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Nonclinical features of small nucleic acid drugs and the

pharmacology and toxicology evaluation strategy
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Abstract By binding to target messenger RNAs small nucleic acid drugs can treat some diseases by
specifically interfering their genes translations. At present 12 small nucleic acid drugs have been approved in
Europe and the United States and more are in various development stages. Although synthesized chemically they
have their own characteristics and cant be evaluated for non-elinical features only according to chemical drugs”
principle. In this paper the non-clinical features and evaluation strategy of small nucleic acid drugs were discussed
from four aspects i.e. druggability pharmacodynamics pharmacokinetics and safety evaluation on the basis of the
research data of marketed drugs and relevant guidelines.
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