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Muscular dystrophy drug falls short at high-stakes meeting 

By MATTHEW PERRONE 

Apr. 25, 2016 8:35 PM EDT 

WASHINGTON (AP) — Federal health advisers voted against an experimental treatment for 

muscular dystrophy on Monday, the latest in a series of setbacks for the Sarepta 

Therapeutics' drug, which has become a rallying point for patients and families affected by 

the deadly disease. 

The panel of Food and Drug Administration experts voted 7-3 that the drug, eteplirsen, was 

not shown to be effective for treating the debilitating degenerative disease. Three panelists 

abstained from voting. 

While not binding, the panel's view carries weight in FDA's final decision whether to approve 

a drug. 

The vote followed a decidedly negative FDA review posted online last week that concluded 

that "there does not appear to be any evidence of efficacy for eteplirsen." 

"I was not convinced the data was there to prove something based on one, poorly controlled 
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study," said Professor Richard Kryscio of the University of Kentucky, who voted against the 

drug. 

Families and patients affected by muscular dystrophy packed the FDA committee meeting, 

often applauding comments from Sarepta scientists while openly rebuking FDA regulators. 

More than 50 speakers addressed the FDA during a public comment period that stretched on 

for hours and included patients, physicians, politicians and even several parents from the 

United Kingdom who said they would relocate their families to the U.S. if Sarepta's drug is 

approved here. 

Panelists acknowledged the anecdotes, including several teenage boys who said the drug 

helped them maintain their strength, though a majority of experts said those results were not 

reflected in Sarepta's data. 

"Unfortunately, what I would consider meaningful evidence from the testimony of the families 

is not properly measured in the study," said Dr. Chiadi Onyike of Johns Hopkins University. 

Eteplirsen is an injectable drug intended to treat a subset of patients with Duchenne muscular 

dystrophy, a fatal genetic disease that causes increasing muscle weakness and eventually 

the loss of basic movement. The disease affects one of every 3,600 boys worldwide and 

usually causes death by age 25, according to the National Institutes of Health. There are no 

drugs that treat the underlying disease, though steroid drugs can slow the loss of muscle 

strength. 

Sarepta's drug is thought to produce a functional protein called dystrophin, which plays a role 

in muscle fibers. 

However, the FDA found numerous problems with the company's study that made it difficult 

to determine how much dystrophin the drug actually produces, and what, if any, benefit that 

gives to patients. The company's primary study included just 12 patients and appeared to 

show an increase in dystrophin of less than 1 percent. 

But because of how the trial was structured, the FDA said, comparing study participants to 

typical muscular dystrophy patients would be an "apples to oranges" comparison. Moreover, 

regulators said the study showed no significant improvement on its primary goal: performance 

on a six-minute walking test. 

FDA officials showed an unusual degree of candor and emotion over the course of the nearly 

12-hour meeting, even addressing the audience directly — something extremely rare within 

the confines of federal meetings. 

At one point, FDA Deputy Division Director Eric Bastings told audience members that he 

understood their fight, noting that his own family sought out experimental treatments for a 

sister who was stricken with a rare illness. But he said that experience could not cloud his 

judgment as a medical reviewer. 



 

 

"My role, regardless of the pressure that has been placed on my division, is to present 

scientific conclusions," Bastings said. "We are a science-based organization." 

FDA staff emphasized that the agency "strongly encouraged" Sarepta to conduct a larger, 

more comprehensive study of its drug with a randomly selected control group of patients 

receiving a placebo — considered the gold-standard of study design. 

The FDA is scheduled to make a decision on whether to approve Sarepta's drug by May 26. 

 

Journal articles 
  
If you wish to see the full text, please reply to this email or contact your local health or 

workplace library. 
 

Title: Central nervous involvement in patients with fukuyama 

congenital muscular dystrophy 

 

Citation: Brain and Nerve, February 2016, vol./is. 68/2(119-127), 1881-6096 (February 2016) 

 

Author(s): Ishigaki K. 

 

Language: Japanese 

 

Abstract: Fukuyama congenital muscular dystrophy (FCMD), the second most common 

muscular dystrophy in the Japanese population, is an autosomal recessive disorder caused 

by mutations in the fukutin (FKTN) gene. The main features of FCMD are a combination of 

infantile-onset hypotonia, generalized muscle weakness, eye abnormalities and central 

nervous system involvement with mental retardation and seizures associated with cortical 

migration defects. The FKTN gene product is thought to be necessary for maintaining 

migrating neurons in an immature state during migration, and for supporting migration via a-

dystroglycan in the central nervous system. Typical magnetic resonance imaging findings in 

FCMD patients are cobblestone lissencephaly and cerebellar cystic lesions. White matter 

abnormalities with hyperintensity on T-weighted images are seen especially in younger 

patients and those with severe phenotypes. Most FCMD patients are mentally retarded and 

the level is moderate to severe, with IQs ranging from 30 to 50. In our recent study, 62% of 

patients developed seizures. Among them, 71 % had only febrile seizures, 6% had afebrile 



 

 

seizures from the onset, and 22% developed afebrile seizures following febrile seizures. Most 

patients had seizures that were controllable with just 1 type of antiepileptic drug, but 18% had 

intractable seizures that must be treated with 3 medications. 
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Abstract: Multidisciplinary treatments including mechanical ventilation and cardioprotective 

therapy have improved life expectancy in many neuromuscular disorders such as Duchenne 

muscular dystrophy. For these patients, central nervous system disturbances such as 

intellectual and/or developmental disability can hinder social activities and communications. 

In myotonic dystrophy, the personality and/or cognitive dysfunction affects medical 

consultation behavior and decreases the efficacy of medical treatments. Understanding 

central nervous system disturbances in myopathies and providing care keeping in mind the 

patient burden are critical for improving prognosis and quality of life. 
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