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A promising therapeutic approach for Duchenne muscular dystrophy (DMD) is exon skipping
using antisense oligonucleotides (ASO). Here, we successfully completed a phase 1, first—
in—human, open—label, dose—escalation study for DMD patients with a mutation correctable
by exon—53 skipping (ClinicalTrials. gov: NCT02081625). We demonstrated a favorable safety
profile and a promising efficacy of NS—-065/NCNP-01, an exon-53 skipping drug. The ministry
of health labour and welfare granted fast track designation to NS—065/NCNP-01. Currently,

Phase II trials for DMD are ongoing in Japan and the USA.
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