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Since 1987, a national, festive and supportive event: 
 

• 30 hr-life TV marathon 
• 200,000 volunteers 
• 20,000 local events 
• 5 million participant 
• 1 million donors 
   on D-Day 
• > 70 partners  
    (private companies, organisations)  

 
 

Budget 2015 : 

121,5 M € 

http://www.toutafm.org/e_img/chapitres/telethon02.jpg


  Patient organizations  

- serve as disease-specific expert 

- reduce bottlenecks/barriers  

- a source of innovation 

 
 

• Create a scientific ecosystem 
- Access to knowledge, expertise , and patients  
- Tools, training and experts that would be difficult or time-consuming  for 

pharma/biotech companies to develop (e.g. in vitro / in vivo assays, outcome 
measures, biomarkers, clinical study data, DSMB, patient registries, biobanks, disease 
natural history data, CIC networks) 

- Resources (e.g. GMP manufacturing, patient enrolment, training, informed consent 
forms) 
 

• Create a regulatory ecosystem 
        - A voice: lobbying and reimbursement, ethics and regulatory committees, EU 
 commissions,… 

 

• Create an economic ecosystem (cost / risk sharing)  



A CATALYST FOR RESEARCH 
 

AND THERAPEUTIC  
 

INNOVATION 



France and abroad 

 > 200 R&D projects / y 
 > 70 fellowships / y 
 > 15 large programs, platforms  
        (project management teams) 

 > 36 clinical trials (25 rare diseases) 

An international network of  
- hundreds of research teams 
- patients organizations 
- 6000 experts 

An integrated environment for therapies of rare diseases 



  

1987:  
Telethon launched 

1990-2000:  
Scientific revolution 

2000-2010:   
Medical revolution 

2010-2016:  
First treatments… 

1987 1992 

1990 1996 

1st  human 
genome map 1st Telethon  

1958:  
AFM launched 

36 clinical trials 

2012 2005 

2003 2010 

1st POC 
 of gene therapy 

1st  reconstitution 
of human skin 

Gene therapy 
Cell therapy 
Pharmacology 



USA 
• Children’s Hospital, Harvard, Boston 
• NIH, Bethesda 
• Harvard University, Cambridge 
• Washington University, St Louis 
• Children’s Hospital, UCLA, California 
• University of Seattle, Washington 
• Medical College of Wisconsin, Wisconsin 
• Stanford University, California 
• Duke University, North Carolina 
• Baylor College of Medicine, Houston 
• Audentes,  San Francisco, 
• Selecta Biosciences, Boston 
• Epivax, Providence 
 

Public partners 

Private partners 

Canada 
• Hospital for Sick Children, Toronto 

France/ 
• Institut de la Vision, Paris 
• Necker hospital, Paris 
• Myology  Institute, Paris 
• CEA, Paris 
• Inserm,  France 
• Institute Imagine, Paris 
• AGTI, Nantes 
• University of Rouen, Rouen 
• Institut Gustave Roissy, Paris 
• I-Stem, Evry 
• CNRS, France 
• Institut Curie, Paris 
• Huguenin, ̈ Paris 
• Gensight, Paris 
• Biomerieux, Lyon 

UK  
• University College of London, 

London 
• Royal Holloway, London 
• Great Ormond, London  
• University of Oxford, Oxford 

Belgium 
• University of Brussels, Brussels 

Germany 
• Paul-Ehrlich Institute, Langen 
• Georg Speyer-Haus Institute, Frankfurt 
• University of Freiburg, Freiburg 
• University of Cologne, Cologne 
• University of Heidelberg, Heidelberg 
• Hannover Medical Center 
Italy 
• Ospedale Bergamo, Bergamo 
• University of Padoua, Padova 
• University of Ferrara, Italy 
• University of Milan, Italy 

Spain 
• CIEMAT, Madrid 
• UAB, Barcelona 
• CIMA, Universidad de Navarra, Pamplona 

Finland 
• Vasa, University 

Swiss 
• Children’s Hospital, Zurich 

Netherlands 
• Academis Medisch Centrum, 

Amsterdam 
Portugal 
• IBET, Lisbon 

Europe/ 

A WORLDWIDE NETWORK OF  
PARTNERS OF EXCELLENCE 



Lentivirus 

POC 

Paving the way 

for more diseases 

• Immunodeficiencies 

• Blood disorders 

• Adrenoleukodystrophy 

• Bone diseases 



 Fatal :  >50% avant 2 ans 

 Muscle weakness, respiratory 

failure 

 No treatment 

Gene therapy of X-linked myotubular myopathy 

Ana Buj-Bello 







1999 

2004 

2014 

Long-term commitment 



Roche buys France's Trophos to expand in 
neuromuscular 
disease                                                                                                                                                              

                                                                                                                                                                                     

                                                                                                                                      

 

Under the terms of the agreement with Trophos, the French firm's 

shareholders will receive an upfront payment of 120 million euros ($140 

million), plus further payments based on certain predetermined milestones 

worth up to 350 million euros. 

ZURICH Fri Jan 16, 2015 2:40am 

• shareholder (9,6%) 

• Exclusive license on Olesoxime 

• Garantee patient access + ASAP  
    - patient access plan 

 - rights back to AFM in case of abandon 

 

• Financial terms 

AFM :  



Win-Win Partnerships 

Niche of endogeneous dormant neural 
stem cells 

Stage 1-re-activate proliferation 

Stage 2- Promote neuronal production Pionner screening campaigns  
using human stem cells 

Tech transfer  
to discover new drugs 
for Alzheimer and schizophrenia  



 Biotechs :  

Trophos, Prosensa, Santhera, Cellectis, Anagenesis, 

Rhenovia, Pharnext, Transgene, Genset, Gensight,… 

 

 

Big Pharmas : Roche, + 2 undisclosed top 5 

 

 

Spin-off companies : 

AFMTelethon and the 

private sector 



AFMTELETHON + BPI France (State Public Bank of Investments)  

rare disease seed funding 

50 M€ fund 

10 year follow-up 

 

As of today  5 start-up 



##

Funding of start-up companies
 Company PAYS ASSOCIATION PAYS2 CAPITAL FUNDING YEAR Colonne1

c Aboena US 15 associations 4 500 000 $ 2014 Aquired by  Plasmatech Pharma

c Acceleron US MDA 1 000 000 $ 2011 ACE-031

c Audentes US

Joshua Fraze Found. 

Myotubular Trust 2013

c Capricor Ther. CA CureDuchenne US 206 000 $ 1 000 000 € 2015 Cardiospheres

c Catabasis Pharm. US PPMD US 100 000 €2014-2015 edasalonexent

c CombinatoRx US

Charley's Fund + Nash 

Avery Foundation US 3 000 000 € 2007

c DART Ther. (Akashi ther.)US PPMD US 300 000 € 2013

c Esperare Foundation CH AFM-Telethon F 2013- Cardiomyopathies

c Halo Ther (Akashi ther.)US Charley's Fund US > 4 600 000 $2012-2014

MDA+15 associations US 1500000 $ 2014

c IONIS US MDA US

DM1. + ALS, Huntington, SMA 

with GSK, Biogen, Roche, ATL

c Lexicon Ther. US CureDuchenne US 5 000 000 $ 2013 sphingosine-1-phosphate lyase inh.

c Milo Biotech US Charley's Fund US 2015 TG Follistatine

c Phrixus Pharm. US Coalition Duchenne US 67 374 $ 2012 poloxamer 188 (P-188), 

c Prosensa NL

AFM+CureDuchenne, 

PPMD

F, 

EU, 

US 5 000 000 $ CureDuchenne 2014

c PTC Ther. US PPMD+CureDuchenne US > 2 550 000 $ 2014

c Reveragen US

PPMD, Foundation to 

Eradicate 

Duchenne+Ryan's Quest 

Found. US > 1 100 000 $2013-2015 VBP15

c Sanofi/Genzyme F MDA US 120 000 $2014-2015 Pompe

c Sarepta US

CureDuchenne, 

Foundation to Eradicate 

Duchenne+Charley's Fund US > 5 500 000 $2007-2010

c Solid Venture US PPMD US 2014

c Summit UK

CureDuchenne+5 

associations+PPMD US 1 750 000 $2011-2012

c Synthena CH Ass. Monegasque Myop. MO > 10 000 000 €

c Talem Technologies US PPMD US 70 531 $ 2015 Exoskeleton

c Tivorsan Pharm. US PPMD+MDA US 565 000 + 1 000 000 $ 2015 Biglycan
17 



A leading role at each step of the path to the drug 

D
R
U
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R& D, pre-industrial Industrial Basic science 

Public : 

Start up  

Start up  

Start up  

Own labs 

Venture 

philantropy 



Rare Diseases National Plans 

+ Orphan Drug status  
       (via Eurordis) 

REGULATORY ECOSYSTEM 



http://www.netcarshow.com/bugatti/2009-veyron_centenaire/800x600/wallpaper_02.htm







