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EXONDYS 51 is indicated for the treatment of Duchenne muscular dystrophy (DMD) in patients

who have a confirmed mutation of the DMD gene that is amenable to exon 51 skipping.
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12 CLINICAL PHARMACOLOGY

12.6 Immunogenicity

The observed incidence of anti-drug antibodies (ADA) is highly dependent on the sensitivity and
specificity of the assay. Differences in assay methods preclude meaningful comparisons of the incidence
of ADA in the studies described below with the incidence of ADA in other studies, including those of
eteplirsen.

With administration of 30 mg/kg/week of EXONDYS 51, during the 192-week treatment duration in three
clinical studies, 1 out of 129 patients (0.78%) was positive for anti-eteplirsen IgG and 3 out of 21 patients
with non-missing samples (14.3%) were positive for anti-eteplirsen IgE. Because of the low occurrence
of anti-eteplirsen antibodies, the impact of immunogenicity status on the dystrophin levels,
pharmacokinetics, pharmacodynamics, safety, and/or efficacy of EXONDYS 51 is unknown.
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