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Sc?¥enger receptor-mediated uptake of antisense oligonucleotides into muscle
cells
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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.
Here, we study the uptake mechanism of phosphorodiamidate morpholino (PMO), which has been optimized
to induce exon skipping in models of DMD. We show that the uptake of PMO is mediated by class A
scavenger receptor subtypes (SCARAs) as demonstrated by competitive inhibition in vitro. Also, we
newly developed SCARAL and dystrophin double knockout mice to further confirm the uptake mechanism
of PMO in vivo. These results suggest receptor-mediated uptake for PMO.
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