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FINLANDIA HALL
Finlandia Hall, Mannerheimintie
Finlandia Hall is a masterpiece by the renowned
Finnish architect Alvar Aalto. Its combination
of an all-embracing aesthetic vision, distinctive
atmosphere and functionality is unique. Its location
in a park by the sea in the centre of Helsinki
provides the final touch to a building that has no
equal, either in Finland or anywhere else.
Tel: +358 9 40241
Email: servicepoint@finlandiatalo.fi
www.finlandiatalo.fi

Speaker ready room:
Orchestra lounge (next to the main auditorium)

Registration & Information Desk
For payment and membership queries and any other
information regarding the Congress:
Thursday 17 September 08.00–20.00
Friday 18 September 08.00–20.00
Saturday 19 September 08.00–20.00
Sunday 20 September 08.30–14.30

Tourism Information Desk
Located next to Registration Desk.
Thursday 17 September 15.30–17.00
Friday 18 September 10.00–16.00
Saturday 19 September 10.00–17.00
Sunday 20 September – closed

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

In case of emergency, contact:
Gaëlle Jamar, Event Manager
Tel: +44 7766 475379
Email: office@esgct.eu

Cybertastic café:
Located on the ground floor just behind the
reception desk by the back entrance.
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WIFI name: FINLANDIA HALL
There is no password
There is also free wifi at various hotspots in
the city: see www.visithelsinki.fi/en/come/
welcome-to-helsinki/free-wifi-in-helsinki.
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Taxis:
Taksi-Helsinki: tel +358 (0)100 0700
Lähitaksi: tel +358 (0)100 7300. You can
also order a taxi online with the application
“lähitaksi”. Available for Android and iOS.
Kovanen: tel +358 200 6060
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Tram/Bus timetables: www.hsl.fi/en
Speaker hotel information:
Scandic Park Helsinki, Mannerheimintie 46,
00260 Helsinki
Tel: +358 9 4737 1
Fax: +358 9 4737 2211
Email: parkhelsinki@scandichotels.com
www.scandichotels.com
For more information about visiting Helsinki see
page 64 or www.visithelsinki.fi/en. See inside
back cover for map of Helsinki.

© CITY SURVEY DIVISION, HELSINKI

Welcome to...

Free first ride (up to €15) for new users using
the code ESGCT15. See www.uber.com.
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500m
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We could not run this meeting without the help of all our partners. Thank you!
Platinum partners

Gold partners

Silver partners

Congress supporters
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ESGCT EXCELLENCE AWARDS
We are delighted to present an exceptional field of award-winners in 2015

Outstanding Achievement
Luigi Naldini, HSR TIGET, San Raffaele Telethon Institute for
Gene Therapy, Milan
INV084 Gene transfer by lentiviral vectors and gene
editing from bench to bedside

Young Investigator
Francesco Saverio Tedesco, University College London
OR079 Reprogramming, iPS cells and human artificial
chromosomes for gene and cell therapy of muscular
dystrophy and beyond

Travel Grants
 nnita Montepeloso, HSR TIGET, San Raffaele Telethon Institute for Gene
A
Therapy, Milan
Serena Scala, H
 SR TIGET, San Raffaele Telethon Institute for Gene Therapy, Milan
Lucia Sereni, Vita-Salute San Raffaele University; HSR TIGET, San Raffaele Telethon
Institute for Gene Therapy, Milan
Akiko Makino, Kyoto University
I rène Gil-Farina, D
 KFZ and National Center of Tumor Diseases (NCT) Heidelberg
Jessica Hartmann, Paul Ehrlich Institute, Langen

Carles Calatayud Aristoy, Institut de Biomedicina Universitat de Barcelona;
Institute for Bioengineering of Catalonia (IBEC)
Antonio Miguel Matas, Universidad de Valencia

Romain Fol, INSERM U1169 / MIRCen CEA Fontenay aux Roses, Université Paris-Sud;
Université Paris Descartes
Tayebeh Soheili, Institut Imagine, Inserm U1163, Paris
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WELCOME ADDRESS
On behalf of the European Society of Gene
and Cell Therapy (ESGCT) and the Finnish
Society of Gene Therapy (FSGT) it is our
pleasure to welcome you to the beautiful
city of Helsinki for the Annual Congress 2015.
During the last few years the field of gene
and cell therapy has seen tremendous
improvements in technologies, vectors,
delivery methods and treatment
applications for a wide variety of diseases.
Advances in stem cell biology, better
understanding of the principles of tissue
regeneration and immunological aspects
related to therapies, and of the structure and
function of the human genome in general,
have advanced the field much faster than
anybody could have anticipated a few
years ago. Encouraging early clinical results
in several rare inherited diseases, such as
hemophilia, immune deficiencies, retinal
diseases, storage diseases, neurological
diseases and adaptive immune therapy for
cancer, have already been obtained. While
we still lack definite proof of long-term
safety and efficacy of these new therapies,
it is evident that risk–benefit analysis in at
least some serious diseases has begun to
favour gene therapy applications.
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With increasing numbers of clinical
successes and promising new research
leads, gene and cell therapy is a rapidly
growing field. While it is clear that these
therapies are still in their early days, we
look forward to further advancements and
discoveries in basic technologies that would
allow more efficient and safer gene transfer,
strict regulation of transgene expression
and precise genome editing. Further
understanding of the immunological
aspects related to the vectors, transgenes
and cell products will undoubtedly be
helpful for the development of clinical
applications. At the same time the fast
progress in large-scale manufacturing
technologies has enabled the expansion of
gene therapy applications to major chronic
diseases, such as cancer, cardiovascular
and inflammatory diseases, making them
now realistic targets for gene and cell
therapy. Appropriate preclinical models,
standardised preclinical data dossiers
and predictable regulatory processes will
further help to make these new therapeutic
approaches a clinical reality.
Today, gene and cell therapy research
is strong in the Nordic countries. FSGT,
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founded in 1999, supports and promotes
gene and cell therapy research in Finland.
Some examples of the Nordic research can
be found in the Nordic Issue of Human
Gene Therapy published in this meeting.
To this year’s congress we have invited
specialists in the fields of biotherapies,
stem cells and regenerative medicine, cell
and gene therapy, and immunotherapy.
Special focus is on epigenetic regulation
and gene editing, as well as RNA therapy.
Additionally, we are organising satellite
clinical trial and commercialisation
workshops together with the American
Society of Gene and Cell Therapy. In this
year’s meeting, ESGCT is also holding a
workshop on human germline editing with
the Japanese Society of Gene Therapy.
ESGCT supports an embargo on all such
testing.
Since Finland is known for its high
technology, we also bring you the latest
science and technology news. We have
the great pleasure of having the Nobel
laureate Prof Stefan Hell to introduce us
to high-resolution imaging that is going
to transform our view of cell and tissue
biology.

This year’s congress venue is Finlandia Hall,
a masterpiece of the Finnish architect Alvar
Aalto. We would like to thank the ESGCT
organising team, the Scandinavian Local
Organising Committee, and all sponsors,
partners and exhibitors for their valuable
contribution, without whom this meeting
would not have been possible. Enjoy not
only the high-quality science but also the
hospitality and beautiful clean nature of
Helsinki and Finland!

Nathalie Cartier-Lacave
ESGCT President

Seppo Ylä-Herttuala
FSGT President
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BOARDS
ESGCT Board
Nathalie Cartier-Lacave (President)
Robin Ali (Vice-President)
Hildegard Büning (General Secretary)
Christof von Kalle (Treasurer)
Alessandro Aiuti
Juan Bueren

Sarah Ferber
Hidde Haisma
Zoltan Ivics
Adrian Thrasher
Denis Vallese (student
member, social media
advisor)

FSGT Board
Seppo Ylä-Herttuala (President)
Akseli Hemminki (Vice-President)
Sari Pesonen
Ari Hinkkanen
Veijo Hukkanen
Mikko Savontaus

Arto Urtti
Petri Susi
Annukka Kivelä (Secretary)

Local Organising Committee
Seppo Ylä-Herttuala (Chair)
Minna Kaikkonen
Johanna Laakkonen
Kari Airenne
Hanna Lesch
Annukka Kivelä

Organisers:
Wats.on Consultancy:
Renée Watson
Gaëlle Jamar
Vanessa Sampson
Emma Clare
www.wats-on.co.uk
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Kari Alitalo
Arto Urtti
Akseli Hemminki
Vincenzo Cerullo
C. I. Edvard Smith
Niels-Bjarne Woods

With special thanks to

Thomas G. Jensen
Hrvoje Miletic
Rolf Bjerkvig

AFFILIATED JOURNAL
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SCIENTIFIC COMMITTEES
Cardiovascular diseases

Non-viral vectors

Andy Baker (Chair)
Seppo Ylä-Herttuala (Chair)
Mauro Giacca
Moshe Flugelman
Keith Channon
Patrick Most

Daniel Scherman (Chair)
Hidde Haisma (Chair)
Ernst Wagner
J. P. Behr
George Dickson
Zoltan Ivics

Neurological and muscular diseases

Infection, immune and vaccines

Nicole Déglon (Chair)
Maurilio Sampaolesi (Chair)
Nathalie Cartier-Lacave (Chair)
Nicholas Mazarakis
Dominic Wells
Anders Björklund

David Klatzmann (Chair)
Mary Collins (Chair)
Naomi Taylor
Ben Berkhout
Dorothee Von Laer
Zelig Eshhar

Viral vectors

Stem cells and reprogramming

Hildegard Büning (Chair)
Luigi Naldini (Chair)
Rob Hoeben
Akseli Hemminki
Anna Salvetti
Alberto Epstein
Els Verhoeyen

Stefan Karlsson (Chair)
Christopher Baum (Chair)
Juan Bueren
Tim O’Brien
Catherine Verfaillie
Katarina Le Blanc
Marina Radrizzani
Willem Fibbe

Genetic and metabolic diseases
C. I. Edvard Smith (Chair)
Thierry VandenDriessche (Chair)
Fatima Bosch
Manuel Grez
Robin Ali
Beat Thony

Ethics and regulatory affairs
Odile Cohen-Haguenauer (Chair)
Klaus Cichutek (Chair)
Richard Ashcroft
Alastair Kent
Gösta Gahrton
Serge Braun
Otto Merten
Martin Schleef
Klaus Kühlcke
Michael Fuchs
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GETTING SOCIAL AT ESGCT!
Follow our official channels on social media:
www.facebook.com/ESGCT
@ESGCT
@ESGCT
Make sure you use the official hashtag #ESGCT15 in your posts,
and check out the latest Congress news and updates!

Try the virus quiz! Have you ever
wondered… if you were a virus, which
virus you would be? Take the definitive quiz
to find out at http://uquiz.com/OLnLtv and
www.twitter.com/ESGCT

Look out for our Congress
mascots! They’ll be around
and about, and will be busy posting
photos and messages throughout
the Congress – find them and take
a picture with them... you might
win a prize!

Are you ready to get social? We have a few
challenges waiting for you!
We will award prizes to:
• The best Congress photo
• The best Helsinki photo
• The best mascot photo
• The most retweeted Congress tweet
• The most liked Instagram photo

Any questions? Come and speak to us at the
ESGCT booth or tweet us @ESGCT and we will be
happy to help!
8

Only posts with the official hashtag #ESGCT15
will be considered! Bear in mind your privacy
settings – if we can’t see your posts, we can’t
include them in the contest.

Please note: speakers and talk titles may change
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PROGRAMME AT A GLANCE
EDUCATION DAY
Sponsor: Dimension Therapeutics
08.00-09.00

Registration

09.00-09.30

E1: Opening words

09.30-11.00

E2a: Recent development of gene transfer vectors and therapeutic
oligonucleotides – towards clinical trials

11.00-11.30

E2b: Large-scale vector production

11.30-12.30

Lunch

12.30-13.30

E3a: General principles on vector testing in vivo: biodistribution,
genotoxicity, general safety

13.30-14.00

E3b: Update of gene and cell therapy of chronic diseases

14.00-14.30

Afternoon break

14.30-15.30

E4a: Recent development of cancer therapy

15.30-16.00

E4b: Update of gene and cell therapy of rare diseases

P. 42

THURSDAY 17 SEPTEMBER 2015

ESGCT 2015 Opening
Finlandia Hall
Sponsor: FinVector

18.00-19.00

ESGCT – JSGT: Debate on germline editing
Finlandia Hall

19.00-19.10

Welcome address
Finlandia Hall

19.10-21.00

Welcome reception; Poster session 1. See page 31 for details
Piazza

P. 45

MAIN CONGRESS
17.00-18.00
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PROGRAMME AT A GLANCE
FRIDAY 18 SEPTEMBER 2015
MAIN CONGRESS
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1: Highlights of clinical progress I
Finlandia Hall
Sponsor: Oxford BioMedica

10.00-10.30

Morning break – Piazza

10.30-12.30

1a: Cell and gene
therapy of cancer
Finlandia Hall
Sponsors: Amgen, JSGT

12.30-13.00

ESGCT Assembly – Finlandia Hall

12.30-14.00

Lunch – Piazza

14.00-15.30

2: Therapeutic targeting of non-coding RNAs
Finlandia Hall

15.30-16.00

Afternoon break – Piazza

16.00-18.00

2a: Innate
immunity
and stem cell
therapy
Finlandia Hall
Sponsors:
Sangamo
BioSciences, JSGT

18.00-19.30

Poster session 2. See page 31 for details
Piazza

2c: Ocular
diseases
Veranda 1
Sponsor:
Avalanche
Biotech

P. 46–47

2b: Epigenetic
regulation and
gene editing
Helsinki Hall
Sponsors:
Supersist, Nature
(Molecular
Therapy)

1c: Cardiovascular
diseases
Veranda 1
Sponsor: AFM Téléthon

2d: Vector
safety and
genotoxicity
Veranda 2
Sponsor: Biovian

P. 48

1b: Viral vectors I
Helsinki Hall
Sponsor: Avalanche
Biotech

P. 48–51

P. 46

08.30-10.00
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SATURDAY 19 SEPTEMBER 2015
MAIN CONGRESS
3: Highlights of clinical progress II
Finlandia Hall
Sponsors: Biogen, Lysogene

10.00-10.30

Morning break – Piazza

10.30-12.30

3a: RNA
therapeutics
Finlandia Hall

12.30-13.30

Lunch – Piazza

13.30-14.30

4: Genetic medicine: current challenges and future prospects
Finlandia Hall
Sponsor: Editas Medicine

14.30-16.15

4a: Metabolic diseases
and primary immune
deficiencies
Finlandia Hall
Sponsors: CELL-PID,
Genosafe

16.15-16.45

Afternoon break – Piazza

16.45-18.45

5a: Modelling
and IPS cells
Finlandia Hall

20.00-01.00

Molecular Mingle gala evening – Restaurant Sipuli. See page 44
Carriages will depart from Finlandia Hall at 19.30. Return coaches will depart at
23.00 and midnight

4b: Oncolytic vectors
and therapies
Helsinki Hall

5b: Exosomes
and
nanoparticles
Helsinki Hall

4c: Non-viral vectors
Veranda 1
Sponsor: TargetAMD

5c: Regulatory
issues
Veranda 1
Sponsor:
bluebird bio

5d: Vascular
biology and
imaging
Veranda 2

P. 52–55
P. 55

3d: Muscle and
mesenchymerelated diseases
Veranda 2
Sponsor:
AFM Téléthon

P. 55–57

3c: Bloodrelated diseases
Veranda 1
Sponsors:
bluebird bio, JSGT

P. 57–59

3b: Neural
diseases
Helsinki Hall
Sponsor:
REGENXBIO

P. 52

08.30-10.00
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PROGRAMME AT A GLANCE
SUNDAY 20 SEPTEMBER 2015
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6a: Regenerative
medicine
Finlandia Hall
Sponsors: Pall Life
Sciences, JSGT

11.00-11.30

Morning break – Piazza

11.30-13.00

Presidential symposium and awards ceremony
Finlandia Hall
Sponsor: Généthon

6b: Viral vectors II
Helsinki Hall
Sponsor: BioReliance

6c: Bioprocessing of
cell and gene therapy
products
Veranda 1
Sponsor: EUFETS

P. 62

09.00-11.00

P. 60–62

MAIN CONGRESS

Editas Medicine is committed to unlocking the promise of
CRISPR/Cas9 technologies to create life-changing medicines
and is proud to support the European Society of Gene and Cell Therapy.
To learn more about Editas Medicine, visit www.editasmedicine.com.

Engineering
Genetic Cures™
Sangamo BioSciences, a world leader in therapeutic
genome editing, is developing novel ZFP Therapeutics®
as potentially curative treatments for monogenic and
infectious diseases.
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WWW.ISSCR.ORG • WWW.ESGCT.EU • WWW.ABCD-IT.ORG

ITALY

FLORENCE

The European Society of Gene & Cell Therapy
warmly invites you to join us in Florence, Italy,
for our annual meeting in 2016,
in collaboration with the ISSCR and ABCD

SAVE
THE
DATE!

KEYNOTE SPEAKER: HANS CLEVERS
6 PLENARY SESSIONS
Topics will range from biology to clinical application of
cell and gene therapy in the following areas:

•

• Hematopoietic stem cells
Skeletal and cardiac muscle stem cells

• Neural stem cells

• Cancer immuno-gene therapy
• New gene editing technologies and organoids
• In vivo liver-directed gene therapy
CONFIRMED PLENARY SPEAKERS:

John Dick, Len Zon, Luigi Naldini, Marina Cavazzana, Christine Mummery,
Mauro Giacca, Michael Laflamme, Luis Garcia, Fred H. (Rusty) Gage,
Masaio Takahashi, Malin Parmar, Paul Tésar, Ton Schumacher, Carl June,
Stanley Riddell, Chiara Bonini, Feng Zhang, Angelo Lombardo, Melissa Little,
Pierre Vanderhaeghen, Amit Nathwani, Alberto Auricchio, Mark A Kay

GALA DINNER
AT MERCATO
CENTRALE

SPEAKER
DINNER AT
PALAZZO
VECCHIO
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© ISTOCK.COM/ CREADESIGNER

PUBLIC DAY
JUNIOR SCIENTISTS
AWARDS
GALA EVENING

French Society of Cell and Gene Therapy
Annual Congress
9–11 March 2016
Palais des Arts, Marseille
Keynotes from Martin Fussenegger, Nicolas Levy, Mark Kay,
Takanori Takebe and many other presentations from internationally renowned
speakers, young scientists or industry experts including Daniel Anderson,
George Dickson, Elvire Gouze, Sonia Guedan, Matthias Hebben,
Federico Mingozzi, Tuan Nguyen, Ugur Sahin, Naomi Taylor and Azel Zine

Synthetic Biology • Gene editing • Disease
modelling with iPSC • Cancer • Immunotherapy •
Vector developments • Innovative therapies
www.sftcg.fr
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https://twitter.com/SFTCG

© ISTOCK.COM/DUBASSY

© ISTOCK.COM/EFESENKO

https://www.facebook.com/SFTCG

GERMAN SOCIETY FOR GENE THERAPY (DG-GT)

SAVE THE DATE
The XXII annual meeting
of the German Society for Gene Therapy (DG-GT)
will take place in Heidelberg
from September 14-16, 2016.

XXII AnnuAl MeetIng
HeIdelberg,
14 -16 SepteMber 2016
German Research Center (DKFZ)
Im Neuenheimer Feld 280,
69120 Heidelberg, Germany
Scientific Organisation:
Prof. Dr. Christof von Kalle
National Center for Tumor Diseases
(NCT) Heidelberg
Tel. +49 (0)6221 56-6991
Fax +49 (0)6221 56-6967
For further information visit: www.dg-gt.de
christof.kalle@nct-heidelberg.de
Further information: www.dg-gt.de

UniversitätsKlinikum Heidelberg
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Come and join gene
& cell-based therapy
experts in one of the
most beautiful cities in
Europe!

Spanish Society for Gene and Cell Therapy

Kursaal Congress Centre, San Sebastian-Donostia, Spain
Stem cells • pluripotency • gene modification • cancer • biomaterials • tissue and
organ engineering • Fellowships from sister European societies available
Keynote closing by Hans Schöler
Plenary speakers include: Nathalie Cartier, Fulvio Mavilio,
Alessandro Aiuti, Jacob Hanna, Massimo Dominici,
Giulio Cossu, Manuel Gonçalves, Simon Méndez-Ferrer

www.setgyc.es
https://www.facebook.com/setgyc
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https://twitter.com/setgyc

IMAGES SUPPLIED BY SAN SEBASTIÁN TOURISM & CONVENTION BUREAU

8th Biennial Congress
4–6 November 2015
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European Union support to gene and cell therapy
research in Horizon 2020 (2014–2020)
The new European Union (EU) programme for research and innovation, Horizon 2020
(2014–2020), supports the gene and cell therapy field by publishing calls for proposals
on (clinical) collaborative research on rare diseases, in regenerative medicine or for
new technological developments, amongst others.
These calls, derived from the “Societal Challenges I” of Horizon 2020, support
collaborative projects from consortia composed of a minimum of three legal entities
from three different EU member states or associated member states. Small and
medium-size enterprises (SMEs) can participate as well or apply, even as a single
partner, via a dedicated SME instrument.
Other funding opportunities from the “Excellence in Science” pillar from Horizon 2020
(Marie Sklodowska-Curie training actions, European Research Council frontier research
grants) are also available on regular basis. The first Horizon 2020 collaborative projects
dealing with gene and/or cell therapy will be presented as well as the trends for the
future Health programme (2016–2017). The EU gene transfer- and gene therapyrelated collaborative projects supported during the 7th framework programme
have been published in 2014 and 2015 in the journal Human Gene Therapy Clinical
Development.
References:
D. Gancberg et al., Hum Gene Ther 2014, 25: 1.
D. Gancberg et al., Hum Gene Ther Clin Dev 2014, 25: 51-71.
D. Gancberg et al., Hum Gene Ther Clin Dev 2015.
Participant portal: http://ec.europa.eu/research/participants/portal/desktop/en/
opportunities/h2020
David Gancberg
Directorate Health, Directorate-General for Research and Innovation, European Commission
CDMA 00/174, B-1049 Brussels, Belgium
Email: david.gancberg@ec.europa.eu
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PARTNERS
PLATINUM PARTNERS
Through cutting-edge science and medicine, Biogen discovers, develops
and delivers to patients worldwide innovative therapies for the treatment of
neurodegenerative diseases, hematologic conditions and autoimmune
disorders. Founded in 1978, Biogen is one of the world’s oldest independent
biotechnology companies and patients worldwide benefit from its leading
multiple sclerosis and innovative hemophilia therapies.
www.biogen.com
bluebird bio is developing innovative gene therapies for severe genetic
disorders. The company’s proprietary platform treats genetic diseases by
placing a functional gene into the patient’s extracted bone marrow stem
cells, and transplanting these corrected stem cells back into the patient.
bluebird bio has two later stage clinical products in development for
childhood cerebral adrenoleukodystrophy and beta-thalassemia/sickle cell
anemia.
www.bluebirdbio.com
The Federation of Finnish Learned Societies has nearly 270 members,
comprising independent scientific associations and organisations
representing all fields of sciences including arts, humanities and social
sciences. The Federation supports scientific publication and organisation of
scientific conferences by distributing state subsidies to member
organisations and other scientific organisations (by application only). The
Federation maintains a bookstore, internet bookstore and a large storage
facility for publications. The Federation is in charge of the international
exchange of publications of learned societies and other scientific
publication bodies. It also coordinates the classification of scientific
publication channels. The Federation has its own journal, which appears six
times a year, containing information on scientific events and publications as
well as current science and policy issues within the academic community.
The Federation also runs ‘The House of Sciences’ in the heart of Helsinki, in
which member societies and other organisations can arrange seminars and
meetings.
www.tsv.fi/fi
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PLATINUM PARTNERS
FinVector is a world leader in the research and development of viral-based
gene therapy products, with state-of-the-art facilities and a highly
experienced scientific team working in the gene therapy market. We deliver
a tailored service to meet and exceed our clients’ needs, and use our
scientific expertise and industry knowledge to help clients take viral-based
products from the pre-clinical phase, through clinical trials and to the
market. Come and visit us at booth 28–29.
www.finvector.com
Oxford BioMedica (LSE: OXB) is a biopharmaceutical company specialising in
the development and commercialisation of innovative gene-based
medicines. The company has a platform of gene delivery technologies,
which are predominately based on highly engineered viral systems.
www.oxfordbiomedica.co.uk
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GOLD PARTNERS
Avalanche is a clinical-stage biotechnology company focused on
discovering and developing novel gene therapies to transform the lives
of patients with sight-threatening ophthalmic diseases. Using a nextgeneration gene therapy platform, the Ocular BioFactory™, the company is
developing products designed to provide long-term benefit or a functional
cure by inducing a sustained expression of a therapeutic protein with a
one-time administration in the eye.
www.avalanchebiotech.com
The FP7-CELL-PID European project utilises genetically modified HSC and
their descendants as immunotherapeutic cells to build a healthy immune
system in primary immune-deficiency patients. It gathers together clinical
pioneers, scientists and industrial partners in the advanced therapies field
and aims to develop broad clinical application of safe cell-based therapies.
www.cell-pid.eu
Dimension Therapeutics is a gene therapy company focused on developing
novel treatments for rare diseases. The company was launched in 2013 by
Fidelity Biosciences and REGENX Biosciences. Dimension has now raised
$30m with funding from Fidelity Biosciences and OrbiMed. Our team
comprises biotech industry veterans and thought leaders in gene therapy
and rare diseases. We are focused on advancing our platform of gene
therapy programmes in rare diseases through clinical development, starting
with lead programmes in hemophilia, and building out a world-class
product engine for adeno-associated virus (AAV) therapeutics across a wide
array of single-gene rare diseases.
www.dimensiontx.com
Editas Medicine is a transformative genome editing company founded by
world leaders in the fields of genome editing, protein engineering, and
molecular and structural biology, with specific expertise in CRISPR/Cas9 and
TALENs technologies. The company’s mission is to translate its genome
editing technology into a novel class of human therapeutics that enable
precise and corrective molecular modification to treat the underlying cause
of a broad range of diseases at the genetic level. The company has
generated substantial patent filings and has access to intellectual property
covering foundational genome-editing technologies, as well as essential
advancements and enablements that will uniquely allow the company to
translate early findings into viable human therapeutic products.
www.editasmedicine.com
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GOLD PARTNERS
Généthon, created by the AFM Téléthon, has a mission to make innovative
gene therapy treatments available to patients affected by rare genetic
diseases. To meet this challenge Généthon 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 and cGMP facility. The pipeline of Généthon
includes products currently in international clinical trials and at preclinical
stages, for immune deficiencies, muscular dystrophies, ocular and liver
diseases. These products are developed either with Généthon as sponsor, or
in partnership with private companies and academic institutions.
www.Généthon.fr
The goal of Supersist’s project is the clinical translation of new gene
targeting technologies for correcting inherited mutations and empowering
adoptive immunotherapy of cancer. Substantial evidence supports the
therapeutic potential of ex vivo gene therapy based on hematopoietic stem
cell (HSC) or T lymphocytes to treat inherited diseases or cancer.
www.supersist-project.eu
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SILVER PARTNERS
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
Aldevron provides custom plasmid DNA manufacturing to support many
gene and cell therapy applications. With our experience and scientific
expertise, we have developed screening strategies to optimise yield and
stability of even the most challenging vector plasmids. We also provide
consistency at all levels, with a deliberate pathway from research to clinical
requirements. Visit our team to learn about our additional services including
mRNA, protein production, gene synthesis and antibody development.
Aldevron’s mission is to advance science, and we have solutions that are
designed for you. Come and visit us at booth 3.
www.aldevron.com
Amgen discovers, develops, manufactures and delivers innovative human
therapeutics. A biotechnology pioneer since 1980, Amgen was one of the
first companies to realise the new science’s promise by bringing safe,
effective medicines from lab to manufacturing plant to patient. Amgen
therapeutics have changed the practice of medicine, helping millions of
people around the world in the fight against cancer, kidney disease,
rheumatoid arthritis, bone disease and other serious illnesses. With a deep
and broad pipeline of potential new medicines, Amgen remains committed
to advancing science to dramatically improve people’s lives. Come and visit
us at booth 30.
www.amgen.com
SAFC is a trusted manufacturer of specialty chemicals and biologics for
commercial life science applications. We provide unique and innovative
technologies and services for customers requiring a reliable partner
throughout the development and manufacturing process. SAFC and
BioReliance offer world-class process development, manufacturing and
testing capabilities for virus-based therapeutic products. Come and visit us
at booths 1 and 2.
www.bioreliance.com
www.sigmaaldrich.com/safc
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SILVER PARTNERS
Biovian is a one-stop-shop CMO for cGMP manufacture and development of
biopharmaceuticals. Biovian offers cell line development, mammalian cell
cultivation, microbial fermentation, protein purification, viral vector
production, formulation, aseptic filling, labeling and QP release. Biovian’s
2500 m2 facilities are located in Turku, Finland. Biovian is EMA and FDA
certified for cGMP production of investigational and commercial products
(including biopharmaceuticals, gene therapy and sterile products). Biovian,
founded in 2003, is a privately owned, independent company entirely
focused on customer projects. Come and visit us at booth 27.
www.biovian.com
E UFETS, a German-based company, supports the development and
commercialisation of cell and gene therapies. Services include cGMPcompliant manufacturing of viral vectors, genetically modified cells and, as a
new service, in vitro transcribed RNA. EUFETS offers process and assay
development, validation, quality control, storage and QP release. EUFETS
also supports preclinical product development (R&D/GLP studies) of
biologics with customised in vitro bioanalytical programmes. Come and visit
us at booth 33.
www.eufets.com
GenoSafe is a CSO specialising in the evaluation of the quality, efficacy and
safety of gene and cell therapy products. We offer support through research
stages to final clinical phases: from study design, development/validation of
analytical methods and product testing to control of viral vectors batches
(rAAV, rHIV, rMLV), preclinical evaluation, clinical trial and, finally, patient
follow-up. Come and visit us at booth 10.
www.genosafe.org
Genzyme has pioneered the development and delivery of transformative
therapies for over 30 years. Founded in 1981 in Boston, Massachusetts,
Genzyme evolved from a tiny start-up with just a handful of employees to
one of the world’s leading biotech companies. Acquired by Sanofi in 2011,
Genzyme now benefits from the reach and resources of one of the world’s
largest pharmaceutical companies, with a shared commitment to improving
the lives of patients. Genzyme has long been known for our expertise in the
class of rare genetic diseases known as lysosomal storage disorders (LSDs). LSDs
remain the heart of our company today, but we have also expanded – through
both in-house development and strategic acquisitions and partnerships – to
other disease areas such as thyroid cancer and multiple sclerosis.
www.genzyme.com
25
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Lysogene is a global biotechnology company, a leader in the basic research
and clinical development of gene therapy for neurodegenerative disorders.
Its mission is to radically improve the health of patients suffering from
incurable life-threatening conditions by developing AAV vectors that have
demonstrated their effectiveness in safely delivering genetic material to the
central nervous system. Come and visit us at booth 16.
www.lysogene.com
Nature: the official journal of the American Society of Gene and Cell Therapy,
Molecular Therapy is dedicated to publishing important peer-reviewed
research and cutting-edge reviews and promoting the sciences in genetics,
medicine and biotechnology, and is the parent journal to the open access
titles Molecular Therapy – Nucleic Acids, Molecular Therapy – Methods & Clinical
Development and Molecular Therapy – Oncolytics.
www.nature.com

Net4CGD, Gene Therapy for X-linked Chronic Granulomatous Disease (CGD),
is a large-scale integrating project in the health research programme of the
European commission 7th Framework Programme (FP7). The Net4CGD
project is focused on the clinical development of a new orphan drug of
gene therapy for the X-linked form of CGD to become a new treatment
option for patients. The Net4CGD consortium consists of 11 partner
institutions and is coordinated by Généthon, France.
www.net4cgd.eu
Pall Life Sciences is a global leader in enabling process materials and process
technology for semiconductor, display and life science industries. At Pall Life
Sciences, process ingenuity unleashes new process possibilities for
customers. Come and visit us at booth 6.
www.pall.com
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SILVER PARTNERS
REGENXBIO’s NAV® Technology has ushered in a new era of gene therapy
innovation. We are leveraging our proprietary NAV Technology and
collaborating with world-class clinical advisors to advance the development
of life-changing gene therapy treatments for lysosomal storage disorders
and ocular diseases. Beyond these core areas of focus, we are licensing NAV
Technology to enable global strategic partners to advance gene therapy
programmes for other serious diseases with unmet needs, including in
diseases such as hemophilia, Pompe disease and spinal muscular atrophy.
www.regenxbio.com
Sangamo BioSciences, Inc. is developing novel zinc finger DNA-binding
proteins (ZFPs) for therapeutic gene regulation and genome editing.
Sangamo has ongoing Phase 2 clinical trials to evaluate safety and efficacy
of a ZFP Therapeutic® for the treatment of HIV/AIDS. Other therapeutic
programmes are focused on monogenic diseases. Sangamo engineers
sequence-specific ZFP Nucleases (ZFNs) for gene modification and ZFP
transcription factors (ZFP TFs) for gene regulation. The company has
strategic partnerships with Shire, Dow AgroSciences and Sigma-Aldrich
Corporation.
www.sangamo.com
Age-Related Macular Degeneration (AMD) is a rapidly progressing, blinding
disease that appears to result from age-associated alterations that include
cell degeneration and vessel grow through Bruch’s membrane into the
subretinal space. Today’s treatment includes repeated, frequent injections of
VEGF (Vascular Endothelial Growth Factor) antibodies. PEDF (Pigment
Epithelium-Derived Factor) as a physiological antagonist of VEGF should also
inhibit the pro-angiogenic acting VEGF. The overall objective of TargetAMD is
to deliver PEDF by using the hyperactive Sleeping Beauty (SB100X)
transposon system in a cell-based, non-viral gene therapy in two clinical
phase Ib/IIa trials. Come and visit us at booth 4.
www.targetamd.eu
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CONGRESS SUPPORTERS
AAV Life’s lead indication is for Friedreich’s Ataxia Cardiomyopathy. Our
program is based on the successful use of a gene-therapy approach in a
mouse model developed to mimic the gene defect and cardiac symptoms
of Friedreich’s Ataxia. The approach made use of an adeno-associated virus
(AAV) to introduce a normal gene into cardiac tissue. The therapy restored
cardiac function and reversed pathological heart enlargement in mice that
had already progressed to heart failure.
www.aavlife.com
The Alliance for Regenerative Medicine (ARM) is the pre-eminent global
advocate for regenerative and advanced therapies. ARM fosters research,
development, investment and commercialisation of transformational
treatments and cures for patients worldwide. By leveraging the expertise of
its membership, ARM empowers multiple stakeholders to promote
legislative, regulatory and public understanding of, and support for, this
expanding field.
www.alliancerm.org
Main objectives/missions of EASCO:
• to spread scientific and complementary management skills to researchers
by organising conference, workshops and training courses
• to promote European research and education by encouraging
collaborative research programmes and assisting institutions and individual
researchers in writing grant applications
• to improve the quality and dynamics of human resources by facilitating the
career achievements of researchers
• to develop the industry-academia dialogue by encouraging inter-sector
research projects, cross-mobility and entrepreneurship of researchers.
www.easco.org
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CONGRESS SUPPORTERS
The demographic change poses a challenge for modern societies due to the
increased risk of aging-associated diseases. In this context, it is CECAD’s
mission to define the molecular mechanisms underlying lifespan regulation
as potential novel targets for prevention, diagnosis and treatment of
aging-related damage and pathology. CECAD encompasses six reasearch
areas which cover a diverse but closely interlinked range of topics that
engage a broad spectrum of model organisms. Furthermore, it unifies over
40 research groups from the University of Cologne, the University Hospital,
the MPI for Biology of Aging, the MPI for Metabolism Research and the
German Center for Neurodegenerative Diseases. The research areas are
supported by three platforms ensuring (1) access to state-of-the-art
technology, (2) coordination of education and training activities, gender
equality programmes, and public outreach and (3) translation of basic to
clinical research. CECAD is funded by the DFG within the Excellence
Initiative.
www.cecad.uni-koeln.de
GlaxoSmithKline (GSK) has an established history of successfully researching
and developing orphan drugs to treat rare diseases. Recognising the size of
the challenge, but also the opportunity to deliver new medicines to
patients, we announced the creation of a dedicated rare diseases unit in
February 2010. Initially focusing on 200 rare diseases, we are collaborating
with organisations and institutions to develop medicines, including gene
and cell therapies, quicker and more effectively than ever before.
www.gsk.com
Human Gene Therapy is the premier journal covering all aspects of human
gene therapy, including DNA, RNA, and cell therapies. HGT has now
expanded into two parts to include HGT Methods, a bimonthly journal
focused exclusively on protocols, new tools, lab techniques and procedures.
The unique package of Human Gene Therapy and HGT Methods provides 18
issues of essential research, technologies, translation and applications to
promote the development of gene therapy products into effective
therapeutics for treating human disease. The journal publishes original
investigations into the transfer and expression of genes and improvements
in vector development, delivery systems and animal models, including
cancer, AIDS, heart disease, genetic disease and neurological disease. Come
and visit us at booth 9.
www.liebertpub.com/hum
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As a division of Parker Hannifin Corporation, Parker domnick hunter brings
motion and control to bioprocessing. Our high-purity solutions speed up
development times, increase efficiency and safety, and enable reproducible
product quality. Incorporating SciLog®, Parker domnick hunter’s portfolio
combines filtration, bioprocess containers, overmolded manifolds and
single-use sensors into scalable automated single-use solutions for normal
flow filtration, tangential flow filtration, bioreactor maintenance, metering
and dispensing. For further information, visit www.parker.com/dhsingleuse.
For webinars, white papers, case studies and blogs on controlling your
bioprocess, standardising operations and scaling up to GMP, please visit
www.parker.com/dh-bioprocessing/learn.
 lasmidFactory is Europe’s leading contract manufacturer for plasmid DNA.
P
Production ranges from research to industrial scale. We produce plasmids in
modern laboratories to the highest quality of standards and according to
your individual wishes. Come and visit us at booth 5.
www.plasmidfactory.com
Voyager Therapeutics is a clinical-stage gene therapy company developing
life-changing treatments for severe diseases of the central nervous system.
Voyager is committed to advancing the field of AAV gene therapy through
innovation and investment in vector engineering and optimisation,
manufacturing and dosing and delivery techniques. The company’s pipeline
is focused on severe CNS diseases in need of effective new therapies,
including advanced Parkinson’s disease, a monogenic form of amyotrophic
lateral sclerosis (ALS), Friedreich’s ataxia and Huntington’s disease.
www.voyagertherapeutics.com
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POSTERS
POSTERS BY CATEGORY

SESSION

P001-P010

Blood

1

P011-P034

Cancer

1

P035-P052

Cardiovascular diseases

1

P053-P085

Gene and cell targeting

2

P086-P121

Immunotherapy and autoimmunity

2

P122-P137

Lysosomal storage and metabolic diseases

1

P138-P156

Manufacturing and bioprocessing

2

P157-P164

Muscular diseases

1

P165-P180

Non-viral vectors

2

P181-P193

Ocular and neural diseases

1

P194-P203

Regenerative medicine and tissue engineering

1

P204-P219

Stem cells and transdifferentiation

1

P220-P276

Viral and oncolytic vectors

2

Poster session 1: Thursday 17 September, 19.10-21.00, Piazza, see page 45
Poster session 2: Friday 18 September, 18.00-19.30, Piazza, see page 51
For location of posters see page 32
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EXHIBITORS
Booth 1:BioReliance / SAFC: see page 24
www.bioreliance.com

Booth 2: S AFC: see page 24
www.sigmaaldrich.com/safc

Booth 3:Aldevron: see page 24
www.aldevron.com

Booth 4: T argetAMD: see page 27
www.targetamd.eu

Booth 5: PlasmidFactory: see page 30
www.plasmidfactory.com

Booth 6: P
 all Life Sciences: see page 26
www.pall.com

Booth 7: D
 rop into the ESGCT booth for all you need to know about ESGCT.
This is the place to come if you have any questions about this year’s
congress, future congresses and ESGCT, including:
• Buy tickets for this year’s gala dinner (cash only)
• Information and maps for the 2016 congress in Florence
• A limited number of free Florence gala dinner tickets
• ESGCT membership information
• Free coffee and chocolate!
www.esgct.eu
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EXHIBITORS
Booth 8: EATRIS, the European Research Infrastructure for Translational
Medicine, supports clients from industry and academia in advancing their
medical discoveries, made in the laboratory or clinics, into novel products to
be tested safely for the first time in humans and advanced to clinical proof of
concept. EATRIS is a client-driven, non-profit organisation and works
through European collaborative consortia of academic partners. The
consortium is comprised of 75+ research institutions in eight European
countries. To support translational projects EATRIS performs an assessment
of the translational perspective, identifies partnering centers with relevant
expertise, samples and technological capabilities (“Matchmaking”),
assembles the project team, and assists in the initiation of the projects. For
information and discussion of project suggestions, please contact:
www.eatris.eu or www.eatris.fi
Booth 9: H
 uman Gene Therapy: see page 29
www.liebertpub.com/hum

Booth 10: G
 enosafe: see page 25
www.genosafe.org

Booth 11: M
 iltenyi Biotec ‘From Bench to bedside’
Miltenyi Biotec is Germany‘s largest independent, privately owned biotech
company. Since pioneering MACS magnetic cell separation technology in
1990, we have grown into a vibrant, multinational team of more than 1,200
biomedical scientists, physicians, engineers and support groups. We develop
and manufacture a portfolio of outstanding products ranging from unique
cell labeling reagents, through sophisticated cell separation and analysis
devices, to innovative systems for clinical applications. From research tools
to GMP reagents for sophisticated applications, such as cellular therapy, the
creativity of our interdisciplinary teams is reflected in the excellence of our
products.
www.miltenyibiotec.com
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EXHIBITORS
Booth 12: L onza 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 13: P
 eproTech was established in 1988 by a group of scientists who
decided to focus their efforts on the development and production of
recombinant cytokines for life-science research. Today, PeproTech is a world
leader in supplying high-quality cytokine products including E. coli, insect
and mammalian cell-derived recombinant proteins, their monoclonal/
polyclonal antibodies, ELISA development kits, and other cytokine-related
reagents.
www.peprotechec.com
Booth 14: N
 HS 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. Our Stem Cell and Immunotherapy
(SCI) laboratories support about 50% of stem cell transplants in the UK
through the collection, processing and cryopreservation of stem cells,
including cord blood. The 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. CBC is
dedicated to supporting gene therapy-based clinical trials and research. We
support the next generation of therapies using stem cells and bioactive
molecules. NHSBT is uniquely positioned to provide donor stem cells and
we bring strength in specialist manufacturing, scientific skills, translational
experience, regulatory expertise and distribution in support of this
developing industry. We welcome partnerships with clinical, academic and
commercial organisations for the development and provision of cellular and
molecular therapies.
www.nhsbt.nhs.uk
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EXHIBITORS
Booth 15: S TEMCELL Technologies Inc is a privately owned biotechnology
company that develops specialty cell culture media, cell separation products
and ancillary reagents for life science research. Driven by science and a
passion for quality, STEMCELL delivers over 1,500 products to more than 70
countries worldwide.
www.stemcell.com
Booth 16: L ysogene: see page 26
www.lysogene.com
Booth 18: T he Finnish Red Cross Blood Service (FRCBS) is an independent,
non-profit section of the Finnish Red Cross. The FRCBS is responsible for the
blood supply in Finland and also provides the Finnish healthcare sector with
other services such as laboratory testing for organ, tissue and stem cell
transplantations. The FRCBS also hosts the Finnish Stem Cell Registry and is
the leading national centre in the development and clinical manufacturing
of novel cell-based therapies, currently with specific focus on mesenchymal
stromal/stem cells (MSCs). The FRCBS activity in stem cell research and cell
therapy development has produced over 60 peer-reviewed publications, of
which 30 concern MSC research.
www.redcross.fi
Booth 25: S ony Biotechnology Inc., part of the Sony Corporation, is a
leading innovator of cell-based research systems. Sony Biotechnology is a
total flow cytometry solutions provider supplying advanced and easy-to-use
flow cytometry analysis and sorting technology for use in life science
research. Sony Biotechnology’s main goal is to develop and produce
innovative products and techniques that dramatically improve the way
researchers and scientists work. Recent products are the award-winning
Sony SH800 Cell Sorter and Sony SP6800 Spectral Analyzer, as well as a
complete line-up of over 8,000 reagents. Behind every Sony Biotechnology
product is a team of experienced professionals who are dedicated to
designing, manufacturing and supporting the highest-quality products and
most productive solutions for our customers.
www.sonybiotechnology.com
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Booth 26: C
 EVEC is a global solution provider for the production of
biopharmaceuticals using a unique human cell expression system. To
address the current need for a fully scalable production system for gene
therapy vectors, CEVEC provides the CAP GT expression platform. CAP GT
cells grow serum-free in suspension to high cell densities, show a broad viral
propagation spectrum including LV, AAV, AV and allow for easier scale-up
and reduced production costs when compared to adherent cell culture
systems. Next to outlicensing the technology to international pharma and
biotech companies, CEVEC is your contract manufacturer of choice for cGMP
production in CAP GT cells.
www.cevec.com
Booth 27: B
 iovian: see page 25
www.biovian.com

Booth 28–29: F inVector: see page 21
www.finvector.com

Booth 30: A
 mgen: see page 24
www.amgen.com
Booth 31: C
 ellGenix is an international leading manufacturer and supplier
of high-quality cytokines and serum-free medium for the ex vivo cell culture
of DC, T-cells, NK-cells, hematopoietic stem cells, MSC, chondrocytes, ESC
and iPS. CellGenix products are used worldwide in clinical trials in academia,
commercial trials, production of vaccine and in translation, validation and
testing or assay development by biotechnology partners. The
manufacturing is in accordance with GMP guidelines and USP.
www.cellgenix.com
Booth 33: E UFETS: see page 25
www.eufets.com
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Advancing
Gene Therapy.
Through ground-breaking collaborations and cutting-edge science,
Biogen is identifying and developing new technologies for gene transfer
and genome engineering.
Founded in 1978, Biogen is one of the
world’s oldest independent biotechnology
companies. We are committed to advancing
gene therapy.

WWW.BIOGEN.COM
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Our solutions, Your success...
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we are proud to support the
ESGCT and its members.

TRANSFORMING
THE LIVES OF PATIENTS
WITH SEVERE GENETIC
AND RARE DISEASES
With our lentiviral-based gene therapy and gene editing capabilities, we have built
an integrated product platform with broad potential application to severe genetic
diseases and T cell-based immunotherapy. Our clinical programs include Lenti-D™,
currently in a Phase 2/3 study, called the Starbeam Study, for the treatment of
childhood cerebral adrenoleukodystrophy, and LentiGlobin®, currently in three clinical
studies: a global Phase 1/2 study, called the Northstar Study, for the treatment of
beta-thalassemia major; a single-center Phase 1/2 study in France (HGB-205) for the
treatment of beta-thalassemia major or severe sickle cell disease; and a separate U.S.
Phase 1 study for the treatment of severe sickle cell disease (HGB-206). We also have
ongoing preclinical CAR T immuno-oncology programs, as well as discovery research
programs utilizing megaTAL/homing endonuclease gene editing technologies.
Please visit us at www.bluebirdbio.com to learn more.

@bluebirdbio

@bluebird_bio

/bluebirdbio
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PROGRAMME
THURSDAY 17 SEPTEMBER 2015
EDUCATION DAY
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08.00-09.00

Registration

09.00-09.30

E1: Opening words

09.00-09.30

INV020 Gene therapy – current status and future direction
Hildegard Büning, Hannover Medical School; German Center for Infection
Research (DZIF), partner site Hannover-Braunschweig; University of
Cologne

09.30-11.00

E2a: Recent development of gene transfer vectors and therapeutic
oligonucleotides – towards clinical trials
Chair: Andy Baker

09.30-10.00

INV021 Considerations and options for use as a vector for gene therapy
Andy Baker

10.00-10.30

INV022 Update on the use of adenovirus for immunotherapy
Vincenzo Cerullo

10.30-11.00

INV023 Oligonucleotide therapies
C. I. Edvard Smith

11.00-11.30

E2b: Large-scale vector production
Chair: Andy Baker

11.00-11.30

INV024 The challenges in large-scale viral vector production
Hanna Lesch, FinVector Vision Therapies Ltd; FKD Therapies; A.I. Virtanen
Institute, University of Eastern Finland, Kuopio

11.30-12.30

Lunch

12.30-13.30

E3a: General principles on vector testing in vivo: biodistribution,
genotoxicity, general safety
Chair: Manfred Schmidt

12.30-13.00

INV026 A mouse is not a pig is not a human – choosing a relevant model to
mimic human diseases
Jenni Huusko, A.I. Virtanen Institute, University of Eastern Finland, Kuopio

13.00-13.30

INV025 Tracking vector safety in gene therapy
Manfred Schmidt, DKFZ and National Center of Tumor Diseases (NCT)
Heidelberg
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PROGRAMME
THURSDAY 17 SEPTEMBER 2015
EDUCATION DAY
13.30-14.00

E3b: Update of gene and cell therapy of chronic diseases
Chair: Manfred Schmidt

13.30-14.00

INV027 Update of gene and cell therapy of chronic diseases, cardiovascular
VEGF gene therapy and therapeutic angiogenesis
Marja Hedman, University of Eastern Finland; Kuopio University Hospital

14.00-14.30

Afternoon break

14.30-15.30

E4a: Recent development of cancer therapy
Chair: Angelica Loskog

14.30-15.00

INV028 Update on gene and cell therapy of glioblastoma
Hrvoje Miletic, University of Bergen; Haukeland University Hospital, Bergen

15.00-15.30

INV029 Immunostimulatory gene therapy
Angelica Loskog, Uppsala University

15.30-16.00

E4b: Update of gene and cell therapy of rare diseases
Chair: Angelica Loskog

15.30-16.00

INV030 Gene therapy for rare diseases
Alessandra Biffi
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THE MOLECULAR MINGLE
AN EVENING OF FOOD, ENTERTAINMENT AND COLLABORATION

Join us for our gala evening of networking and entertainment
at the spectacular Sipuli Restaurant.
With views of the stars and a great mix of senior researchers
and students this is set to be a night for all to enjoy!
www.ravintolasipuli.fi

Saturday 19 September, 8pm–1am
Carriages will depart from Finlandia Hall at 19.30.
Return coaches will depart at 23.00 and midnight
Buffet dinner
Violinist: Heidi Mantere
Live band: Tessa Virta Orkesteri featuring Tuukka Virtanen
Tickets still available to purchase at the ESGCT booth
40 Euros per person
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PROGRAMME
THURSDAY 17 SEPTEMBER 2015
MAIN CONGRESS
Finlandia Hall

ESGCT 2015 Opening
Chairs: Seppo Ylä-Herttuala, Nathalie Cartier-Lacave

17.00-17.15

Introduction by FSGT and ESGCT Presidents

17.15-18.00

INV031 Nanoscopy with focused light
Nobel laureate Stefan Hell, Max Planck Institute for Biophysical Chemistry,
Göttingen

18.00-19.00

ESGCT – JSGT: Debate on germline editing
Chairs: Nathalie Cartier-Lacave, Seppo Ylä-Herttuala
Panel: Kazuto Kato, Robin Lovell-Badge, Bernard Baertschi, Luigi Naldini,
Adrian Thrasher

17.00-18.00

Finlandia Hall

19.00-19.10
Finlandia Hall

19.10-21.00
Piazza

Welcome address
Helsinki City Deputy Mayor, Laura Räty
Welcome reception; Poster session 1. See page 31 for details

45

PROGRAMME
FRIDAY 18 SEPTEMBER 2015
MAIN CONGRESS
08.30-10.00
Finlandia Hall

1: Highlights of clinical progress I
Chairs: Robin Ali, Kyriacos Mitrophanous

08.30-09.00

INV032 CAR therapy: the CD19 paradigm 
Michel Sadelain, Memorial Sloan Kettering Cancer Center, New York

09.00-09.30

INV033 Cancer therapy
Zelig Eshhar, Weizmann Institute of Science, Rehobot

09.30-09.45

OR001 Immunomodulatory progenitor cells: a novel allogeneic therapy
for patients with ischaemic cardiomyopathy undergoing coronary
artery bypass grafting
Ajan Reginald, Cell Therapy Limited, Cardiff

09.45-10.00

OR002 Lessons learned from first-in-man gene therapy clinical trial
for pancreatic cancer: targeting tumor metabolism to tackle
chemoresistance
Pierre Cordelier, INSERM 1037, Toulouse

10.00-10.30
Piazza

Morning break
Parallel sessions 1a, 1b, 1c

10.30-12.30
Finlandia Hall

10.30-11.00

INV034 CAR T cells for B cell lymphoma and leukemia –
the Swedish experience
Angelica Loskog, Uppsala University

11.00-11.30

INV035 Cell encapsulation technology for the treatment of
malignant brain tumors
Rolf Bjerkvig, University of Bergen; Luxembourg Institute of Health

11.30-12.00

INV036 Clinical development of oncolytic HSV-1 G47∆
Tomoki Todo, University of Tokyo

12.00-12.15

12.15-12.30
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1a: Cell and gene therapy of cancer
Chairs: Hildegard Büning, Rolf Bjerkvig

Proffered papers
OR003 Early and self-limiting cytokine release syndrome by CD44v6 CAR-T
cells in human hematochimeric NSG mice
Margherita Norelli, Vita-Salute San Raffaele University; HSR TIGET, San
Raffaele Telethon Institute for Gene Therapy, Milan
OR004 Preclinical efficacy of a chemo-virotherapy treatment for pancreatic
cancer
Osvaldo Podhajcer, Fundación Instituto Leloir, IIBBA-CONICET, Argentina
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PROGRAMME
FRIDAY 18 SEPTEMBER 2015
10.30-12.30
Helsinki Hall

1b: Viral vectors I
Chairs: Luigi Naldini, Stefan Kochanek

10.30-11.00

INV085 Applications of integration-deficient lentiviral
vectors (IDLVs)
Rafael Yáñez, Royal Holloway, University of London

11.00-11.30

INV037 New insights into the adenovirus and interactions with the host
Andy Baker, University of Glasgow

11.30-11.45

Proffered papers
OR005 New insights into AAV vectors integration profile: internal vector
regions
Irène Gil-Farina, DKFZ and National Center of Tumor Diseases (NCT)
Heidelberg

11.45-12.00

OR006 Enhanced AAV vector transduction through genetic and
pharmacological inhibition of U2 snRNP components
Yasuhiro Ikeda, Mayo Clinic, Rochester MN

12.00-12.15

OR007 Harnessing the potential of miRNAs to enhance production of
recombinant adeno-associated virus (rAAV) vectors
Verena Emmerling, Ulm University

12.15-12.30

Questions

10.30-12.30
Veranda 1

1c: Cardiovascular diseases
Chairs: Seppo Ylä-Herttuala, Petra Korpisalo

10.30-11.00

INV038 Angiogenic gene therapy
Seppo Ylä-Herttuala, A.I. Virtanen Institute, University of Eastern Finland;
Kuopio University Hospital

11.00-11.30

INV039 Gene therapy and genome editing for heart failure
Roger Hajjar, Icahn School of Medicine at Mount Sinai School, New York

11.30-11.45

Proffered papers
OR008 Increasing endothelialization of coronary stents with local adenoviral
VEGF-A gene therapy in naïve pig coronary arteries
Jarkko Hytönen, University of Eastern Finland, Kuopio

11.45-12.00

OR009 GRK2 expression levels appear to determine the beneficial outcome
of AAV9-mediated βARKct gene therapy in different mouse models
of inherited cardiomyopathy 
Ralf Bauer, University Hospital Heidelberg

12.00-12.15

OR010 Therapeutic angiogenesis: novel insights in the mechanism of action
of FGF-4
Gabor Rubanyi, Angionetics, San Diego CA

12.15-12.30

Questions
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PROGRAMME
FRIDAY 18 SEPTEMBER 2015
12.30-13.00

ESGCT Assembly

Finlandia Hall

12.30-14.00
Piazza

Lunch

14.00-15.30

2: Therapeutic targeting of non-coding RNAs
Chairs: Hidde Haisma, C. I. Edvard Smith

Finlandia Hall

14.00-14.30

INV040 Genomic dark matter: the expanded RNA world and therapeutic
targeting of non-coding RNAs
Kevin Morris, The Scripps Research Institute, La Jolla CA; University of New
South Wales, Sydney

14.30-15.00

INV041 Transcriptional gene silencing of HIV using Aptamer-siRNA Chimeras
Marco Weinberg, The Scripps Research Institute, La Jolla CA; University of
the Witwatersrand, Johannesburg

15.00-15.30

INV042 The macrophage epigenome and the control of the inflammatory
gene expression program
Gioacchino Natoli, European Institute of Oncology, Milan

15.30-16.00
Piazza

Afternoon break
Parallel sessions 2a, 2b, 2c, 2d

16.00-18.00
Finlandia Hall

16.00-16.30

INV043 Dissecting endothelial-to-hematopoietic transition in human iPS
differentiation with single-cell analysis
Niels-Bjarne Woods, Lund University, Stem Cell Center

16.30-17.00

INV044 Development of new technologies for the safer translation of iPSCs
for regenerative medicine
Tani Kenzaburo, Kyushu University; University of Tokyo

17.00-17.15

17.15-17.30
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2a: Innate immunity and stem cell therapy
Chairs: Sarah Ferber, Angelica Loskog

Proffered papers
OR011 Immunomodulatory properties of human MuStem cells: assessing
their impact on adaptive and innate immunity
Judith Lorant, INRA UMR703 PAnTher, LUNAM Université, Nantes
OR012 Targeted genome editing in human long-term repopulating
hematopoietic stem cells for the correction of SCID-X1
Pietro Genovese, HSR TIGET, San Raffaele Telethon Institute for Gene Therapy,
Milan
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PROGRAMME
FRIDAY 18 SEPTEMBER 2015
17.30-17.45

OR013 Innate immune sensors restrict lentiviral gene delivery to human
natural killer cells: novel perspectives on the use of viral vectors
Tolga Sutlu, Sabanci University, Istanbul

17.45-18.00

Questions

16.00-18.00
Helsinki Hall

2b: Epigenetic regulation and
gene editing
Chairs: Kevin Morris, Marco Weinberg

16.00-16.30

INV045 Genome editing in primary human cells and organs: towards the
goal of engineering genetic cures
Michael Holmes, Sangamo BioSciences Inc, Richmond CA

16.30-16.45

Proffered papers
OR014 Assessing the role of LRRK2 G2019S mutation and the genomic
background to the development of PD-related neurodegeneration 
Carles Calatayud Aristoy, Institut de Biomedicina Universitat de Barcelona;
Institute for Bioengineering of Catalonia (IBEC)

16.45-17.00

OR015 Insulin mutation causing neonatal diabetes corrected with CRISPR in
patient-derived iPSC
Diego Balboa, University of Helsinki

17.00-17.15

OR016 CRISPR/Cas9 Assisted Cassette Exchange (CACE) of MHC alleles in
antigen presenting cells enables altered immune activity
William Kelton, ETH Zürich

17.15-17.30

OR017 Genome editing of the BCL11A erythroid-specific enhancer
in bone marrow-derived CD34+ cells for the treatment of
hemoglobinopathies
Kaihsin Chang, Biogen, Cambridge MA

17.30-17.45

OR018 Epigenetherapy for cardiovascular disease: the role of nuclear noncoding RNAs in the regulation of VEGF-A
Mikko Turunen, A.I. Virtanen Institute, University of Eastern Finland, Kuopio

17.45-18.00

OR019 Targeted genome editing in mouse Hematopoietic Stem/Progenitor
Cells (HSPC) to model gene correction of SCID-X1
Giulia Schiroli, Vita-Salute San Raffaele University; HSR TIGET, San Raffaele
Telethon Institute for Gene Therapy, Milan

16.00-18.00
Veranda 1

2c: Ocular diseases
Chairs: Arto Urtti, Robin Ali

16.00-16.30

INV046 Gene transfer of E2F2 induces in situ regeneration
of retinal pigment epithelium
Robin Ali, Institute of Ophthamology, University College London
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PROGRAMME
FRIDAY 18 SEPTEMBER 2015
16.30-17.00

INV047 Expanding AAV cargo capacity in the retina
Alberto Auriccio, TIGEM; University Medical School, Naples

17.00-17.30

INV048 Restoration of vision with ectopic expression of human rod opsin
Jasmina Cehajic-Kapetanovic, University of Manchester; Manchester Royal
Eye Hospital

17.30-17.45

17.45-18.00

OR021 Retinal degeneration in Cln6nclf mice, a model for vision loss in
transmembrane neuronal ceroid lipofuscinoses (NCL), amenable to
AAV mediated gene therapy targeting the inner and outer retina
Sophia-Martha Kleine Holthaus, Institute of Ophthamology, University
College London

16.00-18.00
Veranda 2

2d: Vector safety and genotoxicity
Chairs: Diana Schenkwein, Fulvio Mavilio

16.00-16.30

INV049 The value of clonal repertoire analysis for safe and efficient gene
therapy
Christof von Kalle, DKFZ and National Center of Tumor Diseases (NCT)
Heidelberg

16.30-17.00

INV050 A genome-free integration site analysis strategy allows studying cell
clones with integrations in repeated sequences, readdressing the
hematopoietic reconstitution in gene therapy patients
Eugenio Montini, HSR TIGET, San Raffaele Telethon Institute for Gene
Therapy, Milan

17.00-17.15

17.15-17.30
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Proffered papers
OR020 Humoral immune response against AAV2/2-ND4 vector (GS010) after
intravitreal administration in non-human primates and patients with
Leber Hereditary Optic Neuropathy (LHON)
Céline Bouquet, GenSight Biologics, Paris

Proffered papers
OR022 Target enrichment sequencing for detection of vector integration
sites
Stefan Wilkening, DKFZ and National Center of Tumor Diseases (NCT)
Heidelberg
OR023 HIV-1 mediated insertional mutagenesis increase the persistence
of infected T cells in patients under ART by triggering their
differentiation into long lived T-regulatory and T-central memory
cells
Daniela Cesana, HSR TIGET, San Raffaele Telethon Institute for Gene
Therapy, Milan
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PROGRAMME
FRIDAY 18 SEPTEMBER 2015
17.30-17.45

OR024 Genes located in the proximity of a retroviral insertion site can work
cooperatively and affect hematopoiesis
Teng Cheong Ha, Hannover Medical School

17.45-18.00

OR027 Lentiviral vector infection of CD34+ hematopoietic cells induces
cellular DNA methylation changes independently of vector genomic
integration 
Anne Galy, Généthon, UMR_S951, Inserm, UEVE, EPHE, Evry, France

18.00-19.30
Piazza

Poster session 2. See page 31 for details
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PROGRAMME
SATURDAY 19 SEPTEMBER 2015
MAIN CONGRESS
08.30-10.00
Finlandia Hall

3: Highlights of clinical progress II
Chairs: Adrian Thrasher, Olivier Danos

08.30-09.00

INV051 Gene therapy experiences
Alain Fischer, Hôpital Universitaire Necker –
Enfants Malades, Paris

09.00-09.30

INV052 Thalassemia programme including the preclinical
and clinical data
Gabor Veres, bluebird bio, Cambridge MA

09.30-09.45

Proffered papers
OR025 A first-in-human phase I/II trial demonstrates the safety and the
immunogenicity of a lentiviral-based therapeutic HIV vaccine
eliciting potent polyfunctional multispecific CD8 and CD4 T-cell
responses in HIV-infected individuals 
Cécile Bauche, Theravectys, Paris

09.45-10.00

OR026 AAVrh10–SGSH intracerebral gene therapy in Mucopolysaccharidosis
type IIIA
Mickael Hocquemiller, Lysogene, Paris

10.00-10.30
Piazza

Morning break
Parallel sessions 3a, 3b, 3c, 3d

10.30-12.30
Finlandia Hall

10.30-11.00

INV053 Short and long non-coding RNA therapeutics for cardiac
remodelling
Thomas Thum, Medizinische Hochschule Hannover (MHH)

11.00-11.30

INV054 Promoter-targeted shRNAs differentially regulate vascular
endothelial growth factors
Nihay Laham-Karam, A.I. Virtanen Institute, University of Eastern Finland,
Kuopio

11.30-11.45

11.45-12.00
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3a: RNA therapeutics
Chairs: Vincenzo Cerullo, Mikko Turunen

Proffered papers
OR028 Nuclear miRNAs mmu-miR-466/699, SFMBT2, YY1 and HIF1α in the
regulation of VEGF-A expression
Pia Laitinen, A.I. Virtanen Institute, University of Eastern Finland, Kuopio
OR029 Pre-clinical evaluation of AAV5-miHTT gene therapy of Huntington’s
disease
Jana Miniarikova, uniQure biopharma B.V.; Leiden University Medical Center
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PROGRAMME
SATURDAY 19 SEPTEMBER 2015
12.00-12.15

OR030 Chemically modified guide RNAs enhance CRISPR/Cas genome
editing in human primary cells
Rasmus Bak, Stanford University, CA

12.15-12.30

Questions

10.30-12.30
Helsinki Hall

3b: Neural diseases
Chairs: Nathalie Cartier-Lacave, Karen Kozarsky

10.30-11.00

INV055 Development of a neuronal gene therapy approach for Friedreich
Ataxia
Françoise Piguet, INSERM U596; CNRS, UMR7104; Université de Strasbourg

11.00-11.30

INV056 Hematopoietic stem cell based gene therapy for the treatment of
lysosomal storage disorders
Alessandra Biffi, HSR TIGET, San Raffaele Telethon Institute for Gene Therapy,
Milan

11.30-11.45

Proffered papers
OR031 Intra-cerebral administration of AAV vector containing the human
alpha-N-acetylglucosaminidase cDNA in children with Sanfilippo
type B (MPSIIIB) syndrome: results at 12 months of a phase I/II trial
Marc Tardieu, Université Paris-Sud

11.45-12.00

OR032 Patient-specific gene-corrected iPSC-derived neural stem/progenitor
cells for autologous cell therapy applications in lysosomal storage
diseases 
Angela Gritti, San Raffaele Scientific Institute, HSR TIGET, San Raffaele
Telethon Institute for Gene Therapy, Milan

12.00-12.15

OR033 AAV- APPsα brain delivery rescues synaptic failure in an Alzheimer’s
disease mouse model
Romain Fol, INSERM U1169 / MIRCen CEA Fontenay aux Roses, Université
Paris-Sud; Université Paris Descartes

12.15-12.30

Questions

10.30-12.30
Veranda 1

3c: Blood-related diseases
Chairs: Juan Bueren, Sandeep Soni

10.30-11.00

INV057 Gene therapy for primary immunodeficiencies in Japan
Masafumi Onodera, National Center for Child Health and Development,
Tokyo

11.00-11.30

INV058 Gene therapy for beta-thalassemia: moving from the preclinical
phase to the clinical trial
Giuliana Ferrari, HSR TIGET, San Raffaele Telethon Institute for Gene
Therapy, Milan
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PROGRAMME
SATURDAY 19 SEPTEMBER 2015
11.30-11.45

11.45-12.00

OR035 A new conditional mouse model to unravel the platelet defect in
Wiskott–Aldrich syndrome
Lucia Sereni, Vita-Salute San Raffaele University; HSR TIGET, San Raffaele
Telethon Institute for Gene Therapy, Milan

12.00-12.15

OR036 A prospective clinical trial of autologous TARGT™ prolonged EPO
secretion showed EPO-independence in EPO-dependent ESRD
patients 
Shany Blum, Medgenics Medical Israel, Ltd, Misgav

12.15-12.30

OR037 Correction of CTLs cytotoxic function defect by SIN-lentiviral
mediated expression of Munc13-4 in type 3 familial hemophagocytic
lymphohistiocytosis
Tayebeh Soheili, Institut Imagine, Inserm U1163, Paris

10.30-12.30
Veranda 2

3d: Muscle and mesenchyme-related diseases
Chairs: Thierry vandenDriessche, Nicholas Mazarakis

10.30-11.00

INV059 Gene therapy for inherited muscle diseases 
Fulvio Mavilio, Généthon, Evry

11.00-11.15
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Proffered papers
OR034 Lentiviral-mediated correction of mobilized CD34+ progenitors and
repopulating cells from Fanconi anemia patients
Juan Bueren, CIEMAT/CIBERER, Madrid

Proffered papers
OR038 Next-generation muscle-directed gene therapy using skeletalmuscle specific transcriptional modules identified by genome-wide
computational analysis 
Marinee K L Chuah, Free University of Brussels; KU Leuven

11.15-11.30

OR039 Neuroprotection in an ALS mouse model following peripheral
delivery of motor neuron targeted aCAR-IGF-1 Lentiviral vector
Nicholas Mazarakis, Imperial College London

11.30-11.45

OR040 Spell-checking nature: interrogating the versatility of the CRISPR/
Cas9 system for the treatment of Duchenne Muscular Dystrophy
Daria Wojtal, Hospital for Sick Children; University of Toronto

11.45-12.00

OR041 Adenoviral vector transduction of designer nucleases restores DMD
reading frames in dystrophin-defective muscle cell populations 
Ignazio Maggio, Leiden University Medical Center

12.00-12.15

OR042 Human artificial chromosome-mediated genetic correction of
human dystrophic skeletal muscle progenitors for the autologous
cell therapy of Duchenne muscular dystrophy
Francesco Saverio Tedesco, University College London
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PROGRAMME
SATURDAY 19 SEPTEMBER 2015
12.15-12.30

OR043 Gene transfer of MTMR2 prolongs survival and rescues the pathology
in a murine model of myotubular myopathy
Ana Buj Bello, Généthon, Evry

12.30-13.30
Piazza

Lunch

13.30-14.30

4: Genetic medicine: current challenges and future prospects
Chairs: Seppo Ylä-Herttuala, Michel Sadelain

Finlandia Hall

13.30-14.00

INV060 Defining, modifying, and improving the specificities of CRISPR/Cas9
nucleases
Keith Joung, Massachusetts General Hospital; Harvard Medical School

14.00-14.30

INV061 DNA integration in human gene therapy
Frederic Bushman, University of Pennsylvania
Parallel sessions 4a, 4b, 4c

14.30-16.15
Finlandia Hall

14.30-15.00

15.00-15.15

4a: Metabolic diseases and primary immune
deficiencies
Chairs: Alessandro Aiuti, Jenni Huusko
INV062 Evolving gene therapy for primary
immunodeficiency
Adrian Thrasher, University College London
Proffered papers
OR044 Pre-clinical workup of lentiviral mediated stem
cell gene therapy for mucopolysaccharidosis type IIIA 
Brian Bigger, University of Manchester

15.15-15.30

OR045 Efficient targeted gene addition to a safe harbor locus in long-term
repopulating hematopoietic stem cells for correction of X-linked
Chronic Granulomatous Disease via genome editing 
Fyodor Urnov, Sangamo BioSciences Inc, Richmond CA

15.30-15.45

OR046 Ex vivo liver-directed gene therapy in a pig model of hereditary
tyrosinemia type 1 
Raymond Hickey, Mayo Clinic, Rochester MN

15.45-16.00

OR047 Guanylyl cyclase A-targeted gene therapy for polycystic kidney
disease 
Yasuhiro Ikeda, Mayo Clinic, Rochester MN

16.00-16.15

OR048 Human T effector and T regulatory cell differentiation and response
are distinctly controlled by FOXP3 expression 
Francesca Santoni de Sio, HSR TIGET, San Raffaele Telethon Institute for Gene
Therapy, Milan
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PROGRAMME
SATURDAY 19 SEPTEMBER 2015
14.30-16.15
Helsinki Hall

4b: Oncolytic vectors and therapies
Chairs: Vincenzo Cerullo, Hrvoje Miletic

14.30-15.00

INV065 Systemic administration of VSV expressing cDNA libraries to treat
established tumours
Richard Vile

15.00-15.30

INV066 Oncolytic adenoviruses: versative tools for killing tumor cells,
inducing anti-tumor immunity and facilitating T-cell therapy. A
summary of rodent and human data
Akseli Hemminki, Haartman Institute, University of Helsinki; Helsinki
University Hospital Comprehensive Cancer Center; TILT Biotherapeutics Ltd

15.30-15.45
15.45-16.00

OR053 An oncolytic adenovirus (Ad∆19K) sensitises pancreatic cancer cells
to cytotoxic drugs by promoting DNA-damage and aberrant mitosis
through inactivation of checkpoint mediators 
Gunnel Halldén, Barts Cancer Institute, Queen Mary University of London

16.00-16.15

OR054 CD30-targeted oncolytic virotherapy of Hodgkin Lymphoma 
Alexander Muik, Paul Ehrlich Institute, Langen

14.30-16.15
Veranda 1

4c: Non-viral vectors
Chairs: Samir El-Andaloussi, Zoltan Ivics

14.30-15.00

INV063 Oligonucleotides for splice-switching and
DNA duplex invasion 
C. I. Edvard Smith, Karolinska Institutet,
Karolinska University Hospital Huddinge,
Stockholm

15.00-15.30

INV064 The TargetAMD project – Using Free of Antibiotic Resistance
gene (pFAR4) miniplasmids for a Sleeping Beauty (SB100X)
mediated gene therapy to treat neovascular Age-Related Macular
Degeneration (nAMD)
Gabriele Thumann, Department of Ophthalmology, University Hospitals of
Geneva

15.30-15.45
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Proffered papers
OR052 Development of oncolytic vaccine for cancer treatment 
Vincenzo Cerullo, Faculty of Pharmacy, University of Helsinki

Proffered papers
OR049 A Phase 2b clinical trial of non-viral gene therapy in Cystic Fibrosis
patients: randomised, double-blind, placebo-controlled repeated
aerosol delivery to the lungs 
Deborah Gil, UK Cystic Fibrosis Gene Therapy Consortium
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PROGRAMME
SATURDAY 19 SEPTEMBER 2015
15.45-16.00

OR050 Efficient non-viral gene delivery by minicircle Sleeping Beauty
transposon system into hematopoietic stem cells for gene therapy
applications 
Marta Holstein, Paul Ehrlich Institute, Langen

16.00-16.15

OR051 Ultrasound-targeted delivery of chemotherapeutic drug and nucleic
acids by gas-filled cationic liposomes 
Anthony Delalande, CNRS, Université d’Orléans

16.15-16.45
Piazza

Afternoon break
Parallel sessions 5a, 5b, 5c, 5d

16.45-18.45
Finlandia Hall

5a: Modelling and IPS cells
Chairs: Juan Bueren, Matti Korhonen

16.45-17.15

INV067 rAAV-mediated gene therapy for metabolic liver disease; prospects
and challenges in paediatric patients
Ian Alexander, Children’s Hospital at Westmead; Children’s Medical Research
Institute; University of Sydney

17.15-17.45

INV068 AAV-based delivery of APP and PS1 in adult mouse hippocampus
identifies initial steps of Alzheimer’s disease
Nathalie Cartier-Lacave, INSERM UMR1169, Université Paris-Sud; CEA, DSV,
FBM, MIRCen, Fontenay-aux-Roses

17.45-18.15

INV069 Pluripotent stem cell (PSC)-derived myeloid cells as a novel source
for cell and gene therapy strategies 
Tom Moritz, REBIRTH Cluster of Excellence, Hannover Medical School

18.15-18.30

Proffered papers
OR055 Pulmonary Macrophage Transplantation employing HSC- or iPSCderived cells as an innovative gene therapy approach in Pulmonary
Alveolar Proteinosis 
Miriam Hetzel, Hannover Medical School

18.30-18.45

OR056 Comprehensive atlas of activity and “integrome” of human
hematopoietic stem/progenitor cells
Serena Scala, HSR TIGET, San Raffaele Telethon Institute for Gene Therapy,
Milan

16.45-18.45
Helsinki Hall

5b: Exosomes and nanoparticles
Chairs: C. I. Edvard Smith, Petri Mäkinen

16.45-17.15

INV070 Engineered extracellular vesicles for biomedical applications
Samir El-Andaloussi, Karolinska Institutet; University of Oxford
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PROGRAMME
SATURDAY 19 SEPTEMBER 2015
17.15-17.45

17.45-18.00

Proffered papers
OR057 The use of transgenic extracellular vesicles (EVs) expressing
membrane-bound CD39/CD73 for treatment of inflammatory
disease 
Susanne Snoek, Academic Medical Center; Arthrogen BV

18.00-18.15

OR058 Extracellular membrane vesicles from umbilical cord blood derived
mesenchymal stromal cells protect against ischemic acute kidney
injury, a feature that is lost after inflammatory conditioning 
Lotta Kilpinen, Finnish Red Cross Blood Service, Helsinki

18.15-18.30

OR059 Polyplex nanomicelles assembled with neprilysin mRNA augmented
clearance of beta-amyloid peptide from intracerebroventricular
infusion 
Chin-Yu Lin, University of Tokyo

18.30-18.45

OR060 Exosomes from human Cardiac Progenitor Cells: development of
GMP-grade manufacturing and testing methods 
Marina Radrizzani, Cardiocentro Ticino

16.45-18.45
Veranda 1

5c: Regulatory issues
Chairs: Minna Hassinen, Otto Merten

16.45-17.15

INV072 Latest news from the CAT – progresses and challenges in
development of ATMPs
Paula Salmikangas, Finnish Medicines Agency

17.15-17.45

INV073 Accelerating the development of gene therapy products: a global
regulatory view
Anne Virginie Eggiman, bluebird bio, Cambridge MA

17.45-18.15

INV074 Obstacles and opportunities to gene therapy approval and usage
for clinical disease
Yuman Fong, City of Hope, Duarte CA

18.15-18.30

18.30-18.45
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INV071 G-force loading of virus vectors into vesicles for enhanced gene
therapy vehicles
Zachary Fitzpatrick, Massachusetts General Hospital

Proffered papers
OR061 Does the common use of national regulatory pathways undermine
the general European regulation on Advanced Therapy Medicinal
Products? 
Aurélie Mahalatchimy, University of Sussex
OR062 Environmental risk assessment for gene and cell therapy products:
tips and tricks to avoid pitfalls with clinical trial and market
authorisation applications 
Ursula Jenal, Jenal & Partners Biosafety Consulting, Rheinfelden
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SATURDAY 19 SEPTEMBER 2015
16.45-18.45
Veranda 2

5d: Vascular biology and imaging
Chairs: Johanna Laakkonen, Roger Hajjar

16.45-17.15

INV075 Translational insights into vascular growth factors 
Kari Alitalo, Biomedicum Helsinki, University of Helsinki

17.15-17.45

INV076 Cardiovascular molecular imaging in health and disease
Juhani Knuuti, University of Turku; Turku University Hospital

17.45-18.15

INV077 Gene therapy for heart and lung transplantation
Antti Nykänen, University of Helsinki

18.15-18.30

Proffered papers
OR063 Vammin induces a highly efficient angiogenic response through
VEGFR-2/NRP-1 and bypasses the regulatory function of VEGFR-1 
Pyry Toivanen, A.I. Virtanen Institute, University of Eastern Finland, Kuopio

18.30-18.45

OR064 EphrinB2/EphB4 signaling controls the switch between normal and
aberrant angiogenesis by VEGF 
Andrea Banfi, University of Basel; Basel University Hospital

20.00-01.00

Molecular Mingle gala evening – Restaurant Sipuli. See page 44
Carriages will depart from Finlandia Hall at 19.30. Return coaches will depart at
23.00 and midnight
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PROGRAMME
SUNDAY 20 SEPTEMBER 2015
MAIN CONGRESS
Parallel sessions 6a, 6b, 6c
09.00-11.00
Finlandia Hall

09.00-09.30

INV078 Rebuilding the heart via Paracrine Factor modRNA
and human ventricular progenitor cell-based tissue engineering
Kenneth Chien, Karolinska Institutet, Stockholm

09.30-10.00

INV079 Role of HMGB1 in tissue injury
Katsuto Tamai, Osaka University

10.00-10.15

Proffered papers
OR065 Tracking genetically engineered lymphocytes long-term reveals the
dynamic of T-cell immunological memory
Chiara Bonini, HSR TIGET, San Raffaele Telethon Institute for Gene Therapy,
Milan

10.15-10.30

OR066 Fucoïdan promotes early step of cardiac differentiation from human
embryonic stem cells and long-term maintenance of beating areas
Sofiane Hamidi, Inserm UMR 1009, Institut Gustave Roussy, Villejuif;
Université Paris Diderot

10.30-10.45

OR067 Differences in collateral-dependent muscle perfusion may explain
efficacy variation in clinical angiogenic gene therapy trials
Petra Korpisalo, A.I. Virtanen Institute, University of Eastern Finland, Kuopio

10.45-11.00

OR068 Modulation of neuroinflammatory responses in the cuprizone
mouse model following transplantation of mesenchymal stem
cells genetically engineered to secrete IL13 coincides with the
appearance of multiple alternatively activated macrophage and
microglia phenotypes
Peter Ponsaerts, University of Antwerp

09.00-11.00
Helsinki Hall

6b: Viral vectors II
Chairs: Kari Airenne, Christof von Kalle

09.00-09.30

INV082 Improving liver-directed gene therapy and CRISPR/Cas9-based
hepatic genome engineering
Thierry VandenDriessche, Free University of Brussels; University of Leuven

09.30-09.45
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6a: Regenerative medicine
Chairs: Sarah Ferber, Niels-Bjarne Woods

Proffered papers
OR073 DARPins as tool for flexible vector targeting – specific manipulation
of GluA4 positive interneurons in defined brain areas
Jessica Hartmann, Paul Ehrlich Institute, Langen

ESGCT/FSGT COLLABORATIVE CONGRESS 2015

PROGRAMME
SUNDAY 20 SEPTEMBER 2015
09.45-10.00

OR074 A novel RNA virus-based episomal vector system for long-term stem
cell modification
Akiko Makino, Kyoto University

10.00-10.15

OR075 Expression of three allogeneic MHC Class I in recipient liver
significantly prolongs survival of fully allogeneic vascularised cardiac
allografts
Alexandra Sharland, University of Sydney

10.15-10.30

OR076 CRISPR/Cas9-based COL7A1 editing for recessive dystrophic
epidermolysis bullosa
Araksya Izmiryan, INSERM U1163, Institut Imagine, Paris; University Paris
Descartes Sorbonne Cité

10.30-10.45

OR077 Ancestral sequence reconstruction disrupts epitopes yet preserves
AAV structure and function
Heikki Turunen, Schepens Eye Research Institute; Massachusetts Eye and Ear
Infirmary; Harvard Medical School; Grousbeck Gene Therapy Center

10.45-11.00

OR078 Introducing the ‘Transgene Repression In vector Production’ (TRiP)
system: a universal viral vector production system for enhancing
therapeutic vector titre
Daniel Farley, Oxford BioMedica

09.00-11.00
Veranda 1

6c: Bioprocessing of cell and gene therapy products
Chairs: Klaus Kühlchke, Hanna Lesch

09.00-09.30

INV080 Towards optimised large-scale production of viral
vectors
Otto Merten, Généthon, Evry

09.30-10.00

INV081 Recombinant adeno-associated virus production in invertebrate cell
suspension cultures
Robert Kotin, Dimension Therapeutics, Cambridge MA

10.00-10.15

10.15-10.30

Proffered papers
OR069 Extensive comparison of HEK293 transfection process and
baculovirus expression system to manufacture an AAV8-based
treatment for Crigler–Najjar Syndrome
Matthias Hebben, Généthon, Evry
OR070 iCELLis® fixed-bed technology provides an efficient scalable system
for viral vector production 
Hanna Lesch, FinVector Vision Therapies Ltd; FKD Therapies; A.I. Virtanen
Institute, University of Eastern Finland, Kuopio
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PROGRAMME
SUNDAY 20 SEPTEMBER 2015
10.30-10.45

OR071 Human cardiac stem cells for allogeneic cell therapies: integrating
bioprocess development and “omics” characterisation tools
Manuel Carrondo, iBET, Instituto de Biologia Experimental e Tecnológica,
Oeiras; Universidade Nova de Lisboa

10.45-11.00

OR072 Automated lentiviral transduction of T cells with CARs using the
CliniMACS Prodigy
Lauren Nickolay, University College London Institute of Child Health

11.00-11.30
Piazza

Morning break

11.30-13.00

Presidential symposium and awards ceremony
Chairs: Nathalie Cartier-Lacave, Seppo Ylä-Herttuala

Finlandia Hall

11.30-12.00

12.00-12.40

12.40-13.00
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Presidential conference
INV083 CAR T-Cells; where do we go next?
Malcolm Brenner, Baylor College of Medicine
Outstanding Achievement Award
INV084 Gene transfer by lentiviral vectors and gene
editing from bench to bedside
Luigi Naldini, HSR TIGET, San Raffaele Telethon Institute for Gene Therapy,
Milan
Young Investigator Awards
OR079 Reprogramming, iPS cells and human artificial
chromosomes for gene and cell therapy of
muscular dystrophy and beyond
Francesco Saverio Tedesco, University College London

Our work is
delivering a valuable
pipeline
Together with others who share our vision, we are creating a future
where gene and cell therapy become commonplace in treating
disease. We were the first in the world to deliver Lentiviral vector gene
therapy to humans and to date have already treated over 50 patients.
Our current clinical pipeline is targeting Parkinson’s disease, selected
cancers and a number of serious eye diseases. Success in any one
of these difficult-to-treat indications promises substantial rewards
for patients, our partners and shareholders alike. We are pleased
with the progress we are making, but this is just the beginning
as we initiate new R&D programmes in other areas of
high unmet medical need.
Discover more about licensing opportunities:
oxfordbiomedica.co.uk
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GET ONLINE!
Helsinki offers a free WLANservice for residents and travelers
alike. No passwords or registration
required. Just look for “Helsinki City
Open WLAN” from the available
networks. For outdoor hotspots
around Helsinki google “free wifi
Helsinki”.

MARIMEKKO!
The world famous design brand
has its origins in Helsinki. Don’t
miss the chance to purchase some
iconic designs at the outlet store on
Kirvesmiehenkatu 7. See here for a
map: http://outlet2go.com/outletfinland/300-marimekko-factoryoutlet-helsinki-finland
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VISITING HELSINKI
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Temppeliaukio, the famous
“ROCK CHURCH”. Built into solid
rock, the inner wall of the church
has been left raw and unfinished. The
church has excellent acoustics thanks
to its solid copper dome roof, making
it a popular venue for concerts.
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Head over
to SENATE SQUARE at
17.49 each day to hear a sound
installation called the “Sound of the
Senate Square”. It is a modern version
of the European glockenspiel, and runs
for 5 minutes as it travels from one
building to the next.
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Helsinki is a vibrant city bursting at the
seams with art and design. Named
World Design Capital in 2012, the city
is an ideal place to purchase designer
goods, discover fresh designer culture
and marvel at the architecture and natural
beauty of the region. Here are some of the
highlights not to be missed...
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Take a stroll
through Helsinki’s
DESIGN DISTRICT and visit
the Design Museum. Declared
World Design Capital in 2012, Helsinki
is the ideal place to discover fresh
design culture and purchase
designer goods.

©©

FOOD! KAUPPATORI,
Finland’s most famous
market, is the best place on earth
to eat fresh fish. Baltic Herring is a
speciality in September, along with
vendace, hare, trumpet chanterelles
and lingonberry. The market is also
a great place to buy eccentric
gifts such as reindeer – cured,
smoked or dried.
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Don’t miss the SIBELIUS
MONUMENT, more than 600
hollow steel pipes fused together
in a wave-like pattern. You can
also enjoy a MUSICAL TREE TOUR...
look out for QR codes which can be
found on trees in eight of Helsinki’s
parks to hear some of Sibelius’s
wonderful music.
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SUOMENLINNA FORTRESS
ISLAND is one of the most popular
places to visit in Finland. Hop on
a ferry at the Market Square and
enjoy magnificent views of Helsinki
as you head towards this unique
World Heritage Site.
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EUROPEAN SOCIETY OF GENE AND CELL THERAPY
ACHIEVEMENT AWARDS
Outstanding Achievement Award: In collaboration with Human Gene Therapy and Mary
Ann Liebert Publishers, ESGCT presents one award for an established researcher who has
made a long-term, outstanding contribution to the field: €2,000 honorarium and 30-minute
presentation during the annual congress.
Young Investigator Awards: In collaboration with Généthon, €1,000 and a 15-minute
presentation during the annual congress for researchers who are showing exceptional
promise.
Travel grants: Supported by the national societies, up to 10 awards of €250 for PhD and first
post docs. These will be awarded on the basis of abstract score.
Application and nomination details are available at www.esgct.eu/awards.
Note: Eligibility criteria apply

ESGCT EVALUATION
We do hope you have enjoyed the ESGCT/FSGT Collaborative Congress 2015. 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 within the following 24 hours.
If you enjoyed this meeting, would you consider hosting/organising an ESGCT or FSGT
congress in 2018? If so, please forward your proposal to the ESGCT Board as soon as
possible at office@esgct.eu.
ESGCT and FSGT Team
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SAVE
THE DATE
THE AMERICAN SOCIETY OF GENE & CELL THERAPY INVITES YOU TO ATTEND
THE ASGCT 19TH ANNUAL MEETING AT THE MARRIOTT WARDMAN PARK HOTEL
IN WASHINGTON, DC, USA FROM MAY 4-7, 2016.
ASGCT-0815-043

PLENARY SPEAKERS
ASGCT is proud to welcome Dr. David R. Liu, Professor of Chemistry and
Chemical Biology at Harvard University, as the George Stamatoyannopoulos
lecturer on Thursday, May 5, 2016. Dr. Liu is credited with initiating the first
general effort to expand the genetic code in living cells and his research
integrates chemistry and evolution to illuminate biology and enable nextgeneration therapeutics.
Dr. Alain Fischer and Dr. Theodore Friedmann, will deliver the
Presidential Symposium lecture on Friday, May 6, 2016. Dr. Fischer and Dr.
Friedmann were jointly awarded the prestigious 2015 Japan Prize for their
proposal of the concept of gene therapy and its clinical applications.
Dr. Fischer, Director for the Institute for Genetic Diseases (Imagine) and Professor
of Experimental Medicine at the College de France, was the first to clinically
prove the effectiveness of gene therapy on a fatal genetic disease using
hematopoietic stem cell gene therapy.
Dr. Friedmann, Professor of Pediatrics and Director of the Human Gene Therapy
at the University of California, San Diego, is the first to propose the concept of
gene therapy and pioneered the early phases of gene therapy research.

FOR MORE INFORMATION ON ASGCT’S 19 TH ANNUAL
MEETING, VISIT WWW.ASGCT.ORG/AM16
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5TH INTERNATIONAL CONGRESS OF MYOLOGY

2016, March 14-18
LYON CONVENTION CENTRE
FRANCE

UP
N
SIG W!
NO

JOIN AN OUTSTANDING GATHERING
OF INTERNATIONAL EXPERTS IN
MYOLOGY!
Since the last edition of our congress in 2011, Myology has undoubtedly
reached a new milestone: pathophysiological and therapeutic
breakthroughs multiply, and clinical trials thrive. The best specialists in
this emerging discipline will come from the five continents to present
and challenge their latest findings not only in fundamental research
but also in clinical science and therapeutics. At Myology 2016,
excellence will again be at the rendezvous!

Visit our website

www.myology2016.org
➲ Registration Early bird fees until January 31stth 2016
5
➲ Call for posters: Poster submission deadline on October 12th 2016
➲ Notification to the authors on January 15th 2016
68

© J.Leone « centre des congrès de Lyon » - DR / Institut de Myologie

MYOLOGY 2016
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Amgen is researching ways
to help T cells target cancer.

Find it

Fight it
ONCOLY TIC IMMUNOTHERAPY
T cell

Cancer cell

is an innovative area of research that uses a modified
virus designed to help T cells find and fight cancer
cells as part of a systemic, tumor-specific immune
response.1
Learn more at:
www.melanomaantigens.com

Reference: 1. Melcher A, Parato K, Rooney CM, Bell JC. Thunder
and lightning: immunotherapy and oncolytic viruses collide. Mol Ther.
2011;19:1008-1016.
Amgen Ab, branch office in Finland
Keilaranta 16
FIN-02510 Espoo
Finland
tel. +358 9 54 900 500

Amgen. Leading the way
in the study of Oncolytic Immunotherapy.

©2013 Amgen Inc. All rights reserved. NB-NPS-678x-0615-108267, 06/2015

Single Use. Upstream Solutions.
with the Allegro™ Single-Use Systems Platform
Make your total upstream process robust and efficient, from R&D to full production scale with Allegro single-use technology
solutions. Pall now provides an extensive range of next generation single-use bioreactor systems designed for specific upstream
applications including:
• Allegro suspension bioreactors featuring unique design properties for high quality recombinant protein manufacturing.
• Adherent cell culture technology solutions for simple, compact and controlled growth of adherent cells for Cell Therapy,
Viral Vaccines and Gene Therapy manufacturing.
Pall’s single-use bioreactors offer performance improvements, operational simplicity, and improved reliability for your critical
upstream operations.
For more on Pall’s upstream solutions within the Single Use. Multiple Solutions. portfolio,
visit www.pall.com/bioreactors or contact bioreactors@pall.com

© 2015 Pall Corporation. Pall,
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and Allegro are trademarks of Pall Corporation. ® indicates a trademark registered in the USA. GN15.6323

The leading international journal
for gene therapy research

Submit your next manuscript
and benefit from:

Editor-in-Chief: Seppo Ylä-Herttuala

l

Executive Editor: Robert M. Frederickson
The Molecular Therapy family of journals

l

The flagship journal of the American Society of Gene and Cell
Therapy, Molecular Therapy is dedicated to publishing important
peer-reviewed research and cutting-edge reviews and promoting
the sciences in genetics, medicine and biotechnology.
Discover the Molecular Therapy family of journals:

Journal reputation and impact
Rigorous and efficient peer-review by gene and cell
therapy research specialists

l

Fast decisions and rapid online publication

l

Global reach and discoverability via nature.com

l

Wide dissemination and high visibility

l

Open access option available

Find out more: www.nature.com/mt/

Polytheragene has developed a new family - PTG1 - of
transfection reagents that enhance two of the major
limitations encountered with currently available
Polytheragene	
  products (low efficiency and high cytotoxicity).
Polytheragene is commercializing 3 types of transfecting
reagents which can be produced under GMP
certification.
4 rue Pierre Fontaine, 91058 EVRY, France
http://polytheragene.genopole.fr
contact@polytheragene.fr

-

PTG1.R for transfection of mammalian cell lines
for research use.
-PTG1.P for the production of recombinant proteins
in CHO cells.

Comparative Transfection of HEK293 cells with
PTG1.L, bPEI and CaP with a pDNA mixture
(pTRIP-ΔU3-CMV-EGFP, pCVM D8.91 and VSVG) encoding lentiviral particles.

viral titer (pi/ml)

- PTG1.L for production of lentiviral particles.
6.E+06
4.E+06
2.E+06
0.E+00

24

48

Post-transfection collection time (h)
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BIOPHARMACEUTICAL
MANUFACTURING

BUILDING BETTER SOLUTIONS TOGETHER

DEVELOP SOONER, TEST SMARTER, MARKET FASTER
Visit us at booth 1 and online at bioreliance.com

©2015 Sigma-Aldrich Co. LLC. All rights reserved. Sigma-Aldrich, SAFC, and EX-CELL are trademarks of Sigma-Aldrich Co. LLC, registered in the US and other countries.

Together, we can
control your
bioprocess.
Parker Hannifin Oy
tel: +358 (0)20 753 2500
email: lifescience.finland@parker.com

www.parker.com/dhsingleuse
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On the cutting edge of CNS gene therapy science

Lysogene is proud to support the ESGCT and its members
Lysogene is a global biotechnology company, a leader in the basic research
and clinical development of gene therapy for neurodegenerative disorders.
Lysogene’s mission is to radically improve the health of patients suffering from incurable life
threatening conditions by developing AAV vectors that have demonstrated their effectiveness
in safely delivering genetic material to the central nervous system.
Lysogene’s most advanced product candidate is rAAV vector serotype rh.10 carrying the
human N‐sulfoglucosamine sulfohydrolase (hSGSH) for the treatment of MPS IIIA. The
recently completed Phase I/II study in four MPS IIIA children demonstrated that the gene
therapy and neurosurgical procedure is safe, well tolerated and exploratory efficacy profiles
are encouraging (Tardieu 2014). A phase IIb pivotal clinical trial is under preparation.
Lysogene also has a programme underway for the development of an AAV based treatment
for GM1 gangliosidosis. A phase I/II clinical study, in the EU and US, in GM1 patients is
planned for 2017.

Lysogene is currently expanding its pipeline to other genetic diseases affecting
the central nervous system. For more information, please visit www.lysogene.com
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Evalu ating ad va nced-the rap y m ed icin al prod uc ts

GenoSafe is a full contract research and consulting organization
which specializes in evaluating the quality, safety and efficacy of
innovative biological products.
Our activities encompass 4 domains of activities:

We advise and assist our clients in fulfilling their testing needs
including the development steps that address challenges
encountered during product development:
• Development and validation of specific analytical methods
• Samples analysis

Choose G enoSafe
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* G LP and G CP compl iance

* 10 y ear s of experi ence

* C ontinuous innov ati on

* A personal iz ed appr oach

* Rel iable long -term partner

* E uropean Leader

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

Genethon, created by the AFM-Telethon, has the mission to make
innovative gene therapy treatments available to patients affected with
rare genetic diseases.Having played a pioneering role in deciphering the
human genome, Genethon is today one of the leading organizations for
the development of gene therapy treatments.
The pipeline of Genethon includes products currently in international
clinical trials and at preclinical stages, for immune deficiencies, muscular
dystrophies, ocular 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:

Member of

© C. Hargoues - P. Latron
J.P. Pouteau

www.genethon.fr
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FINLANDIA HALL
Finlandia Hall, Mannerheimintie
Finlandia Hall is a masterpiece by the renowned
Finnish architect Alvar Aalto. Its combination
of an all-embracing aesthetic vision, distinctive
atmosphere and functionality is unique. Its location
in a park by the sea in the centre of Helsinki
provides the final touch to a building that has no
equal, either in Finland or anywhere else.
Tel: +358 9 40241
Email: servicepoint@finlandiatalo.fi
www.finlandiatalo.fi

Speaker ready room:
Orchestra lounge (next to the main auditorium)

Registration & Information Desk
For payment and membership queries and any other
information regarding the Congress:
Thursday 17 September 08.00–20.00
Friday 18 September 08.00–20.00
Saturday 19 September 08.00–20.00
Sunday 20 September 08.30–14.30

Tourism Information Desk
Located next to Registration Desk.
Thursday 17 September 15.30–17.00
Friday 18 September 10.00–16.00
Saturday 19 September 10.00–17.00
Sunday 20 September – closed

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

In case of emergency, contact:
Gaëlle Jamar, Event Manager
Tel: +44 7766 475379
Email: office@esgct.eu

Cybertastic café:
Located on the ground floor just behind the
reception desk by the back entrance.

1

WIFI name: FINLANDIA HALL
There is no password
There is also free wifi at various hotspots in
the city: see www.visithelsinki.fi/en/come/
welcome-to-helsinki/free-wifi-in-helsinki.

2

Taxis:
Taksi-Helsinki: tel +358 (0)100 0700
Lähitaksi: tel +358 (0)100 7300. You can
also order a taxi online with the application
“lähitaksi”. Available for Android and iOS.
Kovanen: tel +358 200 6060

3

Tram/Bus timetables: www.hsl.fi/en
Speaker hotel information:
Scandic Park Helsinki, Mannerheimintie 46,
00260 Helsinki
Tel: +358 9 4737 1
Fax: +358 9 4737 2211
Email: parkhelsinki@scandichotels.com
www.scandichotels.com
For more information about visiting Helsinki see
page 64 or www.visithelsinki.fi/en. See inside
back cover for map of Helsinki.

© CITY SURVEY DIVISION, HELSINKI

Welcome to...

Free first ride (up to €15) for new users using
the code ESGCT15. See www.uber.com.
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(FINLANDIA-TALO ITÄINEN JULKISIVU): © KATRI PYYNÖNEN/FINLANDIA HALL
PRINTED BY JUVENES PRINT/FINNISH UNIVERSITY PRINT ON FSC CERTIFIED PAPER
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1 Scandic Park Helsinki • 2 Finlandia Hall • 3 Railway Station • 4 Savoy (Speaker dinner) • 5 Sipuli (Gala dinner)

www.facebook.com/esgct
www.twitter.com/esgct
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