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Development of therapeutic oligonucleotides without ligand conjugation.
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Here we developed a new class of RNaseH independent therapeutics
oligonucleotide without a ligand conjugation. We assessed in vitro and in vivo efficacy of
double-stranded SSO (splicing switching oligonucleotide) targeting dystrophin, which is causative
gene of Duchenne muscular dystrophy (DMD). We achieved exon skipping of the dystrophin mRNA by
double-stranded SSO in vitro and in vivo.
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