Meta-analyses of ataluren in patients with nonsense mutation Duchenne muscular dystrophy (nmDMD)
Russell J. Butterfield, Xiaohui Luo, Gary Elfring, Hans Kroger, Peter Riebling, Joseph McIntosh, Tuyen Ong, Robert Spiegel, Stuart W. Peltz, and Craig McDonald for the Ataluren DMD Study Steering Committee
Word count: 150 words
Background: Ataluren is an oral drug that treats nonsense mutation DMD. A phase 2b and a phase 3 trial were conducted to evaluate the efficacy of ataluren.
Objective: To evaluate ataluren in a meta-analysis in nmDMD patients.
Methods: Males 7–16 years with nmDMD, baseline 6MWD of ≥150 meters and ≤80% of predicted, and ≥6 months of steroid use received ataluren 40 mg/kg or placebo for 48 weeks. The primary endpoint in both trials was change in 6MWD.
Results: 291 patients were included (ACT DMD: ataluren, n=114; placebo, n=114; Ph2b: ataluren, n=32; placebo, n=31). A 21m benefit in 6MWD (p=0.0193) was observed in ataluren compared to placebo. Significant improvements in timed function tests (TFTs) were also demonstrated, including time to walk/run 10 meters (-1.4 seconds; p=0.0251), climb 4 stairs (-1.6 seconds; p=0.0184), and descend 4 stairs (-2.0 seconds; p=0.0044).
Discussion/Conclusions: Ataluren demonstrated improvements in 6MWD and TFTs compared to placebo.
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