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Abstract: Deepening understanding of disease mechanisms has made RNA biology a promising field for

drug development. By intervening with RNA expression, splicing, translation etc, new therapeutic modes have
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been established for metabolic diseases, inherited diseases and cancer, and several drugs have been approved

for patients. In the RNA medicine field, aside from siRNA and antisense oligonucleotide, small molecule has

yielded successful drugs, and new modules such as RIBOTAC are also emerging. Existing small molecules can

modify many steps of RNA biology, including its transcription, splicing, transport, translation and stability

control. In this review, we discuss small molecule drugs targeting these different aspects of RNA biology and

introduce screen methods for discovering RNA-targeting small molecule drugs.

Key Words: small molecule drugs; inherited disease; RNA stability; RNA splicing; RNA translation; drug

screen method

VRN AR f A5 B A% 38 i A% v i A% 0 v TR) BT
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