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(£ FB) Phase 2 study of the efficacy and safety of sirolimus in patients with primary
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A Phase Il clinical trial to investigate the efficacy and safety of sirolimus in patients with primary immunodeficiency
was conducted as a physician-led clinical trial. On April 1, 2022, the principal investigator was changed due to the
transfer of the coordinating physician to the National Defense Medical College. In July 2023, the protocol was reviewed
and revised to the 5th edition, which was approved by the IRB. As for the implementation status, two subjects
participated in October and December 2023 at Tokyo Medical and Dental University, five subjects participated in
FY2023, and a total of 10 subjects have participated so far, reaching the target number of patients. In addition, an
efficacy and safety evaluation committee was held to review safety and eligibility of subjects. Ten subjects who gave
consent were enrolled and administered the study drug. Of the 10 patients, 7 completed the study except for 3 patients
who discontinued the drug. The reasons for discontinuation of administration were “(1) When the subject or surrogate
withdrew consent” in one case, “(2) When the subject was found not to meet the eligibility criteria for this study” in
one case, and “(4) When the investigator or subinvestigator judged that continuation of the study was not appropriate”
in one case. A summary report was prepared on the results of the clinical trial for these subjects, and the audit was
completed. As for the biomarker study being conducted as an ancillary study, we are preparing to proceed with the
analysis of primary immunodeficiency patients who are eligible for this study using single-cell analysis technology.
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