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Synthesis and characterization of the pilot molecule-conjugated 4’-AA-siRNA which enables the
DDS-free and tissue-specific delivery.

Several siRNA-based molecules are currently evaluated in the clinic. Because RNAI is a powerful
tool which can be used to silence expression of any particular gene, it provides a great opportunity
for siRNAs to be developed to therapeutics. Despite the significant potential benefits, however,
numerous challenges are associated with the therapeutic applications of siRNA. These include the
susceptibility toward nucleases, innate immune stimulation and inefficient in vivo delivery. We
believe that these challenges can be addressed by the rational incorporation of chemical modifications
in the siRNA.
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