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Summary

In vitro studies suggest that duplex RNA could activate
LDLR expression to help treat hypercholesterolemia.

In cultured human liver cells, small RNA duplexes
complementary to the LDLR promoter produced
increases in cell surface expression of LDLR that were
comparable to those produced by the generic cholesterol
drug lovastatin. In the same cells, a combination of RNA
duplexes and lovastatin increased LDLR expression
compared with either agent alone. Next steps include
testing duplex RNA-based gene activation with other

targets.
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