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In this study, we studied safety and effectiveness of Human ES Cell Regenerative Medicine (haes)
for childhood congenital metabolic disorders, and conducted research aiming at doctor-initiated
clinical trials. Specifically, HAES specifications and test methods were set with consideration of cell
properties, manufacturing method, use method, stability, and testing method, and the basis thereof
was clarified. From the viewpoint that the objective of quality control is achieved as a whole in
consideration of mutual complementary relationship with verification of the validity of the
manufacturing process and consistency maintenance and management method, intermediate
product quality control, etc., rationality Standards and test methods were examined. Evaluation
before the start of the clinical trial was aimed at being regarded as having no problem as the quality
of HAES. Quality control laws including standards and test methods were enriched and improved as
clinical trials progressed. Liver transplantation surgery is an effective radical therapy for patients
with congenital metabolic disorders causing hyperammonemia, but if the patient's weight is small
(5 kg or less), donor's problem (donor adaptation absent Etc.), etc., liver transplantation surgery
may be difficult in some cases. Conservative therapies such as oral therapy and hemodiafiltration
are performed for hyperammonemia in such patients, but problems of difficult systemic condition
management such as control of blood ammonia levels and merger of infectious diseases are pointed
out ing. In this study, human ES cell - derived hepatocyte transplantation therapy is administered
as a treatment for hyperammonemia to patients with congenital metabolic disorder which causes
hyperammonemia which is difficult to undergo liver transplantation surgery. We will try to prevent
complications such as brain damage due to severe hyperammonemia by implementing human ES
cell-derived liver cell transplantation therapy as a bridging treatment. If prevention of
complications due to severe hyperammonemia becomes possible, the effectiveness of radical liver
transplantation surgery will be enhanced. In addition, the shortage of liver transplant donors is
extremely serious, and the number of brain deaths each year remains only around 10 cases against
260 people waiting for brain death liver transplantation in our country. On the other hand, living
body liver transplantation is a medical medicine in which liver transplantation is technically
difficult as liver failure occurs immediately after birth in liver diseases caused by congenital
metabolic disorders, in addition to the ethical nature of healthy people as donors It also contains
problems. In recent years, reports on hepatocellular transplantation therapy as an alternative
method of liver transplantation therapy in other countries are increasing. Fisher & Strom (2006)
and others reported about 61 cases in which hepatocytes isolated from brain dead donor liver were
transplanted to patients with metabolic liver disease. In animal experiments, life-saving / life-
prolonging of fulminant hepatitis model animal is observed, so it is expected to be effective as a
bridging treatment for liver transplantation or for recovery of autologous liver. Even in humans,
efficacy is reported as a bridging first aid for hepatocellular transplantation to fulminant hepatitis
patients and as alternative therapy or curative therapy for metabolic diseases and haemophilia

patients. The impact of creating such new technologies on the medical field is extremely large.
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