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Summary:

The purpose of this internal meeting was to discuss the outcome of the Cell,
Tissue and Gene Therapy (CTGT) Advisory Committee (AC) meeting held on
Friday, May 12, 2023, and to plan the next steps for this BLA. Clinical, Clinical
Pharmacology and Biostatistics teams stated that the discussion of AC
committee did not support that Sarepta’s micro-dystrophin is reasonably likely to
predict clinical benefit to be used as a surrogate endpoint for accelerated
approval and that they continue recommending a Complete Response based on
the available data. CMC noted that they stand behind Clinicals decision but that
CMC concerns will be addressed prior to approval. Dr. Celia Witten would like to
discuss the review team’s decision with CBER Center Director, Dr. Peter Marks,
before commenting on a path forward.
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