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In this study, we examined the safety and effectiveness of products (haes) such as regenerative medicine derived from
human ES cells for urea cycle abnormality. Specifically, for those patients who have difficulty in instant living-body
liver transplantation surgery due to low body weight, absence of donor adaptation among patients with acute urea
cycle abnormality causing hyperammonemia, they are bridging We conducted haes transplantation treatment as a
treatment method and conducted safety assessment and doctor-initiated trial to prevent brain damage due to
hyperammonemia and to manage the general condition until curative living-body liver transplantation surgery could

be performed We aim to reach regulatory approval. The subject is a case in which liver transplantation surgery is
2



difficult in patients with urea cycle abnormality that develops severe hyperammonemia. Thaw frozen haes previously
thawed and carry out cell infusion (cell transplant operation) from the umbilical cord vein or portal vein to improve
urea cycle abnormality.

Through doctor-initiated clinical trials, we confirm efficacy and safety and aim for obtaining regulatory approval. In
conducting doctor-initiated clinical trial, accumulation of data on safety and effectiveness of cellular medicine and
establishment of peripheral fundamental technologies. In this study, we are conducting investigational drug
manufacturing according to GCTP (GMP) standards using in-facility CPF (Cell Processing Facility), but at the same
time we are engaged in research and development in collaboration with companies responsible for haes
manufacturing and sales operations.
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