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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. Despite exon b3-skipping using
antisense oligonucleotides for DMD is now entering clinical trials, a unifying method for
assessing the benefit of this treatment is still lacking. Here we propose that miR-1, miR-
133, and miR-206 are valuable biomarkers for monitoring the outcomes of therapeutic
interventions in DMD patients. We have also developed a new imaging method that enables
reproducible quantification of dystrophin by immunohistochemistry and western blot. Our
findings will help to detect small but clinically relevant changes after exon 53-skipping

therapy in patients with DMD.
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