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We aimed to investigate the use of the unapproved or off-label drugs for

hematopoietic stem cell transplantation and analyzed the Japanese nation level registry data. (1) We
retrospectively analyzed the data of 39144 patients who received allogeneic stem cell

transplantation. Chemotherapeutic agent, immunosuppressive drugs, anti-invective drugs were
extracted and coded. The annual trends in the number of patients who used each unapproved or
off-label drugs were obtained. (2) We analyzed the data of umbilical cord blood transplant and
unrelated bone marrow transplant in 272 adults with aplastic anemia, and reported the transplant
outcomes with information of the use of the off-label drugs.
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