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Therapeutic approach for ocular amyloidosis by ocular-targeted multi-functional
drug delivery system
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In the present study, we developed ocular-targeted multi-functional SiRNA
carrier for the therapeutic use of transthyretin (TTR)-related ocular amyloidosis, and evaluated the
inhibitory effect of TTR expression and amyloid fibril formation.
Ocular-targeted multi-functional carrier/TTR-siRNA complex elicited TTR silencing effects in vitro
and in vivo. Furthermore, ocular-targeted multi-functional siRNA carrier showed potent inhibition
of TTR amyloid fibril formation. In conclusion, the present study demonstrated the potentials of
ocular-targeted multi-functional siRNA carrier as a novel TTR-related ocular amyloidosis therapy.
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