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Development of drug delivery system for CRISPR/Cas9 for the treatment of
familial hypercholesterolemia
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In this study, we have developed an in vivo delivery technology of the
CRISPR/Cas9 genome editing system to pave the way for a therapeutic agent for homozygous familial
hypercholesterolemia (FH). Specifically, we have conducted structure-activity relationship studies
on possible locations of targeting ligands and chemical modifications on a CRISPR/Cas system that
targets a highly expressed receptor on the liver parenchymal cells as a delivery scaffold. As a
result, we have succeeded in efficiently delivering the engineered CRISPR/Cas9 system to the liver
while maintaining the repressive effect on the expression of a FH-related gene.
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