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Validation of a treatment evaluation system for muscular dystrophy using urinary
splicing products as biomarkers
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The clinical aEplication of a therapy that induces exon skipping for
Duchenne Muscular Dystrophy (DMD) has begun. This therapy is currently the most proven and effective
curative treatment. However, the lack of a biomarker to evaluate its effectiveness is an obstacle
to promoting this treatment. We believe that by analyzing mRNA derived from patient urine, it is
possible to create a system to non-invasively and easily evaluate the effectiveness of exon skipping

induction therapy in individual cases. It is expected that the results of this research will
greatly advance exon skipping induction therapy, which is about to be applied clinically.
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