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Item 8.01.    Other Events

On September 28, 2017, the U.S. Food and Drug Administration’s (FDA) Peripheral and Central Nervous Systems Drugs Advisory Committee (PCNS) met
to discuss ataluren (Translarna™) for the treatment of nonsense mutation dystrophinopathy. The single question to the advisory committee was “The best
interpretation of the information presented today regarding the use of ataluren for the treatment of dystrophinopathies resulting from nonsense mutations in
the dystrophin gene is that:...".

The vote was cast as follows:

No votes for  “the data suggest that ataluren is not effective.”

10 votes for “although it is possible that ataluren may be effective, the data are inconclusive, and more work would be needed to establish whether ataluren is
effective.”

1 vote for “the data are sufficient to conclude that ataluren is effective.”
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