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Study toward practical use of oligonucleotide therapeutics

Takao Inoue”, Tokuyuki Yoshida

Over the past decade, oligonucleotide-based therapeutics such as antisense oligonucleotides and small

interfering RNAs (siRNAs) have been developed extensively. For example, mipomersen (Kynamro™;

ISIS Pharmaceuticals), which is a second-generation antisense oligonucleotide administered by

subcutaneous injection, has recently been approved by the FDA for the treatment of homozygous

familial hypercholesterolemia. On the other hands, methods for the evaluation of quality, efficacy and

safety of oligonucleotide therapeutics have not been fully discussed. Furthermore, the regulatory

guidance specific for oligonucleotide therapeutics has not been established yet. Under these

circumstances, we started to collaborate with Osaka University and PMDA to discuss regulatory

science focused on oligonucleotide therapeutics. Through the collaboration, we would like to propose the

possible design of quality evaluation and preclinical safety evaluation of oligonucleotide therapeutics.
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