
FOR IMMEDIATE RELEASE  

FDA Grants Orphan Drug Designation to EPI-743 and Allows Expanded Access 

in Mitochondrial Diseases Including Friedreich’s Ataxia  

Pivotal Clinical Trials Being Initiated 

FARA, June 8, 2011 -- Edison Pharmaceuticals, Inc. announced today the United States 

Food and Drug Administration (FDA) has granted orphan drug designation to EPI-743 for 

treatment of inherited mitochondrial respiratory chain diseases, including Friedreich’s 

Ataxia (FA).  Edison also announced that the FDA has approved EPI-743 for Expanded Use 

in FA and other mitochondrial disorders and that the company is working closely with the 

FDA and the European Medicines Agency to expedite prospective Phase 2B/3 pivotal trials 

of the drug. 

“We are excited about the encouraging results from Edison’s pre-clinical and clinical 

studies on EPI-743 in FA and other mitochondrial diseases. FARA continues to work 

closely with Edison Pharmaceuticals in advancing EPI-743 as a first-line treatment for FA 

as trial centers are being set up in the United States and Europe,” said FARA President 

Ron Bartek. “We applaud the worldwide EPI-743 Investigator Team and our colleagues at 

Edison for their groundbreaking work on mitochondrial function and disease and their 

relentless effort to provide this experimental drug to seriously ill patients via the FDA 

Expanded Access mechanism.” 

See the Edison Press Releases at: 

http://finance.yahoo.com/news/Edison-Pharmaceuticals-to-prnews-2595072847.html?x=0 

 

http://finance.yahoo.com/news/Edison-Pharmaceuticals-cnw-3685919834.html?x=0&.v=1 
 

About FA 
FA is a rare, degenerative, life-shortening neuro-muscular disorder that affects children 

and adults and involves the loss of strength and coordination usually leading to wheelchair 
use; diminished vision, hearing and speech; scoliosis (curvature of the spine); increased 

risk of diabetes, and a life-threatening heart condition. There are currently no effective 

treatments. 



About FARA 

The Friedreich's Ataxia Research Alliance (FARA) is a 501(c)(3), non-profit, charitable 

organization dedicated to accelerating research leading to treatments and a cure for 
Friedreich's ataxia. Plese visit our website at http://www.curefa.org.  
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