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Santhera Receives Grant from Association Française contre les 
Myopathies for its Omigapil Program in Congenital Muscular 
Dystrophy 
 
Liestal, Switzerland, November 3, 2009 – Santhera Pharmaceuticals (SIX: SANN), a Swiss 
specialty pharmaceutical company focused on orphan neuromuscular diseases, announced 
today that the French patient advocacy organization Association Française contre les 
Myopathies (AFM) awarded a grant of CHF 1 million for the development of Santhera’s  
SNT-317 (INN: omigapil) in Congenital Muscular Dystrophy (CMD). This severe, genetically 
determined neuromuscular condition frequently affects infants or young children with life-
threatening progressive muscle weakness. AFM’s grant will finance the remaining non-clini-
cal studies needed before the compound can enter clinical development in pediatric 
patients. A recent publication in Journal of Pharmacology and Experimental Therapeutics 
highlights the beneficial effect of SNT-317/omigpail in a disease-relevant model [1].  
 
Originally developed by Novartis, SNT-317/omigapil was inlicenced by Santhera in 2007 for devel-
opment in CMD. In preclinical studies, the compound inhibited GAPDH-Siah1 mediated apoptosis in 
muscle tissue and reduced body weight loss and skeletal deformation while increasing locomotive 
activity and protecting from early mortality. Santhera has been granted orphan drug designations by 
the US Food and Drug Administration and European Medicines Agency for CMD subtypes caused 
by collagen-VI and laminin-alpha-2 deficiency. 
 
The funding of two non-clinical studies by AFM will enable the clinical development of SNT-317/ 
omigapil in pediatric CMD patients. AFM will be eligible to a success-based repayment of the grant 
after product launch.  
 
“Receiving this financial support from AFM reinforces our commitment to develop SNT-317/omigapil 
for CMD. Professional patient advocacy organization such as AFM are tremendously important in 
advancing translational research into the clinic, particularly for diseases such as CMD for which 
there is no pharmacological therapy available or in advanced clinical development”, said Thomas 
Meier, Chief Scientific Officer of Santhera. 
 
“AFM’s main objective is to pave the way for new treatments that ultimately bring help and hope for 
patients suffering from rare neuromuscular diseases. SNT-317/omigapil is a promising first therapy 
for Congenital Muscular Dystrophy. Through this grant, we support Santhera in driving the devel-
opment of this important compound”, says Serge Braun, scientific director of AFM. 
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About Congenital Muscular Dystrophy 
Congenital Muscular Dystrophy refers to a group of inherited neuromuscular disorders which 
frequently affects infants or young children with life-threatening progressive muscle weakness. A 
recent epidemiological estimate for Congenital Muscular Dystrophy approximates a prevalence of 
0.89 per 100,000. The genetically determined disease is characterized by progressive loss of 
muscle tissue or hypotonia which in severe forms can already affect newborns (“floppy infant 
syndrome”); other symptoms include loss of body weight, skeletal deformations and respiratory dis-
tress. Complications associated with Congenital Muscular Dystrophy cause immobility at young age 
and early mortality. The most common subtypes are Ullrich Congenital Muscular Dystrophy (UCMD) 
and Bethlem Myopathy (BM), caused by mutations in one of the three collagen VI genes, and 
MDC1A which is caused by mutations in the gene encoding laminin alpha-2, a protein in the extra-
cellular matrix of muscle cells.  
 
Neuromuscular diseases resulting from collagen-VI and laminin-alpha-2 deficiency such as the 
UCMD, BM and MDC1A subtypes of Congenital Muscular Dystrophy show severe muscle pathol-
ogy associated with mitochondrial dysfunction and muscle cell apoptosis. Preclinical studies have 
shown that SNT-317/omigapil reduces apoptosis and preserve muscle histology resulting in 
increased body weight, mitigated skeletal deformation, improved locomotion and increased life 
span. 
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* * * 
 
About AFM  
Created in 1958 by a group of patients and their families and recognized as being of public utility in 
1976, AFM (French Muscular Dystrophy Association) has a single objective: to defeat neuro-
muscular diseases. Thanks to French Telethon donations (EUR 104 millions in 2008); the AFM is a 
major actor of biomedical research for rare diseases in the world. Over the last few years, thera-
peutic strategies (gene or cell or pharmacological therapies) have demonstrated their effectiveness 
in animals affected with rare diseases and – for the first selected diseases– in humans. 34 clinical 
trials are under way or in preparation for 30 different diseases thanks to the AFM support. Beyond 
rare diseases, the results obtained will also benefit a larger number of people affected with more 
frequent diseases. For further information, please visit the web site www.afm-telethon.fr. 
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About Santhera 

Santhera Pharmaceuticals (SIX: SANN) is a Swiss specialty pharmaceutical company focused on 
the development and commercialization of small-molecule pharmaceutical products for the treat-
ment of severe neuromuscular diseases, an area of high unmet medical need which includes many 
orphan indications with no current therapy. Santhera’s first product, Catena® to treat Friedreich’s 
Ataxia, is marketed in Canada and in a well-advanced Phase III development program. The drug is 
also investigated in a Phase III study in Duchenne Muscular Dystrophy. Santhera’s pipeline consists 
of three compounds in seven indications including SNT-317/omigapil in Congenital Muscular 
Dystrophy. For further information, please visit the Company’s Web site www.santhera.com. 
 
Catena® is a trademark of Santhera Pharmaceuticals.  
 
For further information, contact  
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thomas.meier@santhera.com 
 
Thomas Staffelbach, Head Public & Investor Relations 
Phone: +41 (0)61 906 89 47 
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Disclaimer/Forward-looking statements  
This communication does not constitute an offer or invitation to subscribe for or purchase any secu-
rities of Santhera Pharmaceuticals Holding AG. This publication may contain certain forward-looking 
statements concerning the Company and its business. Such statements involve certain risks, 
uncertainties and other factors which could cause the actual results, financial condition, perform-
ance or achievements of the Company to be materially different from those expressed or implied by 
such statements. Readers should therefore not place undue reliance on these statements, particu-
larly not in connection with any contract or investment decision. The Company disclaims any obli-
gation to update these forward-looking statements. 


