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【Fig. 1 Flow of human ES cell-derived hepatocyte transplantation in this trial】 
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【Background and Objective】 
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K8(5*J:2(:! 65=28! 48(*@)6(*4! :#*#8@! (82!8(826%! (=(56(K62&!(! @4(K62! @B))6%! #9! @4(K62! UB(654%!

12)(4#A%42@!(@!412!A266!@#B8A2!9#8!12)(4#A%42!48(*@)6(*4(45#*!1(@!K22*!412!C82(42@4!A1(662*C2!

9#8!415@!:5@2(@2F!

 "12829#82&! 412!A2*428!1(@!9#AB@2:! #*! 12)(4#A%42@! :285=2:! 98#>! )6B85)#42*4! @42>! A266@!

L1B>(*!DE!A266@M&!H15A1!A(*!K2! )8#65928(42:! (6>#@4!5*:295*5426%! (@! (! *2H!A266!@#B8A2F!Y%!

@4#85*C!1B>(*!DE!A266@!5*!(!@4(42!5*!H15A1!412%!(82!5*:BA2:!4#!:599282*45(42!5*4#!12)(4#A%42@!

(*:!A8%#)82@28=2:&!412%!A(*!K2!B@2:!9#8!2>28C2*A%!48(*@)6(*4(45#*@!(@!H266F!"12!A2*428!1(@!

K22*!82A#C*5X2:!(@!#*2!#9!412!#*6%!4H#!DE!A266!2@4(K65@1>2*4!5*@454B45#*@!5*!'()(*!(5>5*C!4#!

2@4(K65@1!(!*2H!482(4>2*4!>241#:!41(4!A(*!@(926%!5*48#:BA2!*2HK#8*@!4#!65=28!48(*@)6(*4(45#*@!

B@5*C!1B>(*!DE!A266@F!

  



 
                                     

 4 

!"#$%&"'()*+*",-.("&/(0*1*'%23*&#(45*&-6!

【Patient's symptoms and clinical trial outline/results】 
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!

【Fig. 2 Actual state of hepatocyte transplantation】Z!415*!4BK2!A(662:!(!A(412428!H(@!5*@2842:!
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65=28&!(9428!H15A1!;ZDE!L1B>(*!DE!A266J:285=2:!82C2*28(45=2!>2:5A5*2!)8#:BA4&!B))28J6294&!B))28J

85C14&!6#H28J6294M!H(@!@6#H6%!5*N2A42:!654462!K%!654462!=5(!@%85*C2L6#H28J85C14MF 
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!

＜^!H22$@!9#66#H5*C!12)(4#A%42!48(*@)6(*4(45#*＞!
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!

＜V!>#*41@!9#66#H5*C!12)(4#A%42!48(*@)6(*4(45#*＞!

Z! K6##:! 42@4! (4! 412! 45>2! #9! 82CB6(8! #B4)(452*4! =5@54@!5*:5A(42:! *#! (K*#8>(65452@!#9!*#42&! 5*A6B:5*C!

(>>#*5 (!62=26@F!

!

＜W!>#*41@!9#66#H5*C!12)(4#A%42!48(*@)6(*4(45#*＞!

_289#8>2:!65=5*C!:#*#8!65=28!48(*@)6(*4(45#*!H541!412!9(4128!(@!(! :#*#8F!Z9428!412!5>>B*#@B))82@@5=2!

4128()%!H(@!5*42*@5952:!9#8!412!82N2A45#*&!412!A#*:545#*!#9!412!)(452*4!5>)8#=2:!(*:! @BK@2UB2*46%!)(@@2:!

H541#B4!A#>)65A(45#*@F!

!

＜.!>#*41@!9#66#H5*C!65=5*C!65=28!48(*@)6(*4(45#*＞!

P294!412!1#@)54(6!LH541#B4!(*%!@B8C5A(6!A#>)65A(45#*@!(*:!*2B8#6#C5A(6!@2UB26(2MF!Q!>#*41@!(9428!K5841!

(4!:5@A1(8C2F!

!

【Selection criteria/Exclusion criteria for this clinical trial】 
 Z!A156:!) (452*4!H541!*2#*(4(6J#*@24!A#*C2*54(6!B82(!A%A62!:5@#8:28&!H15A1!5@!412!@262A45#*!A854285#*&!

H541! 6#H! K#:%! H25C14! LQ! $C! #8! 62@@M! (*:! @A12:B62:! 4#! B*:28C#! 65=28! 48(*@)6(*4(45#*! H12*! 54! 5@!

:2428>5*2:!@(92!4#!B*:28C#!65=28!48(*@)6(*4(45#*F!`B84128>#82&!:5@2(@2@!@BA1!(@!12(84!:5@2(@2&!6B*C!

:5@2(@2&!*2B8#6#C5A(6!:5@2(@2&!>(65C*(*4!4B>#8&!24AF&!H15A1!(82!@B@)2A42:!4#!K2!5*92A42:!H541!12)(4545@!

Y!=58B@&!12)(4545@!7!=58B@&!ZG<E!=58B@&!H15A1!(82!412!2OA6B@5#*!A854285(&!>B@4!K2!8B62:!#B4F 
 
【Future outlook/Comments from presenters】 
・"12!@BAA2@@!#9!415@!485(6!:2>#*@48(42@!@(924%!5*!412!H#86:I@!958@4!A65*5A(6!485(6!B@5*C!1B>(*!DE!A266@!

9#8!)(452*4@!H541!65=28!:5@2(@2F!G4!5@!2O)2A42:!41(4!415@!A65*5A(6!485(6!H566!K2!B@2:!(@!(!>#:26!A(@2&!

62(:5*C!4#!412!:2=26#)>2*4!#9!82C2*28(45=2!>2:5A5*2!)8#:BA4@!826(42:!4#!65=28!:5@2(@2@F!

!

・! a#5*C!9#8H(8:&!377;< !H566!A#*45*B2!4#!A(88%!#B4!A(@2@!(*:!A#*45*B2!4#!=2859%!412!@(924%!(*:!

2995A(A%F)*）!

!
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・! G*! '()(*&! 412!2@4(K65@1>2*4!#9!482(4>2*4! >241#:@! 9#8! >#82!5*48(A4(K62! :5@2(@2@! (*:! 5>)8#=2: !

482(4>2*4!82@B64@!(82!2O)2A42: &!K%!>($5*C!412!>#@4!#9!412!(:=(*4(C2@!#9!DE!A266J:285=2:!)8#:BA4@!

9#8!=(85#B@!#8C(*@!(*:!:5@2(@2@F!

!

【Remarks】 
"15@!82@2(8A1!(*:!:2=26#)>2*4!H(@!A(8852:!#B4!H541!A##)28(45#*!(@!)(84!#9!412!b2C2*28(45=2!+2:5A5*2!

b2(65X(45#*!324H#8$!_8#C8(>!(*:!412!b2C2*28(45=2!+2:5A5*2!_8(A45A(6!b2@2(8A1!_8#N2A4&!#9!412!'()(*!

ZC2*A%!9#8!+2:5A(6!b2@2(8A1!(*:!<2=26#)>2*4!LZ+D<MF!

!

ccc!

About the National Center for Child Health and Development 
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【Fig. 3 Preparation of HAES (human ES cell-derived regenerative medicine products)】 

Establishment  

Human ES cell line ・Various 

characteristic analysis  

・Safety test  

 

Master Cell  

Bank ( MCB） 

Working 

CellBank（WCB） 

Final product  

Transplantation  

Formulation  

Target cell  

Human ES cell s 

Induction  
differentiation  

Raw materials  



 
                                     

 8 

!"#$%&"'()*+*",-.("&/(0*1*'%23*&#(45*&-6!

 

 

 

 

 

 

 

 

 

 

 

 

【Fig. 4 HAES (human ES cell-derived regenerative medicine products) cryopreserved in a 

liquid nitrogen container】 
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【Fig. 5 Enzyme deficiency site in urea cycle disorder (citrullineemia type I)】 "12!B82(!A%A62!
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【Table 1 Patient incidence and estimated number of patients by disease in Japan】 
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【Fig. 6: The role of hepatocyte transplantation: the need for "bridge treatment" until liver 

transplantation can be safely performed】 
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