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« Hope lies in dreams, in imagination and in the courage
of those who dare to make dreams into reality »
Jonas Salk, 1914-1995

« The joys of science lie in the work itself;
the ultimate reward being the progress of mankind »
Rosalind Elsie Franklin, 1920-1958



« The utmost limitations in science and discovery are not
at the frontiers and complexity of research but in people’s minds.
it’s all about keeping the faith ... »

a Julien, Antoine et Paul
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ROBIN R. ALl, Institute of Opthalmology, UCL, London, England.

ALBERTO AURICCHIO, Telethon Institute of Genetics and Medicine, FTELE-IGM,
Napoli, Italy.

SEGOLENE AYME, Orphanet, Inserm SCI11, Plate-forme Maladies Rares, Paris, France.

CHRISTOPHER BAUM (and TONI CATHOMEN"), Medizinische Hochschule Hannover,
MHH, Hannover, Germany.

FATIMA BOSCH, CBATEG-UAB, Universitat Autonoma de Barcelona, Barcelona, Spain.

JAN BUBENIK - MILAN REINIS, Institute of Molecular Genetics, IMG CAS, Prague,
Czech Republic.

NATHALIE CARTIER, Inserm UMR 745, University Paris-Descartes, Sorbonne
Paris-Cité, Paris, France.
KLAUS CICHUTEK (and MATTHIAS SCHWEIZER), Paul-Ehrlich-Institut, PEI, Langen,

Germany.

MANUEL J.T. CARRONDO (and PEDRO E. CRUZ), Instituto de Biologia Experimental e
Tecnologica, IBET-ITBQ, Ociras, Portugal.

NICOLE DEGLON, MIRCEN, Commissariat & Z’Energie Atomique-CEA, Saclay, France.?
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!Now at Laboratory of Cell and Gene Therapy, University Medical Center Freiburg,
Engesserstr. 4, D-79108 Freiburg, Germany.

°Now at Laboratory of Cellular and Molecular Neurotherapies, Lausanne University
Medical School (CHUYV ), Lausanne, Switzerland.

3A CliniGene-SAB member until 2010.
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Research-HZI, Braunschweig, Germany.

ZSUZSANNA IZSVAK, Max Delbriick Center for Molecular Medicine, MDC, Berlin,
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Planck Institute for Neurological Research with Klaus-Joachim-Ziilch-Laboratories of the
Max Planck Society and the Faculty of Medicine of the University of Cologne, Cologne,
Germany, European Institute for Molecular Imaging ( EIMI), University of Miinster
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CHRISTOF VON KALLE (and MANFRED SCHMIDT), National Center for Tumor Diseases,
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Evry Cedex, France.

DANIEL SCHERMAN, Inserm U1022, CNRS UMR 8151, Faculté de Pharmacie, Université
Paris Descartes, Sorbonne Paris-Cité, Paris, France; Chimie Paris Tech, Paris, F-75005,
France.

THIERRY VANDENDRIESCHE, Division of Gene Therapy and Regenerative Medicine,
Free University of Brussels-VUB, Brussels, Belgium.

SEPPO YLA-HERTTUALA, A.1 Virtanen Institute, University of Eastern Finland, Kuopio,
Finland

and ODILE COHEN-HAGUENAUER, CliniGene-NoE coordinator, Ecole Normale
Supérieure de Cachan, CNRS UMR 8113; and Oncogenetics, Department of Clinical
Oncology, Hopital Saint-Louis AP-HP,; Faculté de Médecine, Université Paris-Diderot,
Sorbonne Paris-Cité, 75475 Paris Cedex 10, France.

* Anne-Marie Masquelier was CEO of Généthon from 2005 to 2008.
3 Philippe Moullier was CSO of Généthon from 2009 to 2011.
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PEDRO E. CRUZ, ECBio-Investiga¢do e Desenvolvimento em Biotecnologia, S. A.,
Amadora, Portugal.

CHARLOTTE DALBA, Epixis, Paris-Lyon, France.®

FREDERIC HENRY, CleanCells, Boufféré ( Nantes), France.
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FELICIA M. ROSENTHAL, CellGenix Technologie Transfer GmbH, Freiburg, Germany.
MARTIN SCHLEEF, PlasmidFactory GMBH and CO. KG, Bielefeld, Germany.

MARTIN WISHER, Bioreliance Ltd, Stirling, United Kingdom.

OLIVIER ZELPHATI, OZ Biosciences SAS-OZB, Marseille, France.

VINCENT ZULIANI, Genosafe SAS, Evry, France.

CLINIGENE ScIENTIFIC ADVISORY BOARD

LUCIO LUZZATTO (Chair), Honorary Professor of Haematology, University of Firenze;
Scientific Director, Istituto Toscano Tumori, Via Taddeo Alderotti 26N, 50139 Firenze,
Italy.

MAURO GIACCA, /CGEB, Trieste, Italy.”
GABRIEL MERGUI, Genopole® IDF, Evry, France.
TIMOTHY O’BRIEN, REMEDI, University of Galway, Galway, Ireland.

MONIKA PREUSS, Genetics Science Safety and Regulation, Scientific Development and
Bioethics Division, Department of Health, London, United Kingdom.

LEN SEYMOUR, Oxford University and Hospital, Oxford, United Kingdom.

CLINIGENE INTERNATIONAL BOARD

INDER M. VERMA (Chair), Laboratory of Genetics, The Salk Institute, La Jolla, CA, USA.
MICHAEL BLAESE, Institute for Inherited Disease Research, Princeton, Newtown, PA, USA.
MICHELE LIPUCCI DI PAOLA, EURORDIS, Paris, France.®

JACQUELINE CORRIGAN-CURAY, Acting Director, NIH-OBA RAC, Bethesda, M A, USA.
TED FRIEDMANN, University of California at San Diego-UCSD, San Diego, CA,USA.

¢ Epixis now at VBI, France-USA.
7Advisory Board from 2006 to 2010, Partner from 2010 on.
3And formerly Fabrizia Bignami, now at GSK rare diseases.
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KATHERINE HIGH, The Children's Hospital of Philadelphia-CHOP, Philadelphia, PA, USA.
ALASTAIR KENT, Genetic Alliance UK, London, United Kingdom.

NANCY M.P. KING, Wake Forest University School of Medicine, Winston Salem, NC,
USA.

MICHEL MARTY, CITOH-APHP Hoépital Saint-Louis and EuroCancer, Paris, France.
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Biochemistry, Pittsburgh, PA, USA.
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Cancer Center, New York, NY, USA.

RICHARD SNYDER, Center of Excellence for Regenerative Health Biotechnology
(CERHB), University of Florida (UF), Gainesville, FL, USA.

DANIEL TAKEFMAN - CAROLYN WILSON - VICTOR XIAOBIN LU, FDA-CBER, Rockville,
MA, USA.

JEAN-HUGUES TROUVIN, AGEPS AP-HP ANSM and EMA-CHMP-BWP, Paris, France.
NICOLE ZERNIK, President, Europa-Donna Forum France, Paris, France.

CLINIGENE ETHIcAL REVIEW BOARD

ALASTAIR KENT (Chair), member of the International Board.

NANCY M.P. KING (Vice-Chair), member of the International Board.
ALESSANDRO AIUTI, partner.

FABRIZIA BIGNAMI, former member of the Scientific Advisory Board.
KLAUS CICHUTEK, partner.

ODILE COHEN-HAGUENAUER, coordinator.

GOSTA GAHRTON, partner.

MICHELE LIPUCCI DI PAOLA, member of the Scientific Advisory Board.
LUCIO LUZZATTO, chair of the Scientific Advisory Board.

MONIKA PREUSS, member of the Scientific Advisory Board.

CLINIGENE ASSOCIATE MEMBERS

ERIC ALTON and UTA GRIESENBACH, UK Cystic Fibrosis Gene Therapy Consortium,
Imperial College London, London, United Kingdom.

CORINNE AUGE-GOUILLOU, CNRS - University of Tours, Tours, France.

BAS BLITS, NL Institute for Neurosciences and AMT (now UniQure), Amsterdam,
The Netherlands.
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PITER BOSMA, Gaubius Institute for Cardiovascular Research of TNO, Leiden,
The Netherlands.

MARY COLLINS, University College of London, London, United Kingdom.
OLIVIER DANOS, Necker Hospital CNRS and UCL-UK (now, NYC, USA).
JEAN-LUC DARLIX, Ecole Normale Supérieure de Lyon, Lyon, France.

JANE FARRAR, University College Cork, Cork, Ireland.

JURGEN KLEINSCHMIDT, DKFZ, Heidelberg, Germany.

BERNARD MASSIE, University of Montreal, Montreal, Canada.

AMIT NATHWANI, Haematology, Cancer, University College London Hospitals, London,
United Kingdom.

MARC SITBON, /GMM, CNRS-Inserm, Université de Montpellier 2, Montpellier, France.
MICHAEL THEMIS, Imperial College London, London, United Kingdom.
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WITH THE EDITOR’S SPECIAL THANKS TO:

m Fernand Sauer and Octavi Quintana-Trias, for their thrilling vision of the European
research area and advancement of progress in Human Health,

®m Mario Capecchi and Bob Weinberg for triggering deep inspiration and perseverance,
® Paul Janiaud for sharing his magical views and unlimited enthusiasm,

m Wonderful colleagues of the Euregenethy EC-DG research network [Fatima Bosch,
Pedro Cruz, Manuel Carrondo, Klaus Cichutek, Nicole Déglon, George Dickson,
Bernd Gdnsbacher, Gosta Gahrton, Luigi Naldini, Felicia Rosenthal,

Seppo Yli-Herttuala ], together with Christian Auclair, Stephen J. Russell, Lucio
Luzzatto, Inder Verma, Gabriel Mergui, Pierre Tambourin, Ted Friedmann and

our late friend Ketty Schwartz who placed trust in the initiation of the CliniGene-NoE,

m Fatiha Sadallah, Arnd Hoeveler, Brigitte Sambain, Jean- Emmanuel Faure,
Gérard Rivieres and Jacques Demotes,

m Jacqueline Corrigan-Curay and Allan Shipp for fruitful interaction,

m Celia Tunc and Nicolas Creff, the two main CliniGene managers who gave graceful
everyday life to our endeavour with special dedication and to Michel Profeta,

m The amazingly gifted young trainees - acting as professionals - of the NSIGM A
(ENSIMAG, Grenoble, 2006) and ESCP Europe Conseil ( ESCP-Europe, Paris,
2010) junior enterprises who produced our dedicated CliniSoft scientific and strategic
software and the CliniGene Strategic-Business Plan, respectively,

m Caroline Duros, Alexandre Artus for shared jubilation and high fidelity,
m Dr Marc Espié, for his patience, generosity, humanism and faithful support,

® The whole administrative staff of the Ecole Normale Supérieure de Cachan and its
former President, Jean-Yves Mérindol,

m Late Sabrina Tafuro-Ayuso for initiating the CliniGene training courses
with Fatima Bosch,

m Marc Sitbon and Jean-Michel Heard for pivotal initial training,
m Isabelle Benoit and Christian Grenaudier, for sharing style with science,

m EDK Publisher, in particular the lovely and smart Martine Krief and Frangois Flori,
acting as a magician,

m Enlightened Cloro who gave me birth twice and took us to have faith in whatever
would be done, should be for love.

It’s all about keeping the faith, hope and turning dreams into reality
O.C.H.
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