipment, robust and scalable solution, performing only 3
operations: filling by piercing, sealing and capping. Available in manual
and automated modifications.
Our technology is for years widely used for cGMP filling of ATMPs, since it
enables maximum safety during filling, cryostorage, shipping and administration; allows minimizing the Cost of Goods and an easy scaling-up.
An Automated Thawing Device for AT-Closed Vials® is available for
standardization of the administration.
www.aseptictech.com
BOOTH 2: The leader in scalable, cGMP compliant, ultracentrifugation
solutions for process development and production level manufacturing.
AWST scalable ultracentrifugation solutions reliably and efficiently purify
viral vectors and virus like particles for development and manufacture of
vaccines and other bio-products. Successful AAV purification has been
achieved with yields of 55%, recovery rates to 50%, and dramatically
reduced turnaround time as compared to conventional column purification.
Systems are available for research, pilot scale production, and full
scale manufacturing. With over 50 years of experience in the design,
manufacture and service of continuous flow ultracentrifuges, AWST
is the choice when looking for an experienced supplier.
In addition to ultracentrifugation, AWST offers a fully automated system for
fluid handling and fractionation in a self-contained, mobile work station.
System design supports pinch valves for fluid routing, pumps for flow and
direction, an inline refractometer for fractionation/monitoring and disposable flow, pressure and temperature transducers for process monitoring.
www.awst.com
BOOTH 18: BIA Separations is the leading developer and manufacturer of

CIM® (Convective Interaction Media) monolithic chromatographic columns
for production, purification, and analytics of large biomolecules. Our highly
skilled team has more than 2 decades of accumulated knowledge in
Downstream Processing and HPLC Analytics.
CIM® monolithic columns stand for elaborate design providing high
efficiency, high speed, and high yield in downstream processing of viruses,
VLPs, phages, pDNA, and large proteins. CIM® monolithic columns are
distinguished for their flow independent performance, resulting in fast
separation, concentration, purification, removal and analytics.
Our mission is to develop and produce CIM® monolithic columns of the
highest quality, and to provide superior method development services for
Purification and HPLC Analytics of biopharmaceuticals.
www.biaseparations.com
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BOOTH 42: Bio-Techne brings together some of the most referenced brands

in life science - R&D Systems, Novus Biologicals, Tocris Bioscience, and
ProteinSimple providing innovative, high-quality research tools, including:
• Bioactive proteins – R&D Systems premiere bioactive proteins
• Application-qualified Antibodies – a diverse and extensive analyte
selection from Novus and R&D Systems
• Immunoassays – Legendary R&D Systems Quantikine ELISAs, our huge
selection of Luminex Assays and cost effective Proteome Profiler Arrays.
• High quality small molecules – a unique collection of over 3,500 Tocris
reagents
Together we are Bio-Techne. Find out how we can be your partner and help
you attain your research goals by visiting our stand.
www.bio-techne.com
BioReliance

BOOTH 25: BioReliance® Services

See Merck – page 28
www.bioreliance.com
BOOTH 19: Brammer Bio

See page 36
www.brammerbio.com
BOOTH 47: Caltag Medsystems provide Life Science and Drug Discovery
scientists with a portfolio of over 200,000 high quality research and
diagnostic reagents across Europe. Our Cell Culture portfolio ranges from
primary cells, stem cells, cell lines and media to skin, fresh animal brains,
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
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BOOTH 28: CellGenix is a leading global supplier of high quality

reagents and tools in the expanding market of cell and gene therapy and
regenerative medicine.
As the first company to obtain a GMP manufacturing authorization for cell
processing in Europe, CellGenix has more than 20 years of expertise in the
development and GMP manufacturing of cell therapy products. Our products are used worldwide in clinical trials by academia and industry partners.
To ensure a seamless transition from research to commercialization we offer
our customers a comprehensive product portfolio together with expert
regulatory and technical support. Included in our product portfolio are
cytokines, serum-free media and closed cell culture systems. Our products
combine a maximum of quality and safety with excellent performance
due to the state-of-the-art production, stringent in-house quality control
and comprehensive documentation. All these factors help to simplify
qualification and validation for your market authorization.
CellGenix operates a state-of-the-art GMP facility for production of
recombinant proteins and cell processing in Freiburg, Germany. A subsidiary
is located near Boston in Portsmouth, NH/USA.
www.cellgenix.com
BOOTH 7: Cellular Dynamics International
See page 36
www.cellulardynamics.com
BOOTH 20: CEVEC is a center of expertise for the production of
biopharmaceuticals using a unique human cell-based production system.
CAP-GT is a regulatory endorsed expression platform for scalable viral
vector production. CEVEC has successfully developed CAP-GT suspension
cell-derived viral packaging cell lines 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
a broad viral propagation spectrum. Gene therapy vectors such as lentivirus
(LV), adenovirus (AV) and adeno-associated virus (AAV) can be produced at
industrial scale.
www.cevec.com
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BOOTH 39: ChemoMetec develops, manufactures and sells high quality automated Image Cytometer’s within cell counters, which as the only ones on
the market can count and analyse aggregated cells, adipose derived stem
cells, cells growing on microcarriers with the highest precision. We also
offer advanced cell analysers to help streamline processes for maximum
efficiency. Our instruments are widely used in fields such as cancer research,
stem cell research, production and quality control of a number of products
such as pharmaceuticals, beer, animal semen and milk. We have specialised
assays for aggregated cells, cells growing on microcarriers and adipose
derived stem cells. 21 CFR Part 11 is also valued highly to have the highest standards. Our products are held in high regard because of their high
quality and precision as well as the ‘ease of use’ advanced cell analysis. We
value our customers; Therefore our policy is “no hidden costs” - no service
agreements, high level of support and free software updates.
www.chemometec.com
BOOTH 22: Cobra

See page 36
www.cobrabio.com
BOOTH 37: Delphi Genetics develops innovative technologies and provides
services in (i) production of plasmid DNA (pDNA) and recombinant proteins
and (ii) antibody development.
The Staby® technology was developed to replace the antibioticresistance gene by a selection system that uses two natural bacterial genes.
The technology is already used successfully for industrial productions in
E. coli of recombinant proteins and pDNA to achieve higher yields using
antibiotics-free media. The Staby® technology meets the regulatory
guidelines for the use of plasmid DNA in gene therapy (naked plasmid
DNA and for the production of recombinant viruses). Additionally, the
technology guarantees plasmid stability during production scale-up
and increases production efficiency.
The company developed a complete single-use process for GMP-compliant
productions of plasmid DNA and collaborates on projects at all stages of
development from R&D to clinical phases with or without technology.
The company has its own facilities for productions in R&D, High Quality
and GMP.
www.delphigenetics.com

48 ESGCT XXV Anniversary Congress

BOOTH 26: Eufets
See page 37
www.eufets.com

BOOTH 15: EuroClone® is located in Italy. The Corporate Headquarters co-

ordinate the activities of 2 satellite sites as well as the sales efforts of more
than 70 Distributors worldwide, covering the most significant countries
throughout 5 continents. EuroClone® is virtually able to meet all needs, in
terms of reagents, equipment and know-how, which may arise in any of
the following markets: Biotechnology and Diagnostics Medical Devices. The
laboratory for Regenerative Medicine is the core of Euroclone group’s R&D
and includes scientists with expertise in cell biology, stem cells manipulation and development of protocols in compliance to GMP regulation.
At the top of the range, particularly noteworthy, is the ISOCell PRO Cell
Therapy Isolator. EuroClone®, with ISOCell, can be the answer to your needs
by providing a streamlined workflow environment reducing the set up and
running costs of cell therapy products preparation: a clean room in 1 m2
leading regenerative medicine for everyone
www.euroclonegroup.it
BOOTH 24: Finvector

See page 37
www.finvector.com
BOOTH 1: GeneWerk GmbH is a German startup company. The team
has long-lasting experience in the area of hematology, oncology and
virology with focus on integration site analysis, sequencing and bioinformatics. GeneWerk provides quality controlled custom-tailored service
based on 20 years of experience in the field of gene therapy, gene editing,
immunotherapy and related areas.
www.genewerk.de
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BOOTH 16: GenIbet Biopharmaceuticals, together with iBET, is your

CDMO of choice, offering highly specialized microbial, cell culture and
viral propagation process development and cGMP manufacturing services
to research groups, biotech and pharma companies. This, combined with
in-house fill and finish capabilities, gives our clients the opportunity to go
from bench to clinic in one facility.
With more than 25 years of experience, iBET has a strong know-how in
recombinant proteins, bacterial and viral vaccines, virus like particles, stem
cells and viral vectors for gene therapy (including retro-, lenti-, baculo-,
adeno- and adeno-associated viruses).
iBET’s core activity expands from the development and scale-up of Biotechnological processes to cGMP analytical services, including Methods
Development, Implementation and Validation.
GenIbet’s core activity is the manufacture and supply of materials for
use in early stage drug development, pre-clinical studies and cGMP
manufacturing up to Phase III.
www.genibet.com | www.ibet.pt
BOOTH 29: Genosafe

See page 37
www.genoSafe.com
BOOTH 27: GSK – one of the world’s leading research-based pharmaceutical and healthcare companies – is committed to improving the quality of
human life by enabling people to do more, feel better and live longer.
www.gsk.com
BOOTH 23: Human Gene Therapy

See page 32
www.liebertpub.com/hgt
BOOTH 3: IntelliCyt, A Sartorius company is the market leader in

suspension-cell analysis platforms for immunology and immuno-oncology
profiling, antibody discovery, and screening of immune targets in drug
discovery and translational research. The iQue Screener platform is an
integrated instrument, software and reagent system that enables rapid,
high content, multiplexed analysis of cells and beads in suspension to gain
a better understanding of normal and disease processes. IntelliCyt product
portfolio includes the iQue® Screener PLUS family of instrument, MultiCyt®
Reagents for cell and bead based analysis and ForeCyt® Software for data
analysis and visualization.
www.intellicyt.com
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BOOTH 35: KLIFO provides consulting and operational services in areas
of CMC, clinical research, pharmacovigilance, clinical trial supply, regulatory
affairs, and the development of pharmaceutical and biotech products and
medical devices – and has done so since 1994.
With a highly-knowledgeable team of experts with hands-on experience
from the pharmaceutical industry, biotech and medical device companies,
we deliver solutions that meet each client’s specific needs. KLIFO is based in
Copenhagen, Denmark and we work for clients across the world. Our
flexibility and broad coverage allows you to easily select the relevant
competencies with one provider.
One of our key areas of interest is cancer immunotherapy. We are here
actively involved in the drug development for several biotechnological
companies primarily in the Scandinavian region at various stages of
development.
www.klifo.com
BOOTH 14: Lonza offers world-class technology platforms in the areas

of GMP cell culture and viral-based therapeutic manufacturing, custom
bio-therapeutic culture media, a large selection of primary and stem cells
and a full line of custom bioassays.
Our extensive experience in cell therapy process optimisation and scale-up
innovation helps clients to safely and effectively advance their products
through all phases of the commercial pipeline and maximise their return on
investment. Our new viral-based therapeutics group provides viral vaccine
manufacturing as well as viral vector mediated gene therapies.
Our staff can design, develop and implement a manufacturing process that
meets your autologous or allogeneic therapeutic applications.
www.lonza.com
BOOTH 44: The Max Delbrück Center for Molecular Medicine (MDC)
See page 33
www.mdc-berlin.de
BOOTH 9: MaxCyte
See page 30
www.maxcyte.com
BOOTH 25: BioReliance® Services

See page 28
www.bioreliance.com
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Exhibitors
BOOTH 12: 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. This integrated portfolio enables scientists
and clinicians to obtain, analyze, and utilize the cell. Our technologies cover
techniques of sample preparation, cell isolation, cell sorting, flow cytometry,
cell culture, molecular analysis, and preclinical imaging. Our more than 25
years of expertise spans research areas including immunology, stem cell
biology, neuroscience, and cancer, and clinical research areas like hematology, graft engineering, and apheresis. In our commitment to the scientific
community, we also offer comprehensive scientific support, consultation,
and expert training. Today, Miltenyi Biotec has more than 1,400 employees
in 25 countries – all dedicated to helping researchers and clinicians around
the world make a greater impact on science and health.
www.miltenyibiotec.com
BOOTH 17: Molecular Therapy
See page 38
www.cell.com/molecular-therapy-family/home

BOOTH 10: Myocure
See page 39
www.myocure.eu
BOOTH 43: NHS Blood and Transplant (NHSBT) is a national organisation
within the NHS dedicated to saving and improving lives through the wide
range of services we provide to the healthcare community. The Cellular and
Molecular Therapy (CMT) function of NHSBT offers broad experience and
expertise in novel stem cell therapies, processing technologies and gene
therapy-based treatments and research. We have three MHRA licensed
Advanced Therapy Units providing GMP cell therapy manufacture and a
further four laboratory sites with HTA licences. Our Clinical Biotechnology
Centre specialises in the manufacture of plasmid DNA and novel recombinant proteins. MHRA licensed and fully GMP compliant, CBC operates from
a production suite comprising multiple segregated rooms for processing
and final fill. NHSBT offers strength in specialist manufacturing, scientific
skills, translational experience, regulatory expertise and distribution in
support of cellular and molecular therapies. We welcome partnerships with
clinical, academic and commercial organisations within this developing
field. cmt@nhsbt.nhs.uk
www.nhsbt.nhs.uk
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BOOTH 8: Novasep is a CDMO specialised in the production of virus and

viral vectors (AAV, AdV, LVV, HSV) for gene therapy and vaccination. With
more than 15 years of experience, Novasep offers its expertise in cell
culture, purification and fill & finish operations using high technologies. All
along customer project, Novasep provides QC development and validation
services as well as stability studies according to the ICH guidelines. From
process development to commercial production, Novasep is committed to
the success of its customers.
www.novasep.com
BOOTH 30: Oxford BioMedica
See page 30
www.oxfordbiomedica.co.uk
BOOTH 36: Oxford Genetics is a synthetic biology company taking
an engineering approach to DNA, virus and cell line design, optimization
and development. The business has a number of technologies enabling the
delivery of complex solutions for the life sciences, including proprietary
plasmids for protein manufacture, and improved lentivirus production
systems for gene therapy applications. These systems include proprietary
promoters to maximize yield and have been developed using proprietary
bioinformatics software for gene optimization. Our proprietary bioinformatics and DNA design algorithms are designed to improve recombinant
protein expression. Oxford Genetics Ltd has a track record of delivering
DNA design and cell line development projects for the improved
production of antibodies, vaccines and viruses.
www.oxfordgenetics.com
BOOTH 13: Pall Life Sciences 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.
www.pall.com
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Exhibitors
BOOTH 45: 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 full-segregated 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.
paragonbioservices.com
BOOTH 48: The Paul-Ehrlich-Institut

See page 39
www.pei.de
BOOTH 33: PeproTech creates the building blocks of your life science

research by manufacturing high-quality products that advance scientific
discovery and human health. Since 1988, we have grown into a global
enterprise with state-of-the-art manufacturing facilities in the US, and
offices around the world.
With over 2,000 products PeproTech has developed and refined innovative
protocols to ensure quality, reliability and consistency. Our mission is to
provide the highest quality products and premium support that address the
needs and demands of today’s scientists and researchers. We pride ourselves
on being a trusted partner within the scientific community.
Our products:
• Comprehensive line of Cytokines and Antibodies
• GMP Cytokines for Cell, Gene and Tissue Therapy
• Animal-Free Cytokines
• ELISA Development Kits
• Cell Culture Media Kits / Supplements
www.peprotech.com
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BOOTH 21: PlasmidFactory GmbH & Co. KG, based in Bielefeld, Germany,
is the leading contract manufacturer of plasmid and minicircle DNA. The
company offers the production of plasmids and minicircles in several
quality grades: Research Grade and ccc Grade for research purposes and
pre-clinical applications, High Quality (HQ) Grade as starting material for
e.g. GMP production of RNA and viral vectors and GMP Grade for clinical
applications. PlasmidFactory has its own separate, dedicated HQ production
area with new laboratories to produce highly purified plasmid DNA. To
avoid cross-contamination, only one plasmid per time is produced there.
Besides production of individual plasmids and minicircles, In Stock products
that are deliverable immediately off the shelf, are also provided: e.g. reporter genes (gfp, lacZ, luc), AAV Helper & Packaging vectors (pDG/pDP family,
several serotypes) or pEPI plasmids (containing S/MAR elements).
www.PlasmidFactory.com
BOOTH 46: Polyplus-transfection applies its 15+ year expertise in
transfection to the development of novel transfection reagents for
bioproduction with PEIpro, the unique PEI optimized for large scale
Transient Gene Expression, and FectoPRO for high protein yields, R&D
applications (jetPEI, jetPRIME, jetMESSENGER), and in vivo delivery
(in vivo-jetPEI and GMP grade reagents).
www.polyplus-transfection.com
BOOTH 5: SIRION Biotech is world leader for innovating virus vector
technologies and provides custom services to academic and industrial
partners worldwide. SIRION is the only company mastering all 3 major
virus types (LV, AV and AAV) that are used regularly for genetic
manipulation of cell systems, whether for in vitro or in vivo purposes.
Within the biotechnology sector SIRION cater to a number of research
and development projects, most prominently in therapy development,
e.g. gene and CAR-T cell therapy fields. For development of new cancer
immunotherapies, SIRION Biotech has developed a universal adjuvant –
LentiBOOST TM that can increase T- and B-cell transduction significantly.
SIRION offers full customized service for or gene therapy R&D by
optimize AAV tissue specificity and improve the immunogenic profile.
SIRION’s project oriented focus on optimization of vector technologies
makes us the perfect partner to strengthen your R&D of new therapies.
www.sirion-biotech.com
BOOTH 6: Solentim®
see page 41
www.solentim.com
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T H E O FFI C I A L J O U R N A L O F

FREE Copies
at Mary Ann Liebert Inc. booth #23
Special German Gene Therapy Research Issue
GUEST EDITORS: CHRISTOF VON KALLE, MD, BORIS FEHSE, PHD,
AND HILDEGARD BÜNING, PHD

and ESGCT 25th Anniversary Special Issue
GUEST EDITOR: HILDEGARD BÜNING, PHD

Liebertpub.com/HGT

Exhibitors
BOOTH 41: STEMCELL Technologies Inc. is a biotechnology company that

develops specialty cell culture media, cell isolation systems and accessory
products for life science research. Driven by science and a passion for quality, STEMCELL supports the advancement of scientific research around the
world with our catalogue of more than 2000 cell biology research tools.
www.stemcell.com
BOOTH 38: Synthego is a leading provider of genome engineering solutions.

Our flagship product, CRISPRevolution, is a portfolio of synthetic guide RNA
designed for CRISPR genome editing and research. Synthego’s vision is to
bring precision and automation to genome engineering, enabling rapid and
cost-effective research with consistent results for every scientist.
www.synthego.com
BOOTH 34: VIVEbiotech is a GMP Contract Development and Manufacturing

Organization (CDMO) specialized in Lentiviral vectors.
VIVE is focused on the manufacture of Research, Preclinical toxicology and
GMP-grade lentiviral vectors.
Sealed as Excellence Centre by European Union, VIVE is currently working
with Companies based both in Europe and USA being our main interest
adapting to Customer requirements considering also planning and timelines
related issues.
Additionally, VIVE has developed LENTISOMA’s technology, a nonIntegrative lentiviral episomal replicative vector whose main advantage
is associated to Safety-related aspects.
www.vivebiotech.com
BOOTH 31: Xendo is a leading consultancy and project management

organisation in the fields of (bio)pharmaceutical products, medical
devices and healthcare. We bring our palette of services to companies,
ranging from start-ups to multi-national organizations, to provide them
with robust solutions. Whether they are a (bio)pharmaceutical or medical
device company, a hospital or a pharmacy, a manufacturer or a laboratory,
we match their colour.
For over 25 years, we have successfully completed thousands of national
and international assignments for start-ups as well as for the largest,
established multinational companies and organisations. Over 220
experienced and highly educated professionals offer their expertise
ranging from strategic advice and project management to auditing,
operational support and training; providing a full-colour spectrum.
www.xendo.com
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Accelerating Your Discovery,
Development and Manufacturing of
Cell-based Medicines
From concept to care, our delivery platform for cell
engineering helps you harness the power of the cell.

•

The only cell engineering solution that scales from
bench to bedside

• Non-viral delivery platform for
immuno-oncology, gene editing and
regenerative medicine applications
• Generate cell therapies with enhanced
potency and efficacy
• Increase safety with minimal
toxicity
• Clear regulatory pathway for
streamlined development
• 40+ partnered programs making cell therapy a
reality

Any Cell. Any Molecule. Any Scale.®

Harness the power: MaxCyte.com/accelerate-therapy

TARGETING HEMOPHILIA B WITH
INNOVATIVE GENE THERAPY.1

Our gene therapy technology uses a vector based on adeno-associated virus
serotype 5 (AAV5). It has achieved clinical proof of concept in hemophilia B,
delivering a therapeutic copy of the factor IX gene.1
The components of our adeno-associated virus–based gene therapy platform
can be harnessed to address a variety of therapeutic targets and diseases. 2
References: 1. Leebeek F, Tangelder M, Meijer K, et al; for the CTAMT-060-01 Study Group. Poster presented at: American Society
of Hematology 58th Annual Meeting & Exposition; December 3-6,
2016; San Diego, California. 2. Data on file, uniQure Inc.

©Copyright 2017, uniQure

For details about our
pipeline and clinical programs,
visit uniQure.com.

New Horizons in the
Management of ADA-SCID
New Horizons in the Management of ADA-SCID is a free, independent, online
resource dedicated to providing cutting-edge information to Healthcare
Professionals faced with Adenosine Deaminase Severe Combined
Immunodeficiency (ADA-SCID) patients.
This educational resource led by Dr Andrew Gennery, Professor Bobby
Gaspar and Dr Robbert Bredius, provides you with an expert-led collection
of up-to-date research and practical insights in one location to support you in
diagnosing and treating patients with ADA-SCID.
Visit ada-scid.online for summaries of the latest research, free access to full-text
articles, interviews with international experts, interactive patient case studies and
an expert-led webcast. Be the first to know when new content is made available
by signing up to the ADA-SCID eAlert today.
www.ada-scid.online

FOR
Paediatric/Adult Immunologists
Gene and Cell Therapy Clinicians
Transplant Specialists
Paediatricians
Haematologists

PROVIDING
Summaries of the latest research
Free access to full-text articles
Interviews with leading experts
Expert-led webinars
Interactive patient case studies

Multidisciplinary Expert Editorial Board: Affiliations and Disclosures
Dr Andrew Gennery
Watson Reader/Honorary Consultant in Paediatric Immunology & Haematopoeitic Stem Cell
Transplantation. Newcastle University and Great North Children’s Hospital, Newcastle upon Tyne,
UK.
Disclosures: Dr Gennery has delivered lectures as part of an ‘in-house’ education staff to GSK Staff
– Haematopoietic Stem Cell Transplantation for Primary Immunodeficiencies.
Professor Bobby Gaspar
Professor of Paediatrics and Immunology; Consultant in Paediatric Immunology; Head, Rare
Diseases Theme; Head, Molecular and Cellular Immunology Section. UCL Great Ormond Street
Institute of Child Health, UK.
Disclosures: Professor Gaspar is founder and Chief Scientific Officer for Orchard Therapeutics, a
new company that is developing a lentiviral gene therapy approach for ADA-SCID.
Dr Robbert Bredius
MD PhD, Paediatric Immunologist – Infectious Disease – Stem Cell Transplant Dr. Department of
Paediatrics, Immunology section, Hematology and Stem Cell Transplantation, Leiden University
Medical Centre, The Netherlands.
Disclosures: Dr Bredius has delivered industry symposia presentations funded by GSK.

New Horizons in the Management of ADA-SCID is produced by Springer Healthcare IME.
This educational activity is supported by an educational grant from GlaxoSmithKline.
Springer Healthcare IME is part of the Springer Nature group

ONE-TIME DELIVERY.
BENEFITS FOR A LIFETIME.

Voyager’s mission is to develop and deliver
life-changing therapies to people around the
world living with severe neurological diseases.
This begins with a disciplined commitment
to discovery, research, development and
manufacturing, and extends to our thoughtful
engagement with patients, healthcare providers,
caregivers and advocacy organizations.

Developing life-changing gene
therapies for fatal and debilitating
diseases of the central nervous system

Learn more at www.VoyagerTherapeutics.com

9TH BIENNIAL
CONGRESS OF THE
SPANISH SOCIETY
FOR GENE AND
CELL THERAPY
PALMA DE
MALLORCA
14 - 16 MARCH
2018
Taking place at the Barceló Illetas
Albatros Resort.
Starting with 4 education Sessions
on Viral Vectors, Cell therapy, Gene
Editing Tools and iPS Cell disease
modelling.
4 plenary sessions with Adrian
Thrasher, Ernest Arenas, Juan
Bueren, Isabel Fariñas, Fatima
Bosch, Simon Mendez-Ferrer, Pietro
Genovese, Francisco Sanchez-Madrid,
Damian Garcia-Olmo
18 NOVEMBER: Registrations,
abstract submissions and hotel
bookings open
31 JANUARY: Early bird registration
and abstract submission deadline.
www.setgyc.es | office@setgyc.es

12 Parallel Sessions
Regulatory and
manufacturing
n Organoids and Gene
Transfer models
n Gene editing
n Pluripotent stem cell
reprogramming
n Metabolic diseases
n Cardiovascular
diseases
n Skin and Muscle
diseases
n Blood disorders
n Neurodegenerative
diseases
n Immunotherapy
n Cancer
n Rare diseases
n

MolMed
S.p.A
MolMed S.p.A. is a medical
biotechnology company focused
on research, development and
clinical validation of innovative
gene and cell therapies. MolMed
pipelines includes antitumor
therapeutics in clinical and
preclinical development
Zalmoxis® (TK) and a cell-based
therapy; CAR-CD44v6, an
immuno-gene therapy project;
MolMed also conducts cell and
gene therapy projects in
collaboration with third parties,
offering resources and expertise
covering preclinical to Phase III
trials activities. MolMed is listed
on the main market (MTA) of the
Milan stock exchange managed
by Borsa Italiana.
FROM GENES TO THERAPY
MOLMED S.p.A.
Via Olgettina, 58 - 20132 Milan, Italy |
Phone +39 02 21277.1 - Fax +39 02 21277.325
info@molmed.com - www.molmed.com
Share capital € 20.524,632,30 fully paid - Office of Milan Company Registry number
1506630 - Tax identification number 11887610159

Education Day
Programme Tuesday 17 October 2017

08:45 - 09:00

ORGANISER AND CHAIR:

Hildegard Büning

Educ 1: Opening words

Gene and cell therapy - a brief update
Hildegard Büning [HANNOVER MEDICAL SCHOOL]

Room

C01

09:00 - 10:30

Educ 2: How to deliver – the vector tool box
INV01

Receptor-targeting for cell-type specific in vivo gene delivery
Christian Buchholz [PAUL EHRLICH INSTITUTE, LANGEN]

INV02

Novel insights on DNA vectors: Design of advanced AAV and
adenovirus vectors
Anja Ehrhardt [WITTEN/HERDECKE UNIVERSITY]

INV03

Room

C01

Non-viral vectors
Manfred Ogris [UNIVERSITY OF VIENNA]
10:30 - 11:00 COFFEE BREAK

11:00 - 12:30

Educ 3a: What to deliver – transgenes, designer nucleases, RNA and beyond
INV04

Making the best out of it – optimising vector genomes
Axel Schambach [HANNOVER MEDICAL SCHOOL]

INV05

Translating genome editing into the clinic
Toni Cathomen [UNIVERSITY OF FREIBURG]

INV06

Sleeping Beauty transposon vectors for theraputic applications
Zsuzsanna Izsvak [MAX DELBRÜCK CENTRE, BERLIN]
12:30 – 13:15 LUNCH
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Room

C01

Programme Tuesday 17 October 2017

13:15 - 14:45

Educ 3b: What to deliver – transgenes, designer nucleases, RNA and beyond – part 2
INV07

Hit and run – permanent genome modification using transient
delivery of RNAs and/or proteins
Boris Fehse [UNIVERSITY OF HAMBURG]

INV08

AAV vectors and the host immune system,
a long love-hate relationship
Federico Mingozzi [GENETHON, EVRY]

INV09

Room

C01

Safety and toxicology of on-target effects: Considering the
transgene and on-target genome editing target site
Matthew Porteus [STANFORD UNIVERSITY, CA]

Educ 4: The challenges of translation

14:45 - 16:30

INV10

From bench to bedside: A regulator’s view
Matthias Renner [PAUL EHLRICH INSTITUTE, LANGEN]
A short introduction on the PEI Innovation Office
Bettina Ziegele/Nadine Kirsch-Stefan

INV11

From bench to bedside: A researcher’s view
Luigi Naldini [HSR TIGET, MILAN]

Room

C01

INV12

From bench to bedside: A manufacturer’s view
Klaus Kühlcke [EUFETS GMBH, IDAR-OBERSTEIN]

INV13

The challenge of translation: A company perspective
Sven Kili [GSK, BRENTFORD]
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Clinical Trial and
Commercialisation Workshop
Programme Tuesday 17 October 2017
ORGANISERS AND CHAIRS:

In collaboration with:

Robin Ali and Alessandro Aiuti

09:30 - 10:45

Planning a clinical trial
INV14

Good clinical practice specific to clinical trials with cellular therapies
Kim Champion [UNIVERSITY COLLEGE LONDON]

INV15

Translation of advanced therapy medicinal products (ATMPs)
towards clinical trials – critical issues and implications of regulation
(EU) no 536/2014
Martina Schüssler-Lenz [PAUL EHRLICH INSTITUTE, LANGEN]

INV16

Small populations clinical trials
Simon Day [CLINICAL TRIALS CONSULTING & TRAINING, NORTH MARSTON]

Room

B05
B07

Round table discussion

10:45 - 12:45

Manufacturing of gene and cell products
INV17

Development and GMP production of large scale LV/RV viral vectors
and genetically modified haematopoietic and T cells
Giuliana Vallanti [MOLMED, MILAN]

INV18

Building a GMP facility
James Christie [MEIRAGTX LTD, LONDON]

INV19

Leveraging a decade of iPSC expertise to advance
cell therapies for heart failure, Parkinson’s disease,
immuno-oncology and ocular disease
Steven Kattman [CELLULAR DYNAMICS INTERNATIONAL, MADISON, WI]

INV20

AAV-based gene therapy: the vector manufacturing challenge
Fulvio Mavilio [AUDENTES, SAN FRANCISCO, CA]

INV21

Delivering ex-vivo gene therapy
Bobby Gaspar [UNIVERSITY COLLEGE LONDON]
Round table discussion
12:45 - 13:45 LUNCH
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Room

B05
B07

Programme Tuesday 17 October 2017

13:45 - 15:00

Gene therapy and commercialisation challenges
INV22

Adaptive development of advanced gene therapy products
Anne-Virginie Eggimann [BLUEBIRDBIO, CAMBRIDGE, MA]

INV23

Commercialisation challenges for cell and gene therapies
Sven Kili [GSK, BRENTFORD]

INV24

Overcoming unique challenges of clinical development for
emerging gene therapies
Tim Miller [ABEONA, CLEVELAND, OH]

Room

B05
B07

Round table discussion

15:00 - 16:30

Regulatory challenges in gene and cell therapy development
INV25

ATMP: Differences between regulatory frameworks
(EU vs US vs Japan); what post Brexit
Sol Ruiz [SPANISH MEDICINE AGENCY, MADRID]

INV26

Key regulatory challenges for developing gene and cell therapies in
the EU
Jackie Barry [CATAPULT, LONDON]

INV27

Submission of an IND to the FDA
Helen Heslop [BAYLOR COLLEGE OF MEDICINE, HOUSTON, TX]

INV28

Price and reimbursement of ATMPs: The experience of the
Italian Drug Agency
Giovanni Tafuri [AIFA, ROME]

Room

B05
B07

Round table discussion
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Main Congress
Programme Tuesday 17 October 2017

17:00 - 19:00

1: ESGCT 2017 opening
Chairs

Robin Ali, Zoltan Ivics
ESGCT 25th Anniversary retrospective
Robin Ali [UNIVERSITY COLLEGE LONDON]

INV29

Genotoxicity – 15 years after, and the future?
Christopher Baum [HANNOVER MEDICAL SCHOOL]

INV30

Clinical gene therapy for neurodegenerative diseases:
Past, present, and future
Nathalie Cartier [INSERM/ CEA UMR1169, MIRCEN CEA

Room

C01

AND UNIVERSITY PARIS-SUD, UNIVERSITY PARIS SACLAY]
INV31

Haemophilia: From Talmud to CRISPR/Cas
Thierry vandenDriessche [FREE UNIVERSITY OF BRUSSELS]

19:00 - 21:00 : Welcome reception

Molecular Therapy meet the editor

Programme Wednesday 18 October 2017

08:30 - 10:40

1a: Disease modelling
Chairs

Robin Ali, Andras Nagy

INV32

Astrocyte - neuronal cross talk in neurodegeneration
Siddharthan Chandran [UNIVERSITY OF EDINBURGH]

INV33

Human glial progenitor cell-based treatment and modelling
of neurological disease
Steve Goldman [UNIVERSITY OF ROCHESTER MEDICAL CENTRE, NY]

OR01

Generation of three-dimensional human artificial skeletal muscle tissue
from iPS cells enables complex disease modelling for muscular dystrophy
Francesco Saverio Tedesco [UNIVERSITY COLLEGE LONDON]

OR02

Reprogramming triggers mobilisation of endogenous retrotransposons
in human induced pluripotent stem cells with genotoxic effects on
host gene expression
Gerald Schumann [PAUL EHRLICH INSTITUTE, LANGEN]

OR03

Dynamic remodelling of neural cellular and extracellular signatures
depicted in 3D in vitro differentiation of human iPSC-derived NSC
Daniel Simão [IBET, UNIVERSIDADE NOVA DE LISBOA, OEIRAS]

OR04

Development of novel AAV variants with superior photoreceptor
transduction properties
Stylianos Michalakis [LUDWIG MAXIMILIAN UNIVERSITY, MUNICH]
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Room

B05
B07

INV Invited speaker

•

OR Selected abstracts

•

P Lightening talks

Programme Wednesday 18 October 2017
1a: Disease modelling continued
P117

P119

Characterisation of iPSCs from a patient with transposition
of the great arteries
Akaitz Dorronsoro González [MEDICAL RESEARCH INSTITUTE, LA FE, VALENCIA]
Characterisation of type I interferon responses to viral
vectors in human macrophages
Maria Primo [WELLCOME TRUST SANGER INSTITUTE, CAMBRIDGE]

Room

B05
B07

08:30 - 10:40

1b: Ocular and central nervous system gene and cell therapy I
Chairs

Nicole Déglon, Nathalie Cartier

INV34

Gene therapy approach for the treatment of
Alzheimer’s disease: Targeting apolipoprotein
E with novel AAV vectors delivered systemically
Eloise Hudry [MASSACHUSSETTS GENERAL HOSPITAL, HARVARD, MA]

INV35

Too little vs. too late in retinal gene therapy
Stephen Tsang [COLUMBIA UNIVERSITY, NY]

OR05

AAV-mediated CYP46A1 gene therapy for Huntington’s disease
Nathalie Cartier [INSERM/ CEA UMR1169, MIRCEN CEA
AND UNIVERSITY PARIS-SUD, UNIVERSITY PARIS SACLAY]

OR06

Gradual improvements in the motor and cognitive function
after gene therapy for patients with AADC deficiency
Karin Kojima [JICHI MEDICAL UNIVERSITY]

OR07

Efficacy and safety of ocular AAV mediated optogenetic therapy for
retinitis pigmentosa in rd1 mice and non-human primates support
the first-in-human clinical trial of GS030
Anne Douar [GENSIGHT BIOLOGICS, PARIS]

OR08

Long-term expression of secreted-klotho protects
against cognitive decline in aged animals
Miguel Chillon Rodriguez [VALL D’HEBRON RESEARCH INSTITUTE

Room

C01

(VHIR), BARCELONA]
P223

AAV5-miHTT gene therapy demonstrates sustained huntingtin
lowering and functional improvement in Huntington disease mouse
models
Lisa Spronck [UNIQURE BIOPHARMA B.V., AMSTERDAM]

P211

Anti-transgene cellular immune reponses can be induced by
subretinal gene transfer with rAAV in a dose-dependent manner
Sylvain Fisson [INSERM/GENETHON, EVRY]
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08:30 - 10:40

1c: Cancer gene therapy I
Chairs

Pierre Cordelier, Vincenzo Cerullo

INV36

Targeting T-cells to human cancer cells using an oncolytic
virus expressing bispecific T-cell engagers
Len Seymour [UNIVERSITY OF OXFORD]

INV37

Clinical translation of retroviral replicating vector-mediated
gene therapy for cancer
Noriyuki Kasahara [UNIVERSITY OF MIAMI, FL]

OR09

Oncolytic measles viruses as therapeutic vectors for targeted
BiTE expression in solid tumours
Tobias Speck [DKFZ / NCT, HEIDELBERG]

OR10

An oncolytic recombinant measles virus is a candidate of
a novel therapeutic agent for triple negative breast cancer
Tomoko Fujiyuki [THE UNIVERSITY OF TOKYO]

OR11

Efficacy, safety, and covariates of outcomes with axicabtagene
ciloleucel (axi-cel; KTE-C19) from ZUMA-1, a pivotal trial in patients
with refractory, aggressive non-Hodgkin lymphoma (NHL)
Yi Lin [MAYO CLINIC, ROCHESTER, MN]

P021

Bioselection of an adenovirus encoded microRNA library identifies
miR-99b and miR-485 as enhancers of adenoviral oncolysis
in pancreatic cancer
Maria Rovira Rigau [IDIBAPS, BARCELONA]

P043

T cells expressing CAR harbouring GITR signalling domain exhibit
prolonged in vivo survival and resistance to immunosuppression
that lead to efficient tumour eradication
Takuma Kato [MIE UNIVERSITY]

P023

PeptiENV: A novel cancer immunotherapy platform based on enveloped viruses coated with tumour-specific MHC-I restricted peptides
E Ylösmäki [UNIVERSITY OF HELSINKI]

P045

Gamma-delta CAR-T cells as an off-the-shelf cellular immunotherapy
platform for paediatric B-cell lymphoblastic leukaemia
Matteo Doglio [SAN RAFFAELE HOSPITAL AND VITA-SALUTE SAN RAFFAELE
UNIVERSITY, MILAN]
10:40 - 11.10 COFFEE BREAK
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11:10 - 13.10

2: Highlights of clinical progress I
Chairs

Alessandro Aiuti; Juan Bueren

INV38

New directions in CAR therapy
Michel Sadelain [MEMORIAL SLOAN
KETTERING CANCER CENTRE, NEW YORK, NY]

INV39

Replicating viruses as biological machines to treat cancer
John Bell [UNIVERSITY OF OTTAWA AND BIOCANRX, ON]

Room

C01

INV40

Gene therapy in severe immunodeficiency
Adrian Thrasher [UNIVERSITY COLLEGE LONDON]

INV41

AVXS-101 phase 1 gene therapy clinical trial in SMA type 1:
Event free survival and achievement of
developmental milestones
Jerry Mendell [NATIONWIDE CHILDREN’S HOSPITAL, COLUMBUS, OH]
13:10 - 14:40 LUNCH
13:30 - 14:30 REGULATORY WORKSHOP (LUNCH PROVIDED)

Matthias Renner [PAUL EHRLICH INSTITUTE, LANGEN] Introduction
Martin Wisher [MERCK] Regulatory trends for the testing of ATMPs EU and USA perspective on quality control testing

Room

B05
B07

14:40 - 16:50

2a: Ocular and central nervous system gene and cell therapy II
Chairs

Alberto Auricchio, Eloise Hudry

INV42

The self-inactivating KamiCas9 system for the
editing of CNS disease genes
Nicole Déglon [LAUSANNE UNIVERSITY HOSPITAL (CHUV)]

INV43

Gene therapy treatment of congenital deafness
in a mouse model of Usher syndrome type IC
Gwenaëlle Geleoc [HARVARD CHILDREN’S HOSPITAL, CAMBRIDGE, MA]

OR12

Intraputaminal AADC gene therapy for advanced
Parkinson’s disease: Interim results of a phase 1b Trial
Bernard Ravina [VOYAGER THERAPEUTICS, CAMBRIDGE, MA]

OR13

Dynorphin-based “drug on demand” gene therapy
suppresses seizures and restores lost brain functions
in drug-resistant temporal lobe epilepsy
Regine Heilbronn [CHARITÉ MEDICAL UNIVERSITY BERLIN]

Room

B05
B07
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14:40 - 16:50

2a: Ocular and central nervous system gene and cell therapy II continued
OR14

Correction of sensory ataxia in a novel mouse
model of Friedreich’s ataxia using gene therapy approach
Françoise Piguet [IGBMC, STRASBOURG]

OR15

Gene therapy with AAV-CDKL5 vectors in models of CDKL5 disorder
Yunan Gao [IMPERIAL COLLEGE, LONDON]

P213

Translation of intrathecal delivery of an AAV gene therapy targeting
SOD1 for the treatment of ALS
Dinah Sah [VOYAGER THERAPEUTICS, CAMBRIDGE, MA]

P221

AAV-CYP46A1 is beneficial in Alzheimer’s disease:
From mice to non-human primates
Sandro Alves [BRAINVECTIS THERAPEUTICS, FONTENAY-AUX-ROSES]

Room

B05
B07

2b: Gene editing I
Chairs

Toni Cathomen, Adrian Thrasher

INV44

Genome editing: From modelling disease to novel therapeutics
Chad Cowan [HARVARD STEM CELL INSTITUTE, CAMBRIDGE, MA]

INV45

Gene and mutation independent therapy via CRISPR/Cas9
mediated cellular reprogramming in rod photoreceptors
Kang Zhang [UC SAN DIEGO, CA]

OR16

In vivo genome editing via non-viral delivery of zinc finger nucleases
enables supraphysiological levels of therapeutic proteins and greater
than 90% protein knockdown of multiple therapeutic gene targets via
targeted integration and NHEJ, respectively, in wild type mice
Anthony Conway [SANGAMO THERAPEUTICS, RICHMOND, CA]

OR17

CRISPR/Cas9-mediated editing for dominant genetic disorders:
Efficient excision of trinucleotide repeat expansion in
myotonic dystrophy
Sumitava Dastidar [FREE UNIVERSITY OF BRUSSELS]
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14:40 - 16:50

2b: Gene editing I continued
OR18

Direct correction of Fanconi anaemia associated mutations
in haematopoietic stem and progenitor cells by a novel
NHEJ-mediated gene editing approach
Francisco José Román Rodríguez [CIEMAT/CIBERER-ISCIII, MADRID]

OR19

Targeted genome editing of recombination activating
gene 1 to potentially treat severe combined immunodeficiency
Nicolò Sacchetti [HSR TIGET, MILAN]

P129

GeneRide™: Therapeutic in vivo gene targeting without nucleases
Adi Barzel [LOGICBIO THERAPEUTICS INC., CAMBRIDGE, MA]

P131

Targeted gene correction of Wiskott-Aldrich syndrome in human
haematopoietic stem and progenitor cells
Alessia Cavazza [UNIVERSITY COLLEGE LONDON]

Room

C01

2c: Muscle and pulmonary gene and cell therapy
Chairs

Olivier Danos, Uta Griesenbach

INV46

Development of muscle-directed gene
therapy using tissue specific transcriptional
modules identified by genome-wide computational analysis to
maximise gene expression in skeletal muscle, heart and diaphragm
Marinee Chuah [FREE UNIVERSITY OF BRUSSELS]

INV47

Gene therapy for cystic fibrosis: An update
Eric Alton [IMPERIAL COLLEGE LONDON]

Room

INV48

AAV-mediated gene therapy for muscular dystrophy
George Dickson [ROYAL HOLLOWAY, LONDON]

OR20

“Silence and Replace”: Development of a single AAV vector system for
the treatment of oculopharyngeal muscular dystrophy (OPMD)
Vanessa Strings-Ufombah [BENITEC BIOPHARMA, SYDNEY, NSW]

OR21

Combined Notch and PDGF signalling in muscle satellite cells induces
a pericyte-like phenotype with potential cell therapy relevance
Louise Moyle [UNIVERSITY COLLEGE LONDON]

B08
B09

16:50 - 17:20 COFFEE BREAK

ESGCT XXV Anniversary Congress 73

Main Congress

INV Invited speaker

•

OR Selected abstracts

•

P Lightening talks

Programme Wednesday 18 October 2017

17:20 - 19:20

3: Stem cells: Biology, manipulation and reprogramming
Chairs

Christof von Kalle, Luigi Naldini

INV49

Defining and providing a
solution for cell therapy safety
Andras Nagy [LUNENFELD-TANENBAUM RESEARCH INSTITUTE, TORONTO, ON]

INV50

Highly efficient genome editing by homologous recombination
of haematopoietic stem cells with the goal to cure genetic
diseases of the blood and immune system
Matthew Porteus [STANFORD UNIVERSITY, CA]

INV51

Reprogramming, gene editing stem cells and organ generation:
In vitro and in vivo approaches to increase healthspan
Juan Carlos Izpisua-Belmonte [SALK INSTITUTE, LA JOLLA, CA]

INV52

Demolishing cell reprogramming barriers in ageing and progeria
Carlos Lopez-Otin [UNIVERSITY OF OVIEDO]

19.30 - 21.00 : Poster session 1 (Please see page 87)

Notes:
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08:00 - 10:10

3a: Vector development I
Chairs

Hildegard Büning, Boris Fehse

INV53

From a cancer causing virus to a potentially
safer strategy for gene therapeutics
Axel Schambach [HANNOVER MEDICAL SCHOOL]

INV54

Transformer adenovirus for enhanced bioproduction
of AAV and recombinant proteins
Weiheng Su [UNIVERSITY OF OXFORD]

OR22

Divergent AAV serotypes demonstrate an alternate,
AAVR independent, entry pathway
Amanda Dudek [HARVARD UNIVERSITY, BOSTON, MA]

OR23

Ad3.0: An engineered adenovirus library to significantly expand the
spectrum of available vector types and their applications
Anja Ehrhardt [WITTEN/HERDECKE UNIVERSITY]

OR24

Generation of highly variably AAV capsid libraries using a novel DNA
shuffling platform
Marti Cabanes Creus [CHILDREN’S MEDICAL RESEARCH INSTITUTE, SYDNEY, NSW]

OR25

Enhancement of titres for vectors encoding miRNA adapted shRNAs
(shRNAmiRs) associated with increased viral genomic transcripts via
Drosha microprocessor knockout (KO) in producer cells
Hee Ho Park [BOSTON CHILDREN’S HOSPITAL, MA]

P334

Large-scale production of lentiviral vectors for use in therapeutic
applications
Yatish Lad [OXFORD BIOMEDICA]

P318

A screening procedure identifying DARPins suitable for the
retargeting of lentiviral and AAV vectors
Jessica Hartmann [PAUL EHRLICH INSTITUTE, LANGEN]
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08:00 - 10:10

3b: Regenerative therapies
Chairs

Siddharthan Chandran, Robin Ali

INV55

Inflammation and regeneration
Hans Dieter Volk [CHARITÉ MEDICAL UNIVERSITY BERLIN]

INV56

Ageing and myelin regeneration in the CNS
Robin Franklin [UNIVERSITY OF CAMBRIDGE]

INV57

Cell therapy for muscular dystropy: Road towards efficacy
Giulio Cossu [UNIVERSITY OF MANCHESTER]

OR26

Phase I/IIa clinical trial for recessive dystrophic epidermolysis bullosa
using EB-101 (COL7A1 gene-corrected autologous keratinocytes)
JY Tang [STANFORD UNIVERSITY, CA]

OR27

Gene editing-mediated excision of mutation-bearing exon 80 of
COL7A1 gene for the efficient correction of recessive dystrophic
epidermolysis bullosa patient derived-epidermal stem cells
Jose Bonafont Arago [CARLOS III UNIVERSITY (UC3M), MADRID]

Room

C01

Notes:
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3c: Metabolic and lysosomal storage diseases
Chairs

Fatima Bosch, Alberto Auricchio

INV58

Haematopoietic stem cell based gene therapy for the treatment of
lysosomal storage disorders
Alessandra Biffi [DANA-FARBER/BOSTON CHILDREN’S CANCER AND BLOOD

08:00 - 10:10

DISORDERS CENTRE]
INV59

Gene therapy for liver inherited metabolic diseases
Gloria Gonzalez-Aseguinolaza [FIMA PAMPLONA]

OR28

A phase 1/2 clinical trial of systemic gene transfer of scAAV9.U1a.
hSGSH for MPS IIIA: Safety, tolerability, and preliminary evidence of
biopotency
Kevin Flanigan [NATIONWIDE CHILDREN’S HOSPITAL, COLUMBUS, OH]

OR29

Correction of hereditary tyrosinemia type 1 in a large animal model
through in vivo liver-directed lentiviral gene therapy
Clara Nicolas [MAYO CLINIC, ROCHESTER, MN]

OR30

CRISPR/Cas mediated disruption of the glycolate oxidase gene is
an efficacious treatment for primary hyperoxaluria type I
Nerea Zabaleta Lasarte [CIMA, UNIVERSITY OF NAVARRA, PAMPLONA]

OR31

Whole-body correction of Pompe disease by AAV liver-mediated gene
transfer of engineered secretable GAA transgenes
Francesco Puzzo [GENETHON AND INSERM U951, EVRY]

P190

Correction of storage disease in MPS I mice by adoptive transfer of
human B cells engineered for human iduronidase expression using the
Sleeping Beauty transposon system
R. Scott McIvor [IMMUSOFT CORPORATION, SEATTLE, WA]

P186

Correction of visual and auditory function by AAV9-mediated gene
therapy in a mouse model of mucopolysaccharidosis type IIIB
Albert Ribera [AUTONOMOUS UNIVERSITY OF BARCELONA-CBATEG]
10:10 - 10:40 COFFEE BREAK
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10:40 - 12:40

4: Highlights of clinical progress II
Chairs

Amit Nathwani, Bernd Gänsbacher

INV60

Gene therapy for beta-thalassemia:
Update from TIGET BTHAL clinical trial
Giuliana Ferrari [HSR TIGET, MILAN]

INV61

Engraftment and repopulation advantage of gene-corrected
haematopoietic stem cells in Fanconi anaemia patients
Juan Bueren [CIEMAT/CIBERER-ISCIII, MADRID]

INV62

Combined ex vivo cell and gene therapy of junctional epidermolysis
bullosa by transgenic epidermal stem cells
Michele De Luca [CENTRE FOR REGENERATIVE MEDICINE “STEFANO FERRARI”]

INV63

Successful use of haematopoietic stem cell gene therapy to
arrest progression of cerebral adrenoleukodystrophy: Results
of an international phase 2/3 trial
David Williams [HARVARD CHILDREN’S HOSPITAL, CAMBRIDGE, MA]

Room

C01

12:40 - 14:10 LUNCH
13:00-14:00 ERC CAREER’S WORKSHOP (LUNCH PROVIDED)
Janka Mátrai [ERC EXECUTIVE AGENCY, BRUSSELS]

The ERC and advanced therapies: How we contribute
to each other’s success
Case studies: Federico Mingozzi [GENETHON, EVRY],
Alberto Auricchio, [TIGEM, NAPLES], Alessandra Biffi [DANA-FARBER, BOSTON]

Room

B05
B07

14:10 - 16:10

4a: Genotoxicity
Chairs

Christof von Kalle, Luca Biasco

INV64

The hidden effects of insertional mutagenesis, beyond oncogenesis
Eugenio Montini [HSR TIGET, MILAN]

OR32

Dynamics of haematopoietic reconstitution in a mouse model of
haematopoietic stem cell-gene therapy by longitudinal integration
site analyses
Daniela Cesana [HSR TIGET, MILAN]

OR33

Room

B05
B07

Alpharetroviral-MS2 chimera for efficient and transient
CRISPR-Cas9 delivery
Yvonne Knopp [HANNOVER MEDICAL SCHOOL]
ESGCT XXV Anniversary Congress 79

Main Congress
Programme Thursday 19 October 2017
4a: Genotoxicity continued
OR34

OR35

Assessment of the integration profile of self-complementary AAV
vector over time in non-human primates
Jenny McIntosh [UNIVERSITY COLLEGE LONDON]
Recombinant AAV persistence in peripheral blood and bone marrow:
Insights from clinical and preclinical studies
Irene Gil-Farina [DKFZ / NCT, HEIDELBERG]

Room

B05
B07

14:10 - 16:10

4b: Blood disorders
Chairs

David Williams, Adrian Thrasher

INV65

Gene therapy for Wiskott-Aldrich syndrome
Alessandro Aiuti [HSR TIGET, MILAN]

INV66

Haematopoietic stem cell modification for platelet directed gene
therapy
Ute Modlich [PAUL EHRLICH INSTITUTE, LANGEN]

INV67

Update on SPK-9001 – an adeno-associated virus mediated gene
transfer for haemophilia B
Federico Mingozzi [GENETHON, EVRY]

OR36

Liver-directed gene therapy for haemophilia B with immune stealth
lentiviral vectors
Michela Milani [HSR TIGET, MILAN]

OR37

Multi-parametric whole blood dissection: A one shot comprehensive
picture of the human haematopoietic system
Luca Basso-Ricci [HSR TIGET, MILAN]

P008

BaEV-LVs transduce HSCs-derived human progenitor T cells,
allowing accelerated T cell reconstitution in vivo and correction of
X-SCID progenitor T cells
Els Verhoeyen [CIRI; INSERM U1111AND C3M INSERM U1065, NICE]

P010

Towards the gene therapy of LAD-I immunodeficient patients
Elena Almarza Novoa [CIEMAT/CIBERER-ISCIII, MADRID]
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14:10 - 16:10

4c: Vector development II
Chairs

Axel Schambach, George Dickson

INV68

Tailoring the AAV vector system for liver-directed gene therapy
Hildegard Büning [HANNOVER MEDICAL SCHOOL]

INV69

Changing lentiviral vector tropism through pseudotyping with viral
glycoproteins results in powerful tools for therapeutic gene delivery
in haematopoietic cells
Els Verhoeyen [CIRI; INSERM U1111 AND C3M INSERM U1065, NICE]

INV86

Engineering measles virus for cancer therapy
Guy Ungerechts [NCT, HEIDELBURG]

OR38

Transient retrovirus-based CRISPR/Cas9 all-in-one
particles for efficient, targeted gene knockout
Melanie Galla [HANNOVER MEDICAL SCHOOL]

OR39

New chimeric gene therapy vectors based on five different
mammalian bocaviruses
Julia Fakhiri [HEIDELBERG UNIVERSITY HOSPITAL]

Room

B08
B09

16:10 - 16:40 COFFEE BREAK

16:45 - 18:45

5: Cancer immuno – gene therapy
Chairs

David Klatzman, Helen Heslop

INV70

Adoptive T cell therapy
Thomas Blankenstein [CHARITÉ MEDICAL UNIVERSITY BERLIN]

INV71

Harnessing Sleeping Beauty for T-cell therapies:
From bench to bedside to boardroom
Laurence Cooper [MD ANDERSON CANCER CENTRE, ZIOPHARM, BOSTON, MA]

INV72

Individualised cancer immunotherapy
Ugur Sahin [JOHANNES GUTENBERG UNIVERSITY, MAINZ]

INV73

Axicabtagene ciloleucel, an anti-CD19 CAR T-cell
therapy for B-cell leukaemia and lymphoma
Zachary Roberts [KITE PHARMA, LOS ANGELES, CA]

Room

C01

18:45 - 20:15 : Poster session 2 (Please see page 103)
20:30 MOLECULAR MINGLE EVENING (SEE PAGE 12)
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09:00 - 10:30

5a: Gene editing II
Chairs

Hildegard Büning, Keith Joung

INV74

Targeted genome editing in haematopoietic
stem/progenitor cells for the treatment of inherited diseases
Pietro Genovese [HSR TIGET, MILAN]

INV75

New zinc finger nuclease architectures for precision genome
engineering in the development of novel genomic therapie
Michael Holmes [SANGAMO THERAPEUTICS, RICHMOND, CA]

OR40

A novel designer epigenome modifier platform enables robust and
sustained gene silencing in clinically relevant human cells
Claudio Mussolino [UNIVERSITY OF FREIBURG]

OR41

In trans paired nicking triggers seamless genome editing without
double-stranded DNA cutting
Xiaoyu Chen [LEIDEN UNIVERSITY MEDICAL CENTRE]

Room

C01

5b: Cancer gene therapy II
Chairs

Ramon Alemany, Wolfgang Uckert

INV76

Engineering of CAR-T cells with enhanced therapeutic index using
virus-free gene-transfer and genome-editing strategies
Michael Hudecek [UNIVERSITY CLINIC, WÜRZBURG]

INV77

Use of a telomerase reactivation peptide (GSE4) to treat rare diseases
with low telomerase activity
Rosario Perona [CSIC-UAM, MADRID]

82 ESGCT XXV Anniversary Congress

Room

B05
B07

INV Invited speaker

•

OR Selected abstracts

•

P Lightening talks

Programme Friday 20 October 2017
5b: Cancer gene therapy II continued
OR42

09:00 - 10:30

OR43

Immunotherapy for tumours through APOBEC3B-induced neo-epitope
generation in combination with immune checkpoint blockade
Richard Vile [MAYO CLINIC, ROCHESTER, MN]
CRISPR-CAR vector couples transgene expression to target
scission for generation of universal T cells
Roland Preece [UNIVERSITY COLLEGE LONDON]

Room

B05
B07

5c: Non-viral gene therapy
Chairs

Zoltan Ivics, Seppo Ylä-Herttuala

INV78

Transposon-based, targeted ex vivo gene therapy to treat age-related
macular degeneration – a summary of the pre-clinical data
Gabriele Thumann [UNIVERSITY OF GENEVA]

INV79

Engineering the genome with the Sleeping Beauty transposon system
Zoltan Ivics [PAUL EHRLICH INSTITUTE, LANGEN]

OR44

Engineered exosomes for non-viral delivery of RNA
therapeutics to brain
Reka Haraszti [UNIVERSITY OF MASSACHUSETTS MEDICAL SCHOOL,

Room

B08
B09

WORCESTER, MA]
OR45

Reversible immortalisation allows genetic correction of human
skeletal muscle progenitors and generation of novel human artificial
chromosomes for Duchenne muscular dystrophy
Sara Benedetti [UNIVERSITY COLLEGE LONDON]
10:30 - 11:00 COFFEE BREAK
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11:00 - 13:00

6: New tools and technologies: Gene and genome editing and engineering
Chairs

Luigi Naldini, Toni Cathomen

INV80

Efficient gene editing and gene regulation
using CRISPR-Cpf1 nuclease technology
Keith Joung [MASSACHUSETTS GENERAL HOSPITAL, BOSTON, MA]

INV81

Programmable nucleases and designer recombinases for genome
surgery
Frank Buchholz [TECHNICAL UNIVERSITY DRESDEN]

INV82

Targeting non-coding RNAs for tissue repair and regeneration
Stefanie Dimmeler [GOETHE UNIVERSITY FRANKFURT AM MAIN]

INV83

Cerebral organoids: Modelling human brain development and
tumourigenesis in stem cell derived 3D culture
Juergen Knoblich [INSTITUTE OF MOLECULAR BIOTECHNOLOGY GMBH, VIENNA]

Room

C01

13:00 - 14:30 LUNCH

14:30 - 17:00

Presidential symposium, AGM and awards ceremony
Chairs

Robin Ali, Zoltan Ivics
Presidential talk and AGM
Robin Ali [UNIVERSITY COLLEGE LONDON]

INV84

Building synthetic chromosomes from scratch
Jef Boeke [NEW YORK UNIVERSITY]

INV85

Outstanding Achievement Award
T cell immunotherapy: Practice makes perfect?
Malcolm Brenner
[BAYLOR COLLEGE OF MEDICINE, HOUSTON, TX]

OR46
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Young Investigator Award
Engineering complex genotypes in primary
haematopoietic cells using Cas9/sgRNA and AAV
donor vectors
Rasmus Bak [STANFORD UNIVERSITY, CA]
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P003

F Horling [SHIRE, VIENNA]
Development of SHP648, Shire’s high
performing AAV8-based FIX gene
therapy vector

P013

BLOOD DISORDERS

P001

V Poletti [GENETHON, INSERM UMR951, EVRY]
Pre-clinical development of a lentiviral vector expressing the anti-sickling ßAS3 globin
for gene therapy for sickle-cell disease

A new spacer domain from human CD34
for detection and selection of CARs

M Rovira-Rigau [IDIBAPS, BARCELONA]
Bioselection of an adenovirus encoded microRNA library identifies miR-99b and miR485 as enhancers of adenoviral oncolysis in
pancreatic cancer

P007

OF GRANADA -JUNTA DE ANDALUCIA]

Preclinical studies of an improved lentiviral
vector for Wiskott-Aldrich syndrome gene
therapy: Getting closer to physiological
expression of WASP
P011

A Kruzik [SHIRE, VIENNA]
Assessment of biological relevance of low
titer neutralising antibodies to AAV8
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HAMBURG]

Adoptive transfer of gene-modified T and
NK cells in a mouse model of FHL5

P021

P023
CANCER GENE THERAPY

BLOOD DISORDERS

DÜSSELDORF]

M Tristán-Manzano [GENYO-UNIVERSITY

K Cornils [UNIVERSITY MEDICAL CENTRE

W Hoellriegl [SHIRE, VIENNA]
Factor IX gene therapy expression in normal-weight vs. adipose haemophilia B mice

T Ibach [HEINRICH HEINE UNIVERSITY

P009

P015

P017

P005

S Navarro [CIEMAT/CIBERER, MADRID]
Comparative analysis of haematopoietic
progenitor and stem cells in two
different bone marrow failure
syndromes: Diamond-Blackfan anaemia
and Fanconi anaemia

A Kruzik [SHIRE, VIENNA]
Prevalence of pre-existing immunity to
AAV8 and other AAV serotypes in healthy
individuals

E Ylösmäki [UNIVERSITY OF HELSINKI]
PeptiENV: A novel cancer immunotherapy
platform based on enveloped viruses coated
with tumour-specific MHC-I restricted
peptides
P027

T Yoshiba [JICHI MEDICAL UNIVERSITY]
Efficient targeting of uterine cervical cancer
using AAV vectors encoding CRISPR/Cas9
against HPV-E6 gene
P029

J Förster [DKFZ / NCT HEIDELBERG]
Combining radiation and oncolytic
measles virus for treatment of pancreatic
adenocarcinoma

P031

P043

S Feola [UNIVERSITY OF NAPLES

T Takuma [MIE UNIVERSITY]
T cells expressing CAR harbouring
GITR signalling domain exhibit prolonged
in vivo survival and resistance to
immunosuppression that lead to
efficient tumour eradication

“FEDERICO II”]

Innovative combinatorial approach in the
treatment of triple negative breast cancer
combining anti-PDL1 and platform based on
oncolytic adenovirus (PeptiCRAd)
P033

P045

G Halldén [BARTS CANCER INSTITUTE QMUL,

M Doglio [SAN RAFFAELE HOSPITAL
AND VITA-SALUTE SAN RAFFAELE
UNIVERSITY, MILAN]

LONDON]

Sensitisation to mitoxantrone-induced
apoptosis by the oncolytic adenovirus Ad∆∆
through Bcl-2-dependent attenuation of
autophagy
G Hallden [BARTS CANCER INSTITUTE QMUL,
LONDON]

The novel oncolytic adenoviral mutant
Ad5-3∆-A20T retargeted to avß6-integrins
efficiently eliminates pancreatic cancer cells
P037

E Borroni [UNIVERSITA DEL PIEMONTE
ORIENTALE]

Tumour targeting by lentiviral vectors combined with magnetic nanoparticles in mice
P039

S N Smith [UNIVERSITY OF ZÜRICH]
Targeted stealth adenovirus as a ‘Trojan
horse’ for delivery of cancer therapies
P041

H Miletic [UNIVERSITY OF BERGEN]
Recurrent xenograft tumors upregulate
EGFR after lentiviral vector mediated
suicide gene therapy for glioblastoma, but
are resistant to combinatorial treatment
with erlotinib

CANCER GENE THERAPY

CANCER GENE THERAPY

P035

Gamma-delta CAR-T cells as an off-theshelf cellular immunotherapy platform for
paediatric B-cell lymphoblastic leukaemia
P047

H Hattori [NAGOYA MEDICAL CENTER]
Cytokine release syndrome and tumor
responses in a first-in-man trial of a novel
affinity-enhanced TCR-gene transduced T
cell transfer targeting NY-ESO-1 antigen
P049

C E Engeland [DKFZ / NCT HEIDELBERG]
Oncolytic measles vectors for
tumour-specific vaccination
P051

M A Morgan [HANNOVER MEDICAL SCHOOL]
Redirected natural killer cells to eliminate
acute myeloid leukaemia cells
P053

D L Wagner [CENTER FOR CELL AND GENE
THERAPY, BAYLOR COLLEGE OF MEDICINE,
HOUSTON, TX]
CRISPR-mediated HPRT knockout induces
chemo resistance and enables controlled
depletion of gene-modified T cells
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P055

P069

J D S Hanauer [PAUL EHRLICH INSTITUTE,

G Castellano Gonzalez [WESTMEAD INSTITUTE

LANGEN]

OF MEDICAL RESEARCH, UNIVERSITY OF SYDNEY,
NEW SOUTH WALES]

CD30-targeted oncolytic viruses as novel
therapeutic approach against Hodgkin
lymphoma

Generation of a third party cryopreserved
fungus-specific T lymphocytes for use
in HSCT patients with invasive
fungal disease

P057

G Vandermeulen [CATHOLIC UNIVERSITY OF

P071

LEUVEN]

DNA vaccine coding for an engineered
VSV-G as a flexible vaccination platform for
cancer immunotherapy

F K M Lorenz [MAX DELBRÜCK CENTRE FOR
MOLECULAR MEDICINE]

J Hartmann [PAUL EHRLICH INSTITUTE, LANGEN]
Clinical development of CAR-T cells –
challenges and opportunities in translating
innovative treatment concepts
P061

V I Kazey [PANACELA LABS LLC, MOSCOW]
Development of the novel adenoviral drug
for treatment of prostate cancer
P063

A Lopes [CATHOLIC UNIVERSITY OF LEUVEN]
The combination of P1A DNA vaccine with
immunecheckpoint blockade induces a
potent antitumor immune response in
P815 mastocytoma
P065

R Jofra Hernandez [HSR-TIGET, MILAN]
GLP Toxicology and tumourigenicity study
for X-linked chronic granulomatous diseases
in Cybb-KO mice with MSP.gp91_126T(2)
LV vector
P067

C E Engeland [DKFZ / NCT HEIDELBERG]
Development of rational immunomodulation strategies for measles virotherapy
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P059

High efficiency T cell engineering using a
novel Sleeping Beauty transposon system
and minicircle vectors
P073

S M Oh [YOUSEI UNIVERSITY]
The robust viability of natural killer (NK)
cells through the application of an inverted
quasi-spherical (iQS) system and the t
ransduction of NANOG gene
P075

S Waramit [IMPERIAL COLLEGE LONDON]
The augmentation of tumourassociated antigen expression by a hybrid
bacteriophage/adeno-associated virus
vector for CAR T cell therapy
P077

M Schmueck-Henneresse [CHARITÉ MEDICAL
UNIVERSITY BERLIN]

Comprehensive approach for identifying
the T-cell subset origin of CD3 and CD28
antibody-activated chimeric antigen
receptor-modified T-cells

P083

P095

S Y Lim [ST. VINCENT’S INSTITUTE OF

J E L Andari [HEIDELBERG UNIVERSITY

MEDICAL RESEARCH, MELBOURNE, VI]

Identification of new muscle-tropic AAV
capsids for treatment of rare hereditary
muscular disorders

A A Titova [KAZAN FEDERAL UNIVERSITY]
The influence of intramuscular injection
of genetically modified adipose-derived
mesenchymal stem cells on skeletal muscle
regeneration in rat hindlimb ischemia model
P087

P099

P105

O Humbert [FRED HUTCHINSON CANCER
RESEARCH CENTRE, SEATTLE, WASHINGTON]

BERLIN]

Exon skipping as a therapeutic strategy in
dysferlinopathy

In vivo gene therapy for SCID-X1:
A novel and accessible approach with no
conditioning

P091

R Blázquez [JUMISE, CÁCERES]
Intracoronary administration of microencapsulated IGF-1 or HGF in a swine acute
infarct model: A comparative study

M Pryshliak [TECHNICAL UNIVERSITY, BERLIN]
Improvement of coxsackievirus B3 (CVB3)
myocarditis model by use of miR-375regulated CVB3

Lentiviral vs electroporation-based gene
delivery in cardiomyocyte progenitor cells to
generate long-term biological pacing

P089

P093

P097

AMSTERDAM]

J Malcher [CHARITÉ MEDICAL UNIVERSITY,

R Blázquez [JUMISE, CÁCERES]
Intracoronary allogeneic cardiac progenitor cells improve myocardial salvage and
enhance functional recovery compared to
placebo in porcine experimental infarction

Activation of the eNOS-NO signalling
pathway enhances transcription factormediated direct cardiac reprogramming of
human fibroblasts

L Cocera Ortega [ACADEMIC MEDICAL CENTRE,

R Blázquez [JUMISE, CÁCERES]
In vitro pro-regenerative potential of
extracellular vesicles derived from CDCs

DISEASE MODELLING

CARDIOVASCULAR, MUSCLE AND PULMONARY GENE AND CELL THERAPY

P085

CARDIOVASCULAR, MUSCLE AND
PULMONARY GENE AND CELL THERAPY

HOSPITAL]

P107

H Puccio [INSERM U596, ILLKIRCH]
Rescue of central and peripheral
neurological phenotype in a novel mouse
model of Friedreich’s ataxia by intravenous
delivery of AAV Frataxin
P109

S López-Manzaneda [CIEMAT/CIBERER, ISCIII,
MADRID]

Pyruvate kinase deficient haematopoietic
progenitors either from patients or generated by CRISPR/Cas9 gene editing differentiate in vitro along the erythroid lineage
despite decreased pyruvate kinase activity
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P111

P129

A Barzel [LOGICBIO THERAPEUTICS INC,

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Analysis of self-organisation of mesenchymal stem cells and neuroblastoma cells on
Matrigel extracellular matrix

CAMBRIDGE, MA]

GeneRide™: Therapeutic in vivo gene
targeting without nucleases
P131

P113

A Cavazza [UNIVERSITY COLLEGE LONDON]
Targeted gene correction of Wiskott-Aldrich
Syndrome in human haematopoietic stem
and progenitor cells

E O Sahin [AKDENIZ UNIVERSITY CENTRE
FOR GENE AND CELL THERAPY]

P115

G Frati [HSR-TIGET, MILAN]
Early sulfatide storage and progressive
neuronal and glial cell dysfunction revealed
by human iPSC-based models of metachromatic leukodystrophy are rescued by lentiviral-mediated restoration of ARSA activity
P117

A Dorronsoro [RESEARCH INSTITUTE, LA FE,
VALENCIA]

Characterisation of induced pluripotent
stem cells from a patient with transposition
of the great arteries
P119

M N Primo [WELLCOME TRUST SANGER

P135

B Duchêne [CENTRE DE RECHERCHE DU CHU
DE QUÉBEC]

CRISPR/Cas9 induced deletion for the
correction of the human dystrophin gene
P137

G Turchiano [UNIVERSITY OF FREIBURG]
Efficient GMP-compatible CRISPR-Cas
mediated genome editing in haematopoietic
stem and progenitor cells
P139

INSTITUTE, CAMBRIDGE]

D Benati [UNIVERSITY OF MODENA E REGGIO

Characterisation of type I interferon
responses to viral vectors in human
macrophages

EMILIA]

P125
GENE
EDITING

P133

K Stieger [JUSTUS LIEBIG UNIVERSITY, GIESSEN]
In vitro studies to investigate the
therapeutic approach of replacing the
defective human RPGR ORF15 gene
through MMEJ
GENE EDITING

DISEASE MODELLING

Multiple low-dose streptozotocin injections
induced diabetes in wistar rats characterized
by insulitis and hyperglycaemia useful for
gene transfer studies

G Schiroli [HSR-TIGET, MILAN]
Haematopoietic stem cell gene editing for
safe and effective correction of SCID-X1
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CRISPR/Cas9-mediated specific knock-down
of dominant mutations in Rhodopsin gene
P141

H Escobar [MAX DEBRÜCK CENTRE FOR
MOLECULAR MEDICINE, BERLIN]

Precise gene editing of muscular dystrophycausing mutations in patient-derived iPS cells

P143

P157

A Izmiryan [INSERM U1163, INSTITUT IMAGINE,

Y Knopp [HANNOVER MEDICAL SCHOOL]
Alpharetroviral-MS2 chimera for efficient
and transient CRISPR-Cas9 delivery

PARIS]

CRISPR/Cas9-mediated COL7A1 editing
in induced pluripotent stem cells from
patients with recessive dystrophic epidermolysis bullosa

HAMBURG]

Addressing off-target activity of
CCR5-Uco-TALEN targeting the HIV
co-receptor CCR5

GENE EDITING

P147

D Klatt [HANNOVER MEDICAL SCHOOL]
Applying CRISPR/Cas9 for precise disease
modeling of chronic granulomatous disease
P149

E V Bogoslovskaya [CENTRAL RESEARCH
INSTITUTE OF EPIDEMIOLOGY, MOSCOW]

Comparison of CCR5 knockout using Cas9
and Cpf1 CRISPR nucleases
P151

E Grueso [PAUL EHRLICH INSTITUT, LANGEN]
CRISPR/Cas9 mediated Fanca knockout
in a Sus scrofa (pig) cell line
P153

A F Hennig [CHARITÉ MEDICAL UNIVERSITY
BERLIN]

Optimisation of CRISPR/Cas9-mediated
knock-in of large inserts into the AAVS1
safe harbor locus

NEW TOOLS AND TECHNOLOGIES: GENE AND GENOME EDITING AND ENGINEERING

P145

L I Schwarze [UNIVERSITY MEDICAL CENTRE

P159

A Bruhat [INRA UMR-1019, UNH, INRA DE THEIX]
Regulating the expression of therapeutic
transgenes by controlled intake of dietary
essential amino acids
P161

H Adams [THERMO FISHER SCIENTIFIC,
WATHAM, MA]

Downstream purification solutions for viral
vectors: Enabling platform approaches to
advance cell and gene therapy
P163

J Wettengel [UNIVERSITY OF TÜBINGEN]
Recoding mutations by harnessing human
ADARs for site-directed RNA repair
P165

C C Schmelas [HEIDELBERG UNIVERSITY
HOSPITAL]

Enhanced genome editing using split Staphylococcus aureus Cas9 delivered in self-complementary Adeno-associated viral vectors
P167

M Luo [BLUEBIRDBIO, CAMBRIDGE, MA]
High-throughput fluorescent in situ hybridization (FISH) staining to determine vector
copy number in a single cell
P169

A Nousiainen [A.I.VIRTANEN INSTITUTE,
KUOPIO]

Lentivirus vector -mediated targeted
integration and homologous recombination
into ribosomal DNA
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P185

V Calbi [IRCCS SAN RAFFAELE SCIENTIFIC

STANDARDS AND CONTROL, POTTERS BAR]

INSTITUTE, MILAN]

Development of the first WHO lentiviral
vector standard: Towards the production
control and standardisation of lentivirus
based gene therapy products

Update on safety and efficacy of lentiviral
haematopoietic stem cell gene therapy
(HSC-GT) for metachromatic
leukodystrophy (MLD)
P187

P173

I Mancini [AMARNA THERAPEUTICS, LEIDEN]
Generation of a Vero-based packaging
cell line for the production of SV40 gene
delivery vector particles for use in clinical
gene therapy studies
P175

I A Yakovlev [HUMAN STEM CELLS INSTITUTE,
MOSCOW]

DNA and RNA editing of DYSF gene exon 26
for dysferlinopathy treatment
P177

L Jeanson-Leh [GENOSAFE, EVRY]
Quality control testing of AAV vectors, from
development to assay validation
P179

A van Oorschot [XENDO B.V., LEIDEN]
CMC focus during development of
vector-based gene-therapy products
P181

B Rehberger [FREELINE THERAPEUTICS,
LONDON]

Manufacturing of AAV-hFIX particles in an
iCELLis(®) 500 fixed-bed bioreactor meets
commercial-scale requirements
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M Peviani [DANA-FARBER/BOSTON CHILDREN’S
OCULAR AND CENTRAL NERVOUS SYSTEM GENE AND CELL THERAPY

NEW TOOLS AND TECHNOLOGIES: GENE AND GENOME EDITING AND ENGINEERING

P171

H Stepto [NATIONAL INSTITUTE OF BIOLOGICAL

CANCER AND BLOOD DISORDERS CENTRE, MA]

First evidence of efficacy of allogeneic
HSC transplantation in a mouse model of
infantile neuronal ceroid lipofuscinosis
(CLN1); pathway to promising HSC gene
therapy approaches
P189

A Bosch [AUTONOMOUS UNIVERSITY
OF BARCELONA]
Intrathecal AAVrh10 corrects biochemical
and histological hallmarks of mucopolysaccharidosis VII mice and improves behaviour
and survival
P191

M W Huston [SANGAMO THERAPEUTICS,
RICHMOND, CA]

Liver-based expression of the human
alpha-galactosidase A gene in a murine
Fabry model results in continuous high,
therapeutic levels of enzyme activity and
effective substrate reduction
P193

A Calabria [HSR-TIGET, MILAN]
Molecular characterisation of haematopoietic system reconstitution in metachromatic
leukodystrophy patients following
haematopoietic stem cell gene therapy

P195

P207

R J Chandler [NATIONAL INSTITUTES OF

D Sah [VOYAGER THERAPEUTICS, CAMBRIDGE, MA]
Translation of intrathecal delivery of
an AAV gene therapy targeting SOD1
for the treatment of ALS

HEALTH, BERTHESDA, MD]

Anc80 and SVP Rapamycin: A novel
approach to AAV gene therapy for
methylmalonic acidemia

P209

D Sah [VOYAGER THERAPEUTICS, CAMBRIDGE, MA]
Translation of intravenous delivery
of AAV gene therapy for the treatment
of CNS diseases

G De Sabbata [ICGEB, TRIESTE]
Development of a novel AAV vector
in combination with tolerogenic
nanoparticles for the treatment of
ornithine transcarbamylase deficiency

P211

P199

R Ferla [TIGEM, NAPLES]
Non clinical safety and efficacy of
a recombinant AAV2/8 vector administered
intravenously for treatment of
mucopolysaccharidosis type VI
P201

L Lagalice [ONIRIS, NANTES]
Impairment of skeletal muscle precursor in
Pompe disease: A challenge for the
next therapeutic strategies
P203

A D Sanlioglu [AKDENIZ UNIVERSITY CENTRE
FOR GENE AND CELL THERAPY]
TRAIL protects pancreatic beta cells against
the destructive effects of proinflammatory
cytokines in NIT-1 cells
P205

N Orefice [INSERM 1169, FONTENAY-AUX-ROSES]
Optogenerapy: When implant enters
the seringe era

REGENERATIVE THERAPIES

OCULAR AND CENTRAL NERVOUS SYSTEM GENE AND CELL THERAPY

P197

S Fisson [GENETHON, INSERM, EVRY]
Anti-transgene cellular immune reponses
can be induced by subretinal gene transfer
with rAAV in a dose-dependent manner
P215

A Galy [GENSIGHT-BIOLOGICS, PARIS]
78 week follow-up study results after
intravitreal rAAV2/2-ND4 (GS010) injection
in patients with vision loss due to G11778A
ND4 Leber Hereditary Optic Neuropathy.
P217

G J Ye [AGTC, ALACHA, FL]
Safety and efficacy of AAV2tYF-GRK1-hRPGR vectors in a canine model of RPGR-XLRP
P219

M Basche [UNIVERSITY COLLEGE LONDON]
Sustained gene therapy of the corneal
epithelium through AAV and lentiviral
transduction of limbal epithelial stem cells
P221

S Alves [BRAINVECTIS THERAPEUTICS, PARIS]
AAV-CYP46A1 is beneficial in Alzheimer’s
disease: From mice to non-human primates
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P223

P233

E A Spronck [UNIQURE BIOPHARMA B.V.,

JM Kim [CHUNG-ANG UNIVERSITY HOSPITAL]
The inhibition of microRNA 466b facilitates
neurological recovery in a rat intracerebral
haemorrhage model by activating
insulin-like growth factor pathway

AMSTERDAM]

AAV5-miHTT gene therapy demonstrates
sustained huntingtin lowering and
functional improvement in Huntington
disease mouse models

REGENERATIVE THERAPIES

C Monville [CECS I-STEM, EVRY]
Preclinical validation of a novel tissue
engineered product consisting in RPE
derived from human embryonic stem
cells disposed on human amniotic
membrane

P235
REGENERATIVE THERAPIES

P225

P227

S M kleine Holthaus [UNIVERSITY COLLEGE
LONDON]

P245
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T A Carter [VOYAGER THERAPEUTICS,
CAMBRIDGE, MA]

C Bouquet [GENSIGHT-BIOLOGICS PARIS]
Ocular tolerability of AAV2.7m8ChrimsonR-tdTomato (GS030-DP)
gene therapy product on blind rd1 mice
injected intravitreously and exposed to
595 nm LED light

F Udry [UNIVERSITY OF LAUSANNE]
Evaluation of iPS-derived retinal pigment
epithelium as a model for in vitro
lentiviral-based gene therapy
M Cho [YONSEI UNIVERSITY, SEOUL]
Characterisation of AAVr3.45 variant in
safety and efficacy aspects for preparing
human neural stem cell-based therapeutics

P229

P231

P237

P239

Brain-directed gene therapy prolongs
survival and attenuates the disease
phenotype in a mouse model of neuronal
ceroid lipofuscinosis

AAV gene delivery of an anti-Tau
antibody using a novel blood brain barrier
penetrant capsid in wild type and P301S
tauopathy mice

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Structural and functional features of the injured spinal cord tissue after transplantation
of microglia genetically modified with GDNF

C Scharler [PARACELSUS MEDICAL UNIVERSITY,
SALZBURG]

Stepwise maturation of human iPSC into
clonogenic immunosuppressive mesodermal
stromal progenitors identifies key
immunomodulatory pathways
P247

S Hochmann [PARACELSUS MEDICAL
UNIVERSITY, SALZBURG]
No identical stromal cells: Human stromal
progenitors from non-skeletal sources
display limited chondrogenic potential

P249

P261

S Hochmann [PARACELSUS MEDICAL

P Makarevich [LOMONOSOV MOSCOW STATE

UNIVERSITY, SALZBURG]

UNIVERSITY]

Addressing skin with IVT mRNA

Epicardial cardiac progenitor cell sheets
results in better structural integration and
neovascularisation than intramyocardial
injections

P251

N Ketterl [PARACELSUS MEDICAL UNIVERSITY,
SALZBURG]

P263

P253

G Salguero [INSTITUTO DISTRITAL
DE CIENCIA BIOETECNOLOGÍA E INNOVACIÓN
EN SALUD, BOGOTA]

Engineered extracellular vesicles derived
from human mesenchymal stromal cells
expressing CD9, show enhanced immune
supresion effects on inflammatory T cells
P255

H Y Lee [YONSEI UNIVERSITY]
Facilitated nerve regeneration by human
adipose-derived stem cell-attached
micropatches of heparin-based hydrogel
in a sciatic nerve injury model
P257

J Hlavaty [UNIVERSITY OF VETERINARY
MEDICINE VIENNA]
Cytokine-induced interleukin-1 receptor
antagonist protein expression in genetically
engineered equine mesenchymal stem cells
for osteoarthritis treatment
P259

R P Baptista [CELL THERAPY CATAPULT,
LONDON]

Development of cost efficient platforms for
the industrial manufacture of pluripotent
stem cell-derived products for cell therapy

P Mancheño-Corvo [TIGENIX SAU, MADRID]
In vitro demonstration of antibacterial
effect of expanded adipose stem cells (eASC)
STEM CELLS: BIOLOGY, MANIPULATION & REPROGRAMMING

STEM CELLS: BIOLOGY, MANIPULATION & REPROGRAMMING

A potency assay for monitoring the
immunomodulatory potential of stromal
cell-derived extracellular vesicles

P265

O DelaRosa [TIGENIX SAU, MADRID]
Understanding allo-sensitisation after local
administration of allogeneic adipose derived
stem cells (eASC)
P267

E A Naumenko [KAZAN FEDERAL UNIVERSITY]
Nanomodified biopolymer matrices as
carriers of stem cells for the regeneration
of tissue defects
P269

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Gene activated scaffolds promote reparative
osteogenesis in vivo
P271

P Berthet [CELLULAR DYNAMICS INTERNATIONAL,
MADISON, WI]

The generation of therapeutic iPSC banks:
GMP iPSC lines from common HLA
haplotypes
P273

D A Azizova [KAZAN FEDERAL UNIVERSITY]
The use of adipose derived stromal vascular
fraction in complex non-healing wounds of
soft tissues and bone defects in maxillofacial
surgery in dog
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P275

P291

G Cattaruzzi [VIVABIOCELL S.P.A., UDINE]
A novel automated, closed system solution
for simple, de-risked and cost-effective
autologous ATMP manufacturing: The NANT
001 bioreactor.

D Simão [IBET/ITQB-NOVA, LISBON]
A novel in vitro model to decode human
cardiac stem cells role in myocardial
ischemia reperfusion injury
P293

FOR GENE AND CELL THERAPY]

Glucagon like peptide-1 as an
antidiabetic gene therapy agent inducing
transdifferantiation of pancreatic
endocrine cells

P295

D Strunk [PARACELSUS MEDICAL UNIVERSITY,
SALZBURG]

P279

P Martin-Duque [UNIVERSITY FRANCISCO
DE VITORIA, MADRID]

The effect of PEGylated hollow gold
nanoparticles on stem cell migration:
Potential application in tissue regeneration
P281

J Wells [BIO-TECHNE, ABINGDON]
Development of consistent GMP-grade
growth factors and cytokines for cellular
therapeutics
P283

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Structural and functional effects of adipose
derived mesenchymal stem cells in a fibrin
matrix application in pigs with subacute
spinal cord injury
REGENERATIVE
THERAPIES

I O Shum [UNIVERSITY COLLEGE LONDON]
Generation of inner ear organoids from
pluripotent stem cells

H M Tasyurek [AKDENIZ UNIVERSITY CENTRE

P289

S Crippa [HSR-TIGET, MILAN]
Alterations of mesenchymal stromal
cells isolated from the bone marrow of
beta-thalassemia patients
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P277

Selection of tissue factor-deficient bone
marrow stromal cell transplants as a novel
strategy to improve therapeutic applicability
P297

M Rothe [HANNOVER MEDICAL SCHOOL]
Cdkn2a-/- cells for in vitro genotoxicity
assays
P299

A T El-Serafi [SHARJAH INSTITUTE FOR
MEDICAL RESEARCH]

Counteracting roles of epigenetic modifiers
in stem cell differentiation into the
adipogenic lineage
P301

B del Río [TIGENIX SAU, MADRID]
The anti-apoptotic role of adipose
mesenchymal stem cells (eASC) in PBMC
P303

P P Nimiritsky [LOMONOSOV MOSCOW STATE
UNIVERSITY]

Evaluation of mechanisms underlying
regenerative potential of cell sheets from
human mesenchymal stromal cells

P305

P323

H Chung [OSONG MEDICAL INNOVATION

N Laham Karam [A.I.VIRTANEN INSTITUTE,

FOUNDATION]

KUOPIO]

Quantitative tools for assessing the RT-PCR
for cell therapy products

A super-enhancer mediates endothelialspecific gene expression in the context
of lentiviral vectors.
M Volpin [HSR-TIGET, MILAN]
Improving the safety of lentiviral vector
integration with chromatin insulators

P309

P327

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
The effect of cisplatin and paclitaxel
on ultrastructure of adipose-derived
mesenchymal stem cells
P311

F A Khafizova [KAZAN FEDERAL UNIVERSITY]
The use of the membrane dye DiD to study
migration of mesenchymal stem cells applied
at the site of critical bone defect in rats
P317

A P Dane [FREELINE THERAPEUTICS, LONDON]
Pre-clinical evaluation of an engineered
AAV capsid designed to mediate higher
transduction of human hepatocytes
VECTOR DEVELOPMENT

P325

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Tescalcin overexpression influences
mesenchymal stem cell differentiation

P319

P Bouillé [FLASHCELL, TOULOUSE]
Efficient gene-editing into primary T cells
using a viral RNA delivery tool based on a
bacteriophage-lentivirus chimeras
P321

J S Boura [OXFORD BIOMEDICA]
Use of an automated cell screening system
for the generation of stable HIV-1 packaging
and producer cell lines for the manufacture
of lentiviral vectors

F B Thalheimer [PAUL EHRLICH INSTITUT,
LANGEN]

VECTOR DEVELOPMENT

REGENERATIVE THERAPIES

P307

Specific gene delivery into interneurons in
defined brain areas
P329

A Rossi [CIRI, INSERM U1111, CNRS UMR5308,
LYON]

Identifying and overcoming barriers limiting
AAV-mediated transduction of human
dendritic cells: Effect on immune
responses and gene transfer efficiency
P331

D Van Looveren [CATHOLIC UNIVERSITY,
LEUVEN]

Engineering next generation BET-independent MLV-vectors for safer gene therapy
P333

C Knevelman [OXFORD BIOMEDICA]
GMP manufacturing of lentiviral vectors:
Scale up considerations
P335

M Leskovec [BIA SEPARATIONS, AJDOVŠCINA]
Chromatographic separation of full and
empty AAV8 capsids
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P337

P349

M Leskovec [BIA SEPARATIONS,

J J Aponte [BIOMARIN PHARMACEUTICAL,

AJDOVŠCINA]

NOVATO, CA]

Chromatographic downstream processing of
viruses, virus-like particles and gene therapy
vectors using CIM® monolithic columns

Using a rAAV2-producing yeast system to
explore the impact of genetic factors on
vector yield and AAV DNA replication
P351

P339

A Maddalena [TIGEM, NAPLES]
High-throughput screening identifies kinase
inhibitors that increase dual AAV vectors
transduction efficiency

K Hein [CEVEC PHARMACEUTICALS GMBH,
COLOGNE]

A novel scalable production platform
for lentiviral vectors based on human
suspension cell lines

P353

P341

A M Frank [PAUL EHRLICH INSTITUT, LANGEN]
Selection of CD8 isoform-specific DARPins
for gene delivery

S Sanlioglu [AKDENIZ UNIVERSITY CENTRE

P343

P G Papayanni [GEORGE PAPANICOLAOU
HOSPITAL, THESSALONIKI]
The A1 chromatin insulator increases the
safety of a ß-globin lentiviral vector
P345

B Bradbury Lisa [PALL LIFE SCIENCES, PORT
WASHINGTON, NY]

A simple gel analytic method to monitor
purification of adenovirus infectious
vs non-infectious particles during the
screening stage of downstream process
development
P347

F du Plessis [UNIQURE BIOPHARMA B.V.,
AMSTERDAM]

Engineered AAV capsids are successfully
produced through the innovative approach
of combining directed evolution and the
BEVS expression system
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P355
VECTOR DEVELOPMENT

VECTOR DEVELOPMENT

FOR GENE AND CELL THERAPY]

Generation of a beta cell specific insulin
gene therapy vector for diabetes

S N Batasheva [KAZAN FEDERAL UNIVERSITY]
Nucleic acid complexes for targeted gene
delivery into cells
P357

E Gumuslu [AKDENIZ UNIVERSITY CENTRE FOR
GENE AND CELL THERAPY]
Development of a gene therapy vector to
provide insulin expression from induced
pluripotent stem cells
P359

M Schleef [BIELEFELD UNIVERSITY]
Minicircle goes viral – an overview
P361

N Heinz [EUFETS GMBH, IDAR-OBESTEIN]
Stable producer line for the production of
VSV.g pseudotyped lentiviral vectors
P363

M Ontiveros [AUTONOMOUS UNIVERSITY
OF BARCELONA]
Vector production unit: A technological
platform for the production of customized
high quality viral vectors

VECTOR DEVELOPMENT

P365

P381

T Van Reeth [DELPHI GENETICS, GOSSELIES]
Delphi Genetics: the Staby® technology to
improve bioproductions for gene therapy

Y Cai [AARHUS UNIVERSITY]
Harness the immune and gene editing
functions of in vitro synthesised gRNA
for anti-virus therapy

P367

G Valenti [MOLMED S.P.A., MILAN]
Lentiviral /retroviral vector manufacturing
production using disposable fixed-bed
bioreactors iCELLis® system

P383

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Gene therapy for the treatment of
suspensory ligament injury in horses:
Case report

P371

P373

NON VIRAL GENE THERAPY

T Ragot [UMR 8203, CNRS, UNIV. PARIS-SUD,
GUSTAVE ROUSSY, UNIVERSITÉ PARIS-SACLAY]
Association of adenovirus and metallic
particles formed during electropulsation
promotes virus entry in CAR-negative
cells by endocytosis
P375

H Sami [UNIVERSITY OF VIENNA]
Quantoplexes to track nucleic acid delivery:
biophysical properties, cell uptake and transfection in vitro and 3D-optical imaging in vivo
P377

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Surgical treatment of pseudoarthrosis of
long human tubular bones using geneactivated grafts: First clinical observations
P379

H Cai [MAX DEBRÜCK CENTRE FOR MOLECULAR
MEDICINE]

Optimisation of Sleeping Beauty transposon
system for gene therapy application to treat
age-related macular degeneration (AMD)

P385

W Chen [AUSTRALIAN RESEARCH COUNCIL
CENTRE OF EXCELLENCE FOR NANOSCALE
BIOPHOTONICS, MACQUARIE UNIVERSITY]
NON VIRAL GENE THERAPY

M Kropp [UNIVERSITY HOSPITALS OF GENEVA]
Development of GMP-compliant production
of freshly isolated and transfected iris
pigment epithelial (IPE) cells to treat
age-related macular degeneration (AMD)

Photochemically activated liposomal
platform for enhanced nuclei acids delivery
P387

J J Oh [HANYANG UNIVERSITY]
Synergistic effects of RAGE binding peptide
and heme oxygenase-1 gene delivery for
ischaemic stroke therapy
P389

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
In vitro angiogenic properties of plasmid
encoding SDF-1a and VEGF165 genes
P391

S N Batasheva [KAZAN FEDERAL UNIVERSITY]
Interaction of nucleotide phosphates and
polynucleotides with halloysite nanotubes
P393

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Generation and functional analysis in vitro
of recombinant pCMV-DYSF plasmid
encoding human DYSF gene
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18:45 - 20:15

n Blood disorders . . . . . . . . . . . . . . . . . . . . . . . . .  P002 TO P018
n Cancer gene therapy . . . . . . . . . . . . . . . . . . . .  P022 TO P078
n Cardiovascular, muscle and
pulmonary gene and cell therapy  . . . . . . . . .  P082 TO P100
n Disease modelling . . . . . . . . . . . . . . . . . . . . . . .  P104 TO P120
n Gene Editing . . . . . . . . . . . . . . . . . . . . . . . . . . .  P126 TO P152
n New tools and technologies: Gene
genome editing and engineering  . . . . . . . . .  P158 TO P180
n Metabolic and lysosomal storage diseases  .  P186 TO P202
n Ocular and central nervous
system gene and cell therapy . . . . . . . . . . . . .  P208 TO P240
n Regenerative therapies  . . . . . . . . . . . . . . . . . .  P246 TO P282
n Stem cells: Biology,
manipulation & reprogramming  . . . . . . . . . .  P288 TO P310
n Vector development . . . . . . . . . . . . . . . . . . . . .  P316 TO P366
n Non-viral gene therapy . . . . . . . . . . . . . . . . . .  P370 TO P394

Lower ground floor – A

Food & beverage
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P002

P014

D Cesana [HSR-TIGET, MILAN]
Expansion of human T regulatory cells by
lentiviral vector mediated expression of
STAT5B or BACH2 transcription factors

VACCINE INITIATIVE, NEW YORK]

A phase 1 trial of AAV1 vectored
immunoprophylaxis for HIV

MADRID]

BLOOD DISORDERS

P004

H C Gelderblom [INTERNATIONAL AIDS

C Mesa-Núñez [CIEMAT / CIBERER-ISCIII,

A Hazini [TECHNICAL UNIVERSITY BERLIN]
MicroRNA-regulated oncolytic coxsackievirus B3 against colorectal carcinoma

E Verhoeyen [CIRI; INSERM U1111AND C3M
INSERM U1065, NICE]

P012

O Quintana-Bustamante [CIEMAT /
CIBERER-ISCIII, MADRID]

Improve transduction conditions of GMPgrade lentiviral vector for pyruvate kinase
deficiency gene therapy clinical trial
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P024

E Ehrke-Schulz [WITTEN/HERDECKE
UNIVERSITY]
CANCER GENE THERAPY

BLOOD DISORDERS

P022

P008

E Almarza [CIEMAT / CIBERER-ISCIII, MADRID]
Towards the gene therapy of LAD-I
immunodeficient patients

J Lengler [SHIRE, VIENNA]
Correlation of in vitro and in vivo biopotency
assay for FIX AAV gene therapy vectors
E Payen [CEA, PARIS]
Ex-vivo selection of transduced
haematopoietic stem cells for gene
therapy of beta-haemoglobinopathies

R Biavasco [HSR-TIGET, MILAN]
BRAFV600E expression in haematopoietic
progenitors leads to senescence, myeloid
skewing and aggressive histiocytosis

P010

P016

P018

P006

BaEV-LVs transduce HSCs-derived human
progenitor T cells, allowing accelerated T cell
reconstitution in vivo and correction
of X-SCID progenitor T cells

Regulated CD18 expression in the
haematopoietic gene therapy of leukocyte
adhesion deficiency type I (LAD-I)

Adenoviral vectors armed with HPV
oncogene specific CRISPR/Cas9 for
treatment of HPV related cancers
P026

B M Pützer [ROSTOCK UNIVERSITY MEDICAL
CENTRE]

Targeting E2F1-downstream pathways in invasive bladder cancer for therapeutic intervention by combining CRISPR/Cas9-mediated genome editing and adenoviral vectors
P028

C Kai [THE UNIVERSITY OF TOKYO]
Development of oncolytic measles virus,
rMV-SLAMblind

P030

P044

P Brugada-Vilà [INSTITUT QUIMIC DE SARRIA,

R Vile [MAYO CLINIC, ROCHESTER, MN]
Inducing sensitivity to anti-PD-1 immune
checkpoint blockade in murine models of
melanoma and glioma

BARCELONA]

PBAE-coated AdNuPARmE1A: Overcoming
oncolytic virotherapy hurdles
P032

P046

J Meyer [HANNOVER MEDICAL SCHOOL]
Efficient killing of target cells in vitro by
transiently engineered chimeric antigen
receptor expressing natural killer cells

K Wisskirchen [HELMHOLTZ CENTRE MUNICH]
Hepatitis B virus-specific T cell receptors
with high functional avidity redirect T cells
to eliminate HBV

M Kang [CHUNGNAM NATIONAL UNIVERSITY]
Double suicide gene therapy using a
GaLV-pseudotyped semi-RRV; single-shot,
single-cycle suicide gene delivery system
for eradication of experimental
glioblastoma model
P036

Y Kim [YONSEI UNIVERSITY]
Mutagenic analysis of an AAV promoting
immune resistance and efficient gene
delivery
P040

S Kubo [HYOGO COLLEGE OF MEDICINE]
Retroviral replicating vector-mediated
prodrug activator gene therapy in an
experimental model of human osteosarcoma
P042

Y F Mei [UMEÅ UNIVERSITY]
Replication-competent adenovirus
11p vector armed with ADP gene at E1
region significantly improved tumour-killing
effect on metastatic prostate cells in vitro
and in vivo

P048

CANCER GENE THERAPY

CANCER GENE THERAPY

P034

A Pfeiffer [PAUL EHRLICH INSTITUTE, LANGEN]
In vivo generation of antigen-reactive
T cells for immunotherapy
P050

T Sutlu [SABANCI UNIVERSITY]
Engineering antigen-specific Natural Killer
cells via TCR gene transfer: A novel source
for adoptive immunotherapy
P052

R Monjezi [UNIVERSITY OF WÜRZBURG]
Enhanced engineering of chimeric
antigen receptor (CAR)-modified
T Cells using non-viral sleeping beauty
transposition from pFAR vectors
P054

R Monjezi [UNIVERSITY OF WÜRZBURG]
Sleeping Beauty meets CRISPR/Cas9:
Engineering of CAR-T cells with enhanced
therapeutic index using single-step,
fully non-viral gene-transfer and
genome-editing
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P056

P068

A Mades [PAUL EHRLICH INSTITUTE, LANGEN]
Direct delivery of Sleeping Beauty
transposase protein for stable integration
of chimeric antigen receptor-encoding
transposons from minicircle DNA vectors
in human T cells

Y Koyama [SHIN-YAMANOTE HOSPITAL]
Dendritic cell activation induced by “Artificial neoepitope”-presenting exosomes
derived from the genetically modified cells
P070

A Mucci [HSR-TIGET, MILAN]
Myeloid-based immunotherapy for cancer
mediated by locally expressed cytokines
delivered through transplantation of
genetically-engineered HSPC

P058

P060

J P W Heidbuechel [DKFZ / NCT HEIDELBERG,
HEIDELBERG]

Oncolytic virotherapy to enhance BiTE and
CAR efficacy against solid tumours
P062

A Barzel [TEL-AVIV UNIVERSITY]
Engineering T Cells and B cells for
immunotherapy using V(D)J recombination
P064

Y Miyahara [MIE UNIVERSITY]
A novel CAR-T therapy targeting
MAGE-A4p230-239/HLA-A*02:01 complex
for solid tumours
P066

T Abel [TXCELL, VALBONNE]
Designing the next generation of chimeric
antigen receptors for regulatory T cell
therapy through in silico modelling-guided
single chain Fv engineering
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P072
CANCER GENE THERAPY

CANCER GENE THERAPY

T Ito [SHIN-YAMANOTE HOSPITAL]
“Artificial neoepitope”-presenting exosomes
derived from the cells genetically modiﬁed
to express Mycobacterium tuberculosis
antigen as cellular immunity adjuvants

J Kuehle [CENTRE FOR MOLECULAR MEDICINE
COLOGNE]

T cell-directed enzyme-prodrug therapy
(TDEPT): CAR T cells engineered for tumourrestricted activation of cytotoxic prodrugs
P074

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Generation of genetically engineered
human mesenchymal stem cells expressing
immunomodulating cytokines and tumour
suppressor
P076

L Dunajová [OXFORD GENETICS LTD]
Generation of stable packaging and
producer cell lines for scalable lentiviral
vector production
P078

V Rossella [HSR-TIGET, MILAN]
Bone marrow aging: The mesenchymal
stromal cell compartment characterisation

C Figueiredo [HANNOVER MEDICAL SCHOOL]
Reducing the lung immunogenicity by
silencing MHC expression during ex vivo
perfusion
P086

A Dorronsoro [RESEARCH INSTITUE, LA FE,
The combination of cell and gene therapy
as new generation tool to boost MSC’s
immunosuppressive and tissue regeneration
properties
P094

E Gicquel [GENETHON, EVRY]
AAV-mediated gene transfer of FKRP for
therapy of LGMD2I

Muscle as a platform for gene replacement
of serum protein deficiencies
P100

P104

H Ibrahim [UNIVERSITY OF HELSINKI]
Modelling of RFX6 associated neonatal
diabetes using CRISPR/Cas9 edited
patient iPSCs

P090

VALENCIA]

MASSACHUSETTS MEDICAL SCHOOL]

Optimising long-term delivery of biological
pacemaker target genes

J Ceiler [DKFZ / NCT, HEIDELBERG]
Study of wild-type and recombinant AAV-2
integration within the mitochondrial genome

P092

P098

A M Gruntman [UNIVERSITY OF

CENTRE]

P088

O N Chernova [KAZAN FEDERAL UNIVERSITY]
Effects of Ad5-DYSF transduction on skeletal
muscles of dysferlin-deficient mice

K Piekarowicz [UNIVERSITY OF WROCLAW]
A muscle hybrid promoter provides specific
and effective gene expression after intramuscular and systemic delivery with AAV

L Cócera Ortega [LEIDEN UNIVERSITY MEDICAL

L Guianvarc’h [GENETHON, EVRY]
Optimisation of the triple transfection
process for potent AAV production in 200L
bioreactors

DISEASE MODELLING

CARDIOVASCULAR, MUSCLE AND PULMONARY GENE AND CELL THERAPY

P084

P096

CARDIOVASCULAR, MUSCLE AND
PULMONARY GENE AND CELL THERAPY

P082

E Ehrke-Schulz [WITTEN/HERDECKE UNIVERSITY]
Delivery of a multiplex CRISPR/Cas9
machinery for the treatment of Duchenne
muscular dystrophy with one single gene
deleted adenoviral vector

P106

G Guenechea [CIEMAT / CIBERER-ISCIII,
MADRID]

Generation and potential applications of a
haematopoietic stem cell model of X-linked
dyskeratosis congenita
P108

L Unrau [UNIVERSITY MEDICAL CENTRE
HAMBURG]
Insertional mutagenesis assisted by
oncogene expression induces liver tumour
formation in immunodeficient USB mice
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P110

P126

A T El-Serafi [SHARJAH INSTITUTE FOR

B C Houghton [UNIVERSITY COLLEGE LONDON,

MEDICAL RESEARCH]

GREAT ORMOND STREET HOSPITAL]

Stem cells differentiation into insulin
secreting cells under the influence of the
epigenetic modifiers 5-Aza-2’-Deoxycytidine
and suberanilohydroxamic acid

TALEN-mediated genome editing via
AAV6 donor in T cells for the treatment of
X-linked lymphoproliferative disease (XLP)
P128

P112

M Stefanidakis [EDITAS MEDICINE,

Y E Eksi [AKDENIZ UNIVERSITY CENTRE FOR

CAMBRIDGE, MA]

GENE AND CELL THERAPY]

Development of a subretinally delivered
CEP290-specific CRISPR medicine for the
treatment of Leber congenital amaurosis
10 (LCA10)

Development of MODY10 diabetic experimental animal model using CRISPR/Cas9
technology for insulin gene transfer studies

P130

P Berthet [CELLULAR DYNAMICS
INTERNATIONAL, MADISON, WI]

Human iPSC-derived midbrain dopaminergic neurons for disease modelling and cell
therapy
P116

P Tornabene [TIGEM, NAPLES]
Three-dimensional retinal culture to model
human inherited diseases
P118

U Rössler [CHARITÉ MEDICAL UNIVERSITY,

GENE EDITING

DISEASE MODELLING

P114

J Gao [WITTEN/HERDECKE UNIVERSITY]
Single vector transportation of CRISPR/Cas9
and donor DNA for homology directed repair of canine haemophilia B reveals higher
repair efficiencies than utilising two vectors
P132

T Cathomen [UNIVERSITY MEDICAL CENTRE
FREIBURG]

A highly efficient and GMP-compliant
protocol to manufacture CCR5-edited cells
to treat HIV infection
P134

BERLIN]

S König [INSTITUTE FOR TRANSFUSION

Osteoclasts differentiated from iPS cells
as a test system for gene therapeutic
approaches for CLCN7-related autosomal
recessive osteopetrosis

Allele-specific inactivation of autosomal-dominant STAT3 mutations

P120

Y Yun [YONSEI UNIVERSITY]
Strategy for personalised medicine based
on ALS patient-derived stem cells using
CRISPR/Cas9-mediated genome editing
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MEDICINE AND GENE THERAPY, FREIBURG]

P136

F MOREAU-GAUDRY [INSERM U1035,
BORDEAUX]

Novel protocol for highly efficient CRISPR/
Cas9 mediated gene correction with reduced
NHEJ rate

P138

P150

D Bachiller [CONSEJO SUPERIOR DE

OF GRANADA - JUNTA DE ANDALUCIA]

Correction and functional characterisation
of the p.F508del cystic fibrosis mutation in
patient-derived iPS cells

Comparison of ZFNs versus CRISPR specific
nucleases for genome edition of the
Wiskott-Aldrich syndrome locus

B Duchêne [CENTRE DE RECHERCHE

GENE EDITING

INVESTIGACIONES CIENTÍFICAS (CSIC)]

P140

P152

F Erendor [AKDENIZ UNIVERSITY CENTRE FOR
GENE AND CELL THERAPY]

Feldan Shuttle peptide mediated delivery of
Cas9/gRNAs complexes for the correction of
the dystrophin gene in the Tibialis anterior
of a Rag/mdx mouse model

Generation of a lentiviral vector encoding
vasoactive intestinal peptide for type 1
diabetes

P142
UNIVERSITY OF BORDEAUX]

Targeted gene editing for phenotypic
correction of primary hyperoxaluria type 1
P144

T Kocher [PARACELSUS MEDICAL
UNIVERSITY SALZBURG]

Highly efficient and safe CRISPR/Cas9n
double nicking-mediated KRT14 repair in
epidermolysis bullosa simplex keratinocytes
P146

C J Stephens [WASHINGTON UNIVERSITY IN
ST. LOUIS]

CRISPR/Cas9 targeted integration prolongs
gene expression in vivo
P148

M Garcia-Bravo [CIEMAT / CIBERER-ISCIII,
MADRID]

Gene correction of AGXT locus in a set of
primary hyperoxaluria type 1 patients
assisted by CRISPR/Cas9 system

NEW TOOLS AND TECHNOLOGIES: GENE AND GENOME EDITING AND ENGINEERING

DU CHU DE QUÉBEC]

J Estève [INSERM U1035,
GENE EDITING

S Sánchez-Hernández [GENYO - UNIVERSITY

P158

T Pesch [ETH ZÜRICH]
In vivo lineage tracing of adoptively
transferred lymphocytes using genetically
encoded cellular barcodes
P160

J Liefhebber [UNIQURE BIOPHARMA B.V.,
AMSTERDAM]

Development and characterisation of
MFP-inducible GeneSwitch system for AAV5
gene therapy of chronic diseases in the liver
P162

D Seimetz [BIOPHARMA EXCELLENCE,
MUNICH]

What can we learn from case studies
to address development and approval
challenges of ATMPs
P164

B Fehse [UMC HAMBURG-EPPENDORF]
Optical barcoding for clonal cell tracking by
flow cytometry
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P166

P186

U Koller [PARACELSUS MEDICAL

A Ribera [AUTONOMOUS UNIVERSITY

UNIVERSITY SALZBURG]

BARCELONA-CBATEG]

Enhanced genome editing using split
Staphylococcus aureus Cas9 delivered in
self-complementary AAV vectors

Correction of visual and auditory function
by AAV9-mediated gene therapy in a mouse
model of mucopolysaccharidosis type IIIB

C Domenger [HEIDELBERG UNIVERSITY HOSPITAL]
Post-transcriptional fine-tuning of AAV
vector gene expression for haemophilia
A gene therapy
P172

I M Taylor [SOLENTIM LIMITED, WIMBORNE]
A new platform for high efficiency single cell
deposition with in-situ image verification
P174

Y Kanegae [JIKEI UNIVERSITY]
The novel elimination system of HBV DNA
using adenovirus vector expressing Cas9 and
guide RNAs
P176

H B Olgun [AKDENIZ UNIVERSITY CENTRE FOR
GENE AND CELL THERAPY]

A practical method for production and
purification of 3rd generation HIV based
lentiviral vectors for in vivo applications
P178

H Hermsen [XENDO B.V., LEIDEN]
Complex bridging and comparability
strategies to implement gene therapy
design modifications
P180

K Holden [SYNTHEGO, REDWOOD CITY]
Synthetic sgRNA enables highly efficient
CRISPR editing of primary cells for
therapeutic applications
110 ESGCT XXV Anniversary Congress

P188

G Ronzitti [INTEGRARE, GENETHON, INSERM,
UNIV EVRY, UNIVERSITÉ PARIS-SACLAY]
OCULAR AND CENTRAL NERVOUS SYSTEM GENE AND CELL THERAPY

NEW TOOLS AND TECHNOLOGIES: GENE AND GENOME EDITING AND ENGINEERING

P168

Rescue of GSDIII phenotype with gene
transfer requires liver- and muscle- targeted
GDE expression
P190

R S McIvor [IMMUSOFT CORPORATION,
SEATTLE, WA]

Correction of storage disease in MPS I
mice by adoptive transfer of human B cells
engineered for human iduronidase expression using the Sleeping Beauty transposon
system
P192

B Gentner [HSR-TIGET, MILAN]
Ex vivo HSC-based gene therapy for
mucopolysaccharidosis type I
P194

C T Nicolas [MAYO CLINIC, ROCHESTER, MN]
In utero correction of hereditary tyrosinemia
type 1 in mice through liver-directed
lentiviral gene therapy
P196

S J Aronson [TYTGAT INSTITUTE, AMSTERDAM]
Clinical screening and assessment of
pre-existing immunity against AAV in
patients with Crigler-Najjar syndrome

P200

F Ornaghi [HSR-TIGET, MILAN]
Neuronal and glial cells derived from a
murine model of GM2-gangliosidosis
display typical hallmarks of pathology and
represent a valuable model to test gene
therapy strategies

P216

M G Toscano [AMARNA THERAPEUTICS,
LEIDEN]

SV40 gene delivery vectors provide effective
transgene expression in the eye

P202

M Hocquemiller [LYSOGENE, PARIS]
Widespread brain distribution of SGSH
enzyme in canine brain following white
matter injection of LYS-SAF302, an
AAVrh.10-SGSH vector
P208

B K Kaspar [NATIONWIDE CHILDREN’S
HOSPITAL, COLUMBUS, OH]
Extensive dose ranging study of AVXS-101
in the severe d7 SMA mouse model
REGENERATIVE THERAPIES

P214

C Bouquet [GENSIGHT BIOLOGICS, PARIS]
Toxicity, immunogenicity and biodistribution
of AAV2.7m8-ChrimsonR-tdTomato
(GS030-DP) gene therapy product after
bilateral intravitreal administration in
non-human primates

P210

C Bouquet [GENSIGHT BIOLOGICS, PARIS]
Humoral and cellular immune responses to
AAV2 and ocular inflammation in patients
after intravitreal injection of rAAV2/2-ND4
(GS010), an investigational gene therapy for
the treatment of ND4 LHON
P212

D Sah [VOYAGER THERAPEUTICS, CAMBRIDGE,
MA]

Selection of an AAV gene therapy
targeting huntingtin for the treatment of
Huntington’s disease

P218
REGENERATIVE THERAPIES

OCULAR AND CENTRAL NERVOUS SYSTEM GENE AND CELL THERAPY

P198

I Azario [UNIVERSITY OF MILANO-BICOCCA]
Neonatal umbilical cord blood transplantation halts disease progression in the murine
model of MPS-I

J Telfer [MEIRAGTX, LONDON]
Efficacy assessment and pre-clinical
toxicology of AAV2/8-hCARp.hCNGB3, a
CNGB3 gene therapy vector
P220

A Georgiadis [UNIVERSITY COLLEGE LONDON]
Pre-clinical toxicology of AAV2/5-OPTIRPE65, an optimised RPE65 gene therapy
vector
P222

H Khabou [SORBONNE UNIVERSITÉS, UPMC
UNIV PARIS 06, INSERM, CNRS]

Non-invasive foveal gene therapy for vision
restoration : Making the blind see again
P224

J E Wagner [LUDWIG MAXIMILIAN
UNIVERSITY MUNICH]

Preclinical evaluation of rAAV.CNGB1
in the Cngb1 knockout mouse model of
Retinitis pigmentosa
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P226

P228

M Gasmi [ADVERUM BIOTECHNOLOGIES, INC.,
MENLO PARK, CA]

Long-term functional delivery of the human
L-opsin cDNA via intravitreal administration
of an AAV vector in Mongolian gerbils

P238

M Cobo [GENYO- UNIVERSITY OF GRANADA REGENERATIVE THERAPIES

A J Smith [UNIVERSITY COLLEGE LONDON]
Efficacy and safety of AAV2/5-hRKp.RPGR
to treat X-linked retinitis pigmentosa

S Kim [YONSEI UNIVERSITY, SEOUL]
Inverted quasi-spherical three-dimensional
cell culture systems for ex vivo
gene-cell therapy
P232

J Ribeiro [UNIVERSITY COLLEGE LONDON]
Transplantation of mouse ESC-derived
photoreceptor precursors into AIPL1-/mouse model of retinal degeneration
P234

L Agundez [UNIVERSITY COLLEGE LONDON]
Exploring the potential of AAV-delivered
CRISPR/Cas9 and iPS cells as a therapy for
LCA-CEP290
P236

M Aristorena [UNIVERSITY COLLEGE LONDON]
AAV mediated gene therapy to treat loss of
vision in CLN2 (Batten disease)

Preclinical studies of LentiVIP transduced
mesenchymal stromal cells for the treatment of multiple sclerosis
P240

D Y Baek [YONSEI UNIVERSITY]
Combined application of induced neural
stem cell, valproic acid and gene therapy in
neurologic model
P246

W L Di [UNIVERSITY COLLEGE LONDON, GREAT
ORMOND STREET HOSPITAL]
STEM CELLS: BIOLOGY, MANIPULATION & REPROGRAMMING

REGENERATIVE THERAPIES

P230

JUNTA DE ANDALUCIA]

Phase 1 feasibility and safety study of ex
vivo lentiviral gene-modified epidermal
grafts for Netherton syndrome
P248

R Blázquez [JUMISE, CÁCERES]
MSCs modulate the inflammatory response
after surgical meshes implantation
P250

R Blázquez [JUMISE, CÁCERES]
TGF-ß mediated immunomodulatory activity
of exosomes derived from endometrial
mesenchymal stem cells
P252

P I Makarevich [LOMONOSOV MOSCOW
STATE UNIVERSITY]
Adipose mesenchymal stromal cell
sheets accelerate healing in rat model
of deep wound
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P254

P266

G D Sagaradze [LOMONOSOV MOSCOW STATE

F A Khafizova [KAZAN FEDERAL UNIVERSITY]
The study of interaction between barrier
membranes and soft tissues in the oral
cavity of dogs

UNIVERSITY]

Development of combined biomaterial
based on human mesenchymal stem/stromal
cell secreted products for spermatogenesis
recovery

P268

H L Lee [YONSEI UNIVERSITY, SEOUL]
Hypoxia-specific VEGF-expressing system
using erythropoietic enhancer lead to
recovery of neuropathic pain

O A Makarevich [LOMONOSOV MOSCOW
STATE UNIVERSITY]
Evaluation of angiogenic properties of MSC
conditioned media combined with collagen
P258

L Garcia Perez [LEIDEN UNIVERSITY MEDICAL
CENTRE]

Reducing stem cell conditioning for SCID
gene therapy
P260

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Use of the active 3D matrix in combination
with gene and cell therapy to stimulate skin
regeneration
P262

F A Khafizova [KAZAN FEDERAL UNIVERSITY]
Application of nanostructural granules
“nitigran” with mesenchymal stem cells
in dentistry
P264

A Hochreiter [PARACELSUS MEDICAL
UNIVERSITY SALZBURG]

Regenerative potential of periosteumderived stromal cells
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P256

P270

K R Nash [UNIVERSITY OF SOUTH FLORIDA,
TAMPA]

Expression of human UBE3a Via AAV5
recovers spatial learning and synaptic
plasticity deficits in a model of Angelman
syndrome
P272

A Follenzi [UNIVERSITY OF PIEMONTE
ORIENTALE]

Application of combined gene and cell
therapy within an implantable therapeutic
device for the treatment of severe haemophilia A
P274

S Bobis-Wozowicz [JAGIELLONIAN
UNIVERSITY, KRAKOW]

Hypoxia pre-conditioning enhances cardiac
differentiation ability of human induced
pluripotent stem cells
P276

E V Rozhina [KAZAN FEDERAL UNIVERSITY]
Enhanced dark-field microscopy for
visualization of magnetic nanoparticles in
multicellular spheroids
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P278

S Szczypka Mark [PALL LIFE SCIENCES, PORT
WASHINGTON, NEW YORK]

Cost of goods modelling for large scale
mesenchymal stem cell expansion

P280

P298

L Mustapha [LAUSANNE UNIVERSITY
HOSPITAL]

A B Carrillo-Gálvez [GENYO- UNIVERSITY OF

A concept of biocontainment for GMP cell
production applied in a public hospital

GRANADA - JUNTA DE ANDALUCIA]

Glycoprotein A repetitions predominant
(GARP) is a key molecule for the
proliferation and survival of multipotent
mesenchymal stromal cells (MSC): A
potential role in the DNA damage response

P282

E V Rozhina [KAZAN FEDERAL UNIVERSITY]
Cell surface modification with
polyelectrolyte and nanoclay
P288

S Scala [HSR-TIGET, MILAN]
Clonal tracking of haematopoietic stem and
progenitor cells in vivo in humans
P290

S Y Lim [ST VINCENT’S INSTITUTE OF MEDICAL
RESEARCH, MELBOURNE, VI]
REGENERATIVE THERAPIES

P296

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Cytochlasin B-induced membrane vesicles as
vector for the bioactive molecules delivery

Biologically active composition of human
W8B2+ cardiac stem cell secretome
P292

O DelaRosa [TIGENIX SAU, MADRID]
Low risk of allo-sensitisation after
intravenous administration of allogeneic
adipose derived stem cells (ASCs)
P294

E Metzler [CHARITÉ MEDICAL UNIVERSITY AND
THE MAX DELBRÜCK CENTRE FOR MOLECULAR
MEDICINE, BERLIN]

iPSC generation and redifferentiation
into satellite cells is dependent on cell type
of origin?
114 ESGCT XXV Anniversary Congress
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REGENERATIVE THERAPIES
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Poster session 2 Thursday 19 October 2017

P Martin-Duque [UNIVERSITY FRANCISCO DE
VITORIA, MADRID]

Placental MSCs and their derivatives as
vehicles for the Na/I symporter (hNIS):
A new antitumoral therapy
P302

V Capo [HSR-TIGET, MILAN]
Lentiviral vector gene therapy rescues bone
resorption activity of TCIRG1-defective
osteoclasts
P304

N Davoodian [HORMOZGAN UNIVERSITY OF
MEDICAL SCIENCES, BANDAR ABBAS]

A protocol for production of functionally
active hepatocyte-like cells from human
adipose tissue derived stem cells
P306

M Pianella [GSK, BRENTFORD]
Evaluation of Asymptote’s VIA Thaw for
cryovials to achieve automated thawing
of cryopreserved TF-1 cells

REGENERATIVE THERAPIES

P308

P324

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Modulation of the umbilical cord blood cells
secretome using recombinant adenovirus
encoding VEGF165

E Horowitz [VOYAGER THERAPEUTICS,
CAMBRIDGE, MA]

Enabling large-scale manufacturing of
rAAV vectors with the baculovirus/Sf9
production system

P310

P326

I D Guryanov [KAZAN FEDERAL UNIVERSITY]
Polymer-stabilised magnetic nanoparticles
as the instrument of cell transplantology

A Herrmann [HEIDELBERG UNIVERSITY]
Selection of AAV capsid libraries in cellular
subpopulations within the liver

P316

P328

D Salas [UNIVERSITY OF NAVARRA, PAMPLONA]
Successful repeated hepatic gene delivery in
non-human primates achieved with AAV5
by use of immune adsorption

VECTOR DEVELOPMENT

LANGEN]

A screening procedure identifying DARPins
suitable for the retargeting of lentiviral and
AAV vectors
P320

N Meumann [HANNOVER MEDICAL SCHOOL]
Identification and characterisation of novel
liver-directed AAV capsid variants exhibiting
highly improved liver transduction features
P322

A P Dane [UNIVERSITY COLLEGE LONDON]
Analysis of the diversity of antibody
response towards AAV8 capsid protein
over time following a single administration
of scAAV2/8-LP1-hFIXco in subjects with
severe haemophilia B

NAY-AUX-ROSES]

VECTOR DEVELOPMENT

P318

J Hartmann [PAUL EHRLICH INSTITUTE,

N S Orefice [INSERM 1169, FONTEAAV vectors conjugated to exosomes guide
to more spreading and neuronal tropism;
in vivo endomicroscopy assessment.
P330

K Benabdellah [GENYO, GRANADA]
The impact of SAR- and HS4-based insulators on the titer and transgene expression
of non-integrating lentiviral vectors
P332

R Xicluna [INSERM U1089, NANTES]
Assessment of anti-AAV T cell responses
against AAV 2, 4, 5, 8, and 9 serotypes in
the general human population using the
ELISpot-based technology
P334

Y Lad [OXFORD BIOMEDICA]
Large-scale production of lentiviral vectors
for use in therapeutic applications
P336

M Penaud-Budloo [INSERM UMR 1089,
NANTES]

The assembly-activating protein is essential
for capsid assembly of AAV in insect cells
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P338

P352

Y Dickx [GENETHON, EVRY]
Identification of supplementary capsid-like
proteins in various rAAV serotypes produced
with the baculovirus/insect cell expression
system

A Galy [UMR_S951, GENETHON, INSERM,
UNIV EVRY, EPHE]

Establishment of standards for lentiviral
gene therapy products
P354

P340

G R Jayandharan [INDIAN INSTITUTE OF
TECHNOLOGY KANPUR]

D Fenard [TXCELL, VALBONNE]
Combination of transduction enhancers
with Ecotropic-MLV pseudotyped lentiviral
vectors enables highly efficient transfer of
chimeric antigen receptors into murine
T effector and T regulatory lymphocytes

Genotyping and distribution of naturally
occurring AAVs infecting human tissue
P356

A Kusuma [CEVEC PHARMACEUTICALS GMBH,
COLOGNE]

F Dorange [GENETHON, EVRY]
Comparison between qPCR and ddPCR for
AAV vector genome quantification
P344

V Lukashchuk [COBRA BIOLOGICS, KEELE]
Development of a safe AAV manufacture
platform using next-generation DNA
technologies
P346

A Westhaus [CHILDREN’S MEDICAL RESEARCH
INSTITUTE, WESTMEAD, NEW SOUTH WALES]

In vitro testing system for evaluation of
rAAV capsid variants based on the efficiency
of homologous recombination
P348

M Volpin [HSR-TIGET, MILAN]
Multidimensional vector interaction capture
to study the effects of SIN.LVs and chromatin insulators on the cellular genome
P350

D Nestic [RUDER BOŠKOVIC INSTITUTE, ZAGREB]
Measuring innate immune response in
epithelial cells after adenovirus infection
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P342

A novel scalable production platform for
rAAV vectors based on human suspension
cell lines
P358

S Kim [INJE UNIVERSITY & CHUNGNAM
NATIONAL UNIVERSITY]

Intraventricular injection of the neonatal
mouse brain with AAV-DJ/8 and lentiviral
vectors
P360

M Leskovec [BIA SEPARATIONS, AJDOVŠCINA]
PATfixTM - At-line monitoring of impurities
and critical quality attributes in biopharmaceutical up-and downstream processes
using HPLC fingerprinting
P362

S A Chanas [GSK, BRENTFORD]
Stable producer cell lines for lentiviral vector
manufacture
P364

R F Clayton [BIORELIANCE, GLASGOW]
Detection of Zika virus in raw materials and
cell banks for use in the manufacture of
biologicals and novel ATMPs

VECTOR
DEVELOPMENT

P366

P382

P Belguise [POLYPLUS TRANSFECTION, ILLKIRCH]
Optimised PEI-mediated production of
clinical grade viral vectors, PEIpro® and
PEIpro®-HQ

H M Grisch-Chan [UNIVERSITY CHILDREN’S
HOSPITAL ZÜRICH]

Naked-DNA minicircle-vector gene
transfer to periportal hepatocytes
corrects ureagenesis in ornithine
transcarbamylase-deficient spfash mice

P370

T Le Gall [INSERM U1078, UFR MÉDECINE,

P384

UBO, BREST]

Hydrodynamic limb vein injection of a
neutral amphiphilic triblock copolymer promotes delivery of a mini-dystrophin plasmid
DNA in skeletal muscles of mdx mice

P Martin-Duque [UNIVERSITY FRANCISCO
DE VITORIA, MADRID]

Polymer funcionalised gold nanoparticles
as non-viral gene delivery reagents

P372

P386

T Le Gall [INSERM U1078, UFR MÉDECINE, UBO,
New lipid derivatives of NHC-silver complexes: Potential interests for cystic fibrosis
P374
NON VIRAL GENE THERAPY

J Gruber [GERMAN PRIMATES CENTRE,
GÖTTINGEN]

Retargeted JCV derived virus-like particles
as an efficient tool for directed delivery
P376

S Diarra [UNIVERSITY HOSPITAL RWTH AACHEN]
Efficient electrotransfer-mediated
transfection of retinal pigment epithelial
cells and retinas of the rd10 mouse model
using the non-viral Sleeping Beauty t
ransposon system
P378

A García-Pérez [MAX DELBRÜCK CENTRE
FOR MOLECULAR MEDICINE, BERLIN]
Using non-viral gene delivery by Sleeping
Beauty to generate hHCN4-expressing
hiPSCs as platform for pacemaker
cardiomyocytes differentiation.
P380

S Asayama

NON VIRAL GENE THERAPY

BREST]

C X Piao [HANYANG UNIVERSITY]
Adiponectin gene delivery using a polymeric
gene carrier modulates inflammation of
acute lung injury
P388

M K Kim [HANYANG UNIVERSITY]
Curcumin loaded DA3 as a carrier of
the antagomir for the inhibition of
micrRNA-21 in glioblastoma
P390

L Sendra [RESEARCH INSTITUTE, LA FE,
VALENCIA]

Hydrodynamic IL10 gene transfer in human
colon: Results from an ex vivo study with
potential application in Crohn’s disease
P392

A A Rizvanov [KAZAN FEDERAL UNIVERSITY]
Generation of plasmid vector encoding VEGF
and FGF10 for gene therapy of lung fibrosis
P394

V Kedinger [POLYPLUS TRANSFECTION,
ILLKIRCH]

An alternative to viral vectors for gene
and cell therapies, in vivo-jetPEI®

[TOKYO METROPOLITAN UNIVERSITY]

Biocompatible highly condensed plasmid
DNA for in vivo diffusive delivery

ESGCT XXV Anniversary Congress 117

The European Society of Gene and Cell Therapy has,
as its objective, the promotion of science and research.

GERMANY
office@bsgct.org.uk

hildegard.buening@uk-koeln.de

For further information and future events:

For further information and future events:

www.bsgct.org

www.dg-gt.de

FRANCE

FINLAND

UNITED KINGDOM

We achieve this in part through scientific and educational activities, in particular
through measures aimed at the promotion and the exchange of information
and ideas with regard to gene therapy, cell therapy, genetic vaccination, the
encouragement of research fields, and clinical applications. As such we would
like to support the activities of national societies that share this goal – please
see below for information and contact details of some national societies to
help you, should you wish to get in touch with any of them.

office@sftcg.fr

For further information and future events:

For further information and future events:

www.sftcg.fr

SPAIN

THE NETHERLANDS

www.fsgt.fi

p.j.bosma@amc.uva.nl

For further information and future events:

www.nvgct.nl

office@setgyc.es

For further information and future events:

www.setgyc.es

For your society,
there are no limits

Your partner in:
Society Management
Finance to fundraising, members to marketing and everything
in between; we can launch, incubate and grow your society

Congresses and Events
From the smallest meeting to your annual congress; we make
every element of your event exceptional

Outreach and Education
Helping you reach out to, and engage with, new audiences:
from the public to politicians

Philanthropy
Investing in projects that bring science to life for everyone

www.wats-on.co.uk
We are the Society Managers and Congress Organisers for the
ESGCT. Come to the registration desk to say hello!

Congress locations and routes

Berlin
Conference
Centre

Radisson
Blu hotel
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Käfer
restaurant

Umspannwerk

Gaëlle’s Berlin boho walk
Follow Vera Brittain Ufer... along the Spree...
left onto Monbijoustraße... then left onto
Oranienburg... right onto Tucholsky... then
right onto August... turn right on Große
Hamburger... turn left on Sophienstraße...
then right onto Rosenthaler.
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ESGCT
ESGCT
INITIATIVES
INITIATIVES
ESGCT AWARDS
ESGCT awards acknowledge achievements
at student level all the way to eminence in
longer-standing careers. Categories include:

• ESGCT Outstanding Achievement
• ESGCT Travel Grants for Best
Scoring Abstract
• ESGCT Young Investigator
(sponsored at national
society meetings)

• ESGCT SciComm Award
• ESGCT Young Investigator
• Public Engagement Award
• Mentor
• Vox Populi: Best Poster

Find out more about all these initiatives, including previous award
winners and eligibility at esgct.eu
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WWW.ESGCT.EU

STUDENT
BOARD MEMBERS

Newly launched, the ESGCT
blog is written by members
and guest bloggers and
covers all themes related
to gene and cell therapy;
from fundamental science
to patient and public
engagement. Read it on our
website and get in touch if
you would like to contribute!

Our Student Board Members
Joost van Haasteren and Larisa Condurat
represent Young Investigators at ESGCT
Board level. If you have any comments and
ideas, please send them their way. You can
email them: joost@esgct.eu and larisa@
esgct.eu or better yet, come see them
at the ESGCT booth!

THE INTERACTIVE GENE & CELL
THERAPY COMMUNITY HEATMAP
The interactive Gene & Cell Therapy
Community Heatmap on our website
shows where in Europe a
growing number of academic
institutions, biotech and
pharmaceutical companies,
non-profits and other organisations
are working to bring new
treatments to patients. Learn
who to ask for advice or find
your next collaboration in
a few clicks!
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Challenging the inevitability
of genetic disease by striving
to discover, develop and
deliver treatments in ways
unimaginable – until now.

Our goal is to reawaken healthy biologic processes by investigating the potential
of the one-time administration of gene therapies, and spark a transformation for
people affected by genetic diseases where no, or only palliative, therapies exist.
We are working to address a range of debilitating genetic diseases, including
inherited retinal diseases (IRDs), liver-mediated diseases, such as hemophilia,
and neurodegenerative diseases. Our approach to gene therapy is to investigate
potential treatments that go to an inherited disease at its root by augmenting,
replacing or suppressing the function of a mutated gene.

sparktx.com

© 2017, Spark Therapeutics
P-SPK-US-810013
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