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Development of molecular therapy for Alport syndrome
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The purpose of this study is to prove the basic concept of the exon-skipping
therapy, a molecular therapy, for male patients with X-linked Alport syndrome, the most popular
hereditary nephritis with poor prognosis. The exon-skipping by antisense oligonucleotides will
convert severe mutations to milder ones. In this study, we found that antisense oligonucleotides
actually induced the exon-skipping in cultured cells obtained from patients and in model mice having
the same mutation in the patient. We will apply this therapy to patients with Alport syndrome in

the future.
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