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Duchenne muscular dystrophy (DMD) is an incurable, X-linked progressive muscle degenerative
disorder that results from the absence of dystrophin protein. Very recently, we have
demonstrated successful dystrophin production in muscles of patients with DMD after
treating with exon 53 skipping antisense oligonucleotides (ASOs). However, a weakness of
the current ASO-based approach is that it is mutation—specific. To address this, we have
newly designed ASOs, which are theoretically applicable to more number of patients with
deletion mutations. Here we are now conducting a series of preclinical testing of the ASO
drug to develop a highly efficient single exon skipping therapy targeting a hot spot region
for DMD.
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