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Multiple sclerosis (MS) is a chronic inflammatory disease of the central nervous system
(CNS) that primarily affects young adults. The prevalence of MS is rapidly increasing in
Japan. Although several disease-modifying drugs for MS are available, current drugs for
MS pose lots of burden for patients in terms of efficacy, side effects and adherence. OCH
1s a synthetic alpha-GalCer analog which respond to human invariant NKT cells to
exert immunomodulatory effects. The purpose of this study is to develop an oral drug
OCH as a new disease-modifying therapy for MS. Investigator-initiated phase 1 clinical
trial (First-in-human trial) was conducted in NCNP hospital. Single oral administration
of OCH to healthy subjects completed with good safety profiles and
pharmacokinetics/pharmacodynamics data as well as immunological changes after OCH
administrations. During the 28th year of Heisei era, we conducted the trial with
repetitive administrations of OCH for relapsing-remitting MS patients. So far, we
observed no serious side effects. The biomarker analyses using blood samples from

subjects before and after OCH administration suggested substantial immunological
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changes, presumably improving the MS immune-pathology. In addition, Magnetic
Resonance Imaging analyses were performed. Finally, non-clinical studies including

repetitive administrations of OCH to mice and primates completed.
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