
 

 

 

 
October ___, 2014 

 

 

Dr. Margaret A. Hamburg, M.D.    Dr. Janet Woodcock, M.D. 

Commissioner       Director, CDER  

U.S. Food and Drug Administration           U.S. Food and Drug Administration 

10903 New Hampshire Avenue    10903 New Hampshire Avenue 

Silver Spring, MD 20993     Hillandale Building, 4th Floor 

        Silver Spring, MD 20993 

 

Dear Dr. Hamburg and Dr. Woodcock: 

 

Thank you for your ongoing commitment to making treatments available to children with Duchenne 

muscular dystrophy. We have noted the tremendous progress the FDA has made in getting closer to 

achieving the goal of approving the first ever treatment for Duchenne. But, there is much work still to 

do. It is unacceptable that children are dying and losing the ability to walk while the FDA fails to 

evaluate existing research and studies that may provide the evidence needed for the FDA to move 

forward with approving a safe and effective treatment for Duchenne.   

 

We recognize that the FDA faces many hurdles in approving treatments for rare diseases, including 

gathering enough data about the disease itself so efficacy of a treatment can be demonstrated. We 

understand data from a recently published study on the natural history of Duchenne may be applicable to 

eteplirsen. The study is entitled “Long Term Natural History Data in Ambulant Boys with Duchenne 

Muscular Dystrophy: 36-Month Changes” by Elena Stacy Mazzone, et al. While the study is available 

publicly, the individual data used in the study is not. According to the study, individual data is available 

upon request by contacting eumercuri@gmail.com. We strongly urge the FDA to get all of the 

individual data without delay, to collaborate with the study’s authors on review and appropriate use of 

the data, and then use the data to the full extent possible.  

 

We appreciate your prompt attention to this matter, and look forward to hearing your reply. If you have 

any questions, or need additional information please contact Catherine Knowles in Congressman 

Culberson’s office at catherine.knowles@mail.house.gov or at 202-225-2571. 

 

 Sincerely, 

 

 

_____________________    _____________________ 

 

 

 

_____________________    _____________________ 

 

 

 

_____________________    _____________________ 
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