FAA4 diA A3 FE 2deAY 7] AIE A%

135’ oS8 HYE®

AMECIST o\ Dihsl 2 StmA’, A0FRISIIAR, OlSHOIXITHSIT 2| Bkt Mststmal®
= Absfract =

Stem cell therapy in animal models of inherited

metabolic diseases

Dongho Choi', M.D., Dong Hwan Lee?, M.D., and Sung-Chul Jung®, M.D.
Department of 'Surgery, %pediatrics, College of Medicine, Soonchunhyang University, ®Department of

Biochemistry, College of Medicine, Ewha Womens University. Seoul, Korea

Orthotopic liver transplantation is the treatment of choice for inherited metabolic diseases.
However, the supply of donor organs is limiting and therefore many patients cannot benefit from
this therapy. In contrast, hepatocytes can be isolated from a single donor liver. They can be t
ransplanted into several recipients, and this procedure may help overcome the shortage of donor
livers.

A great deal of work with animal models indicates that hepatocytes transplanted into the liver
or spleen can survive, function, and participate in the normal regenerative process. Recent clinical
studies suggest that hepatocyte transplantation may be useful for bridging patients to whole organ
transplantation and for providing metabolic support during liver failure and for replacing whole
organ transplantation in certain inherited metabolic diseases. Nowadays, hepatocytes from various
stem cells have been regarded as an another cell source for treatment of inherited metabolic
diseases. Although cell therapy using stem cells for inherited metabolic disease patient has been
accepted only as an experimental trial yet, hepatocytes from stem cells can solve a lot of
obstacles in the treatment of inherited metabolic diseases.

Key Words: Stem cell, hepatocyte transplantation, inherited metabolic diseases
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3} Watanabe “heritable hyperlipidemic rabbit
(WHHR),” uridine diphosphate  glucuronyl
transferase”7} §1o14 €3 W LPFHAIL &
2 Gunn rat, ¢F9S A X3l Nagase
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Table 1.
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A BEAR

alpha 1-antitrypsin deficiency
Erythropoietic protoporphyria
Lipidoses
Gaucher disease
Niemann-Pick disease
Tyrosinemia type 1

Wilson disease

Crigler-Najjar syndrome type 1

Familial hypercholesterolemia

Urea cycle disorders

Glycogen storage diseases

Peroxisomal biogenesis disorder

Coagulation defects( Factor VII or IX deficiency)
Progressive familial intrahepatic cholestasis(l, II, III)
Bile acid synthesis disorders

Hemochromatosis

Oxalosis
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Table 2. 84 tAFAZA 9] 2HA | Fo] 2] 3}
AT, antitrypsin deficiency, BAEP, brainstem auditory evoked potential

VEP, visual evoked potential
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