B4 GBI O e E AR B & (At IR B IRIT A3 36)
SERaEE
LOZREVIE., V5 vRNBEADEGT - HIAEICET SERAHR

TENFE FRER R BERER KFHIR)

MRESE

LaSHEEVIR (MPSVD) . 53X U7 7 v~JRid, U Y Y —LMofRERRIBICL D
BREASHBEER CTH D, BL2BEEILV UV FUANRERW-ZOZHRBIZHT S
BEFIEEORS L EDT-, £7 MPSVIOXKIEEF HBG # i AATZLVF T ANV R
EER L, MIR~DEAERRRIE ZAFERER LA 2RI, RIZZ T v ~JEDR
BB GALC ZHLAATE L U F U A VA B B3 L. Milakkls L O~ U 28 £ R TORT
ECORBEERZ R0, FENEBB I OFRE LOBFTEEHFLA TR, &
512 ex vivo gene therapy ~DFifa & LTI 7 v ~_FEHAER U A~DOBHBHEL I
7L, RIEEEFROFB L RINRE D FRBEZORUEITITE > TVRY, Bl
~DEARFEILEVDIREZETDEINDI VU FUANART Z—2 AV TEE,
BEHORE LIEBRFREEZR DS Z ETINODERBOIRE~DRIT TN,

HmRHBHE

IR E] GRS E ALK ERED)
HHEE i (FRF8#)

Mt & (RBYED

A TIRER
AAEZFER LT T v ~FORABIEED O
Lo b LTOEFN &R FIREDRSR

B. AN AE
1. Az LU F A VA

HIV B3k T&% Y NEFVIF 72 FDORIER % rE
L. IRES EFI# N L CLAR—F—BEBEFELT
GFP ZH#LAATIV o F U A NANRT F—(Z MPS
VIO K 1E8EE5E HBG., & 512 Krabbe 7 D R8BSR
GALC %/ u—="7L, 2fEEOHEBLZ L F
UANAEER LT,

2. MlarEss
EBRITHE AT 5 293A Ml 10% 7 AR R M

L HUAEWE L 0% - DMEM (D-10) $5#1 % v
T, 5% AR EDOBRE FICB W T, 37°CTH
BLE, THICH LB VA VA EFHIRE R
Z{E-> TR &, GFP B X UKRIEEFFR O Nl %
L7,

3. FiER~ I ZA~DEE

B4 0—2 OFAER~ T X DOBEFHIR~ER L7z
MR Z 0 A VA% ERIRES UL 1@ TERRETA.
REL, IR COXREBEL L OV R—F—&IEF
S A 5T L7z,

4. B

=h

RN
8 EEHEDOEFELEFE < T AMNLER LI-IEY Bt
A4 0—2 05 4E R~ v ADEFIRE I L CTBHEL,

I

C.#&8 %

1. MPSVID kBB HBG ZHHAAATE T A L
A % e S H 7o MIfaAk (293A) 1 HBG & GFP
i DFEBENEERFEICR 50, FITC 7 «



VA PV SO ERER Cid GFP S8k %
BEFERTETND, BEETNLVTT R~
DEETFEAZHRFAPTH D,

. Krabbe FHDOXKEEEFE GALC #HAAAT Y
A IV R % Y X E 7o MRaEK (293A) Tl GALC,
GFP li i ORBNR LI, EHIZET AT
A~OHFAEREF TIT 1 BEAZDOFICBNT
EEHD 10%DEREEIF LN, LLA
BEOREIBOLNTELT . 4% OBRHBL
BLEZZ b, & 52 Krabbe FDOHFH AR~
T ANOEHBHEIIBEREED LR DA TH
BEHRBEIEONR1 o7,

D. & =&

4 [E]F % 12 MPSVI, Krabbe O K BIZxt+ %

B FEIRRORET 21T o 1278,

LUF AR

R B —DHA =N+ T, S%EFDOHE

AT THRET2ERQ TV, & 5IZ ex vivo gene

therapy & L CEET7TEA LB Hiseiia i

T 2HRbMET TH B,

E. BBELAKRER
BA=LA®

. ARER
NI FE, ZRERBK S, 1 T) : Lentivirus

mediated gene therapy for Krabbe disease
(A7) R HERER RS DNA B
BETFIRFFES 5 13 E B AEETFRES
2 (& & E), 2007.6.30.

. BFEEHM, JRETE], KIGHHIE» LTy

ANARY B —% ATz b a SREE VIR D&
EFIER(AE). AREESEHRKFDNAE
FURFTEG FIEMIZEE 5 49 BB ALR
RH#EEF2 (L), 2007.11.16.

Bt EZ, EARREE, REERTF, HEFE,

(Z7> : H 4R Twitcher Mouse ~® BMT D%
ROBEF (RE). AREESEH KT DNAE
FHEFTELTIBEMZEE 49 BB AERXR
RERF 22 (LJE), 2007.11.15.

G MM EEDOHRE - BHKIR

B AP



EAE T BFFRT R B & EHat R BRI R E )
samtras &

SAYYV—LFEOHBEXIZEITA2F v ) 7—HBORREHE

SHEEE - BIINES C B RFEEFEE FBE L EFF MR

HMRES

TA Y= AFEORBEGTFEEALER ERHBROBHEIC L B IEEDR IS
EBR (MPSVIE) ([ CREBA &7z, Bix ik, EBEMIEMIDH S8 HIAR (SP H#AR) D55 B,
BRI LIz, EOICHIROERLED D HEEHY LEOTHRET S, £ LT,
SP #HBaAs . FMla ~DSLFHEER 41TV, TREHRFT A B, AR, &,
WE. TEHHB~DOS LT 2RI THD Z &L 2WE LS, AEIEE bR~
DOFEOFHEM I RIE STz, ERBROSBMEIIT, thWEBRICL 2 2MEREZFR
L7g<, BEFEALARELMIBTHIZELY, T4 Y Y — LAFROMAEIEICEE

ML EZ D,

A BARB
ERHIIIMFEBREIC L D AMEREFR LA
WHIFETH D . TA VY — LROMEE G IRE
CHEREHRET TH D, Fr 3ERMEMR
(AMC) 7~ b flfE (SP #ifa) o438, E58ICkT)
L7 SENE, S OICEELRD DL HELZHRB L,
BRSO EHE A RR IO THRET 5,

B. ARG %

FBEEEMRL (AMC) 36 & U o SP i D75 B

Bk RO FIEGHL 1) TIT-o 72, BRI TR
DOFEEICEE L TAF L,
1. HROEXEEHHEER

AMC % 57B#%.2, 3um OFLEH T2 Transwell®
Insert (TI. Corning) bIZ#EFE L THEZE L 7=, 10

HBRIZ.TIO LB I OTFNLE 42 OMAEEEIR L,

FACS (2T SP i & fiftr L7z,

2. AMC-SP fifam & i~ D57 1LiFE

Passage Number (PN) 5 7*5 PN 7 & AMC-SP
%. 20% FBS &% DMEM/F12 |2 THEEED 9
B L e D F TR L, BHEMHFERE IS A

L7, 14 BRING 21 BE., FEHEEZITo7,
Flharvbo—LE#MICIE 5% FBS &6
DMEM/F12 % A\ 7o, 558134 T 37°C.5% CO2
SMMETFTITo 77,

. S vbrRBRmHEEREDOREEIZELD
AMC-SP O 5HEEEE
PN 97725 PN 11 ® AMC-SP & 7 v kR
Bz, ZRZha 2000 fElem? & 725 £ H I

CHEFEL. 20% FBS &# DMEM/F12 Z MW T

37°C. 5% COz &M T CtE®ET o7z, HIER
BR%A 3 H#%(Z 1 X Insulin/Transferrin/ Selenium
(ITS. GIBCO)&# DMEM/F12 (ZH5izs#a L
37C. 5% CO2 T THE#EZI1T-72, 10 HHE
F CHERR Ak L7,

4. BIEHEEY—H—DORIRBH

—WHUAIE, B Pax3 Bk, $1T MyoD1 Hifk,
H Myf-5 $i{k, $1 Myogenin Hifk, #i Desmin
pifk. $Hl Myosin Hifk, flb MEHUEZ AV T,
PER D S GLayEI L 0 T LTz,



5. BRHEEERGFOFKIREH

ORISR L LBz T D7 T A ~<— (MyoD,
Desmin, Myosin) % T, RT-PCR 2 & 593k
DFENZE > THEAT L7z,

(i B ~ DBLRE)
FEWMABENA 74— Ravty b EET
L. FEWEVIBRSIRERC AR ORMEE 1T 5,

C. IRKER
1. HROEREEZEHLEER

TI (Corning) LIZHEFEL THEEL, TI Lo
fa & TI ToHMAa% EYY LT FACS THEHT L7z,
TI ® k& TFizkir 5 SP fMilaoEI&izzhEth
1.0%. 0.6%ToH v, TIEELTHORhAMC iZ
B 5 SPMlaDEIE (0.2%) LHETL L. A
BEiIiZEH L Tuwiz, FACS THEMIZKBW T,
Hoechst Blue Jx a0 558 DRV #lE (R41{b
REASEIVY) AE LT,

2. AMC-SP O B8~ D LFER
HHEMHICEET 2~ — I —DORBAEMAT LI &
Z A, Pax3 B LU Myf-5 ORBNFHER I NTZ, B
A E R (FBS, HS, Hyd, Dex, TGF-beta &
) EHVIZEEIS. FE 14 B BICERBHROT
AR SN, AERAETIX, FE 14 HEIR
VT Desmin OFHREAHER I, FE 21 BEIZE
VT Desmin OFIREDOEMNNSHER S N7, — 5,
Control HEili CHEZE U7 AHMAIX, 21 AREIEEEL
7% T% Desmin DRI NAD SN2 DT,

3. 5 ERREEER E L IERRES
BB~ OB SRR T 5 = L 2
SNTWAT v BRI & DRI L 5
BB ERR 21T 57, - $45% 10 A HIC
B IS SRR S N, T ORI LT
ik MEHURE AW REiaiz k) . Ao
1 SOME LB OB TFEL TS Z L BB
b, 7. L5 5 BB OMEICH LT,

RT-PCR (Z L W BB LEEBEF TH D
MyoD1, Desmin, Myosin D3&3 % fi#g#r U 7= fE R,
AMC-SP & J v MR & OEEER O A
T MyoD1,Myosin OFH L7z, & 72 Desmin i3,
AMC-SP THHEE L TW A28, 553 TIIaEE
L7z,

D. &% &

EBMIE A 3 1 m OFLEH T 5 Transwell® Insert
(TD L CTHEE(TIER)T5 L MianYy o XL
EEOBENZEY TI LIS EEO®BMIE B
TEDLDOWMENHD, £Z T SP MfaDER%
mHHEBT, TIRE %2 AMC IZ/SA LT, AMC
FTIHR LA, TIEFETORVWEA L
T SP Hifa DR FETHM L7z, BIH,
E AR 5 O SP #ilEiX 0.02~0.05% TH
D, AMC-SP % 02% ThHH I & kT 5L,
TI 553 D SP MAITH 5 o L7, AJE%
RAnadZ Lzl v, SPifa (@i % & e HilasE
H) #BWERTHRINTE 5 Z L LD
BT LTRESERTHEEZ D,

AMC-SP DB A~ — 7 —HBFT OFRER . B
BHmbO~ 2% —#BEFTH5H Pax3., Myf-5
DREBANRHR SN, iz, BROHBEEHMIC L
D AMC-SP 3B O EZ L. A
Hifel~—H—T&H 2 Desmin R L71=, I 5|,
7 v MaRFAE R & oIz L Y AMC-SP
IS EMEE & BRSNS 47~ L. Desmin &
EHFHI LD~ A Z —BEFTHDH MyoDl, &
W& & /X7 Th D Myosin & FHIB L1,
INHD I EHH, AMC-SP X B M ~D5y
LEEEETHZ AL RS T,

—F., A7 44— U X (Mdx <7 R)
~OBHEBREOBMBOBEERSEN THD Z
ENRTRENTWD, APFEIZEBWT, AMC-SP &
7 v MR & oHEERIC X Y . AMC-SP
HEBRHRETICBOTEWERGSLEEE R
TEMREZLN, Mdx v U A~OBHEIZ L HIEH
RPN D,



E. & &

AMC # TI¥& 35 Z L CSPHIlas £< B
LM+ SBECEHZ ERHALMNE R oT, £
LT AMC-SP (iR ~DstHFEETED
TENHBH LT,

AMC-SP i3 i B L 22 EREFRL
BRWHIlTH L ECENEE LM TH D, €
LCHRMm,. &, . Bl ~a g s
N TH D Z L 2BE LN, SEOHFEH
LMk~ Ds b 52 mbiex b omfa T
HDHZ xR LT,

FRAE M S A BE, KEER SN D BB ML, &
HACMER D2, b EETHY . BicF
BALES THDHZ LY, MRERTEEDE
LR EMMIRTH D,

F. IRER

1. F3CHER

1) Kobayashi M, Yakuwa T, Sasaki K, Sato K,
Kikuchi A, Kamo I, Y Yokoyama Y,
Sakuragawa N : Multilineage potential of
side population cells from human amnion
mesenchymal layer. Cell Transplantation,
In press.

2) Parolini O, Alviano F, Bagnara GP, Bilic G,
Bliuhring HdJ, Evangelista M, Hennerbichler
S, Liu B, Magatti M, Mao N, Miki T,
Marongiu F, Nakajima H, Nikaido T,
Portmann-Lanz CB, Sankar V, Soncini M,
Stadler G, Surbek D, Takahashi TA, Redl H,
Sakuragawa N, Wolbank S, Zeisberger S,
Zisch A, Strom SC. Concise review : isolation
and characterization of cells from human
term placenta outcome of the first
international Workshop on Placenta Derived
Stem Cells._Stem Cells. 2008 Feb ; 26(2) :
300-11.

2. FRBR

D /e . MILZ M, mET, X o, &

2)

3)

4)

5)

6)

G.
1.
1)

2)

R RIES Al bEEa—T 4 71X
MZERMBOEIHE L RET 5.5 25 EIRAE
M B2 2007.8.3. B

bk BB R RINES v FEEDID
DASGCREHIR D5 \%’E): ZD%53{tEE, % 25
B A AZREER TR, e, 2007.8.30.

ZIY S N ﬁ% iR, BINES ¥
[ LM% vz o 2 GV B0 44t
M BT B RET, %' 22 [B] A AAEFEG I FR
e, B, 2007.12.1

Yamasaki J, Okahara-Narita J, Iwatani C,
Tsuchiya H, Sakuragawa N, Torii R : Effect
of epidermal growth factor of in wvitro
maturation of cynomolgus monkey (Macaca
oocytes. USA, 2008.1

Yuki Kitahara, Mamoru Kobayashi, Ming
Cong Wang, Hiroko Taniguchi, Shuhei
Hiroshi  Takahashi, Norio

Sakuragawa, Junko Hori®

fascicularis)

Kameya,
Antigenicity of
human amnion mesenchyme cell-derived
side population cells 1in xenogeneic
subretinal transplantation. ARBO , Frorida,
USA, 2008.4
SEF  RERER ALERIL, DARE—,
Bk L BRINES . /BB  RBESR T ISR
T3 b b ERREZE R B O M PR AR~
SEHEE TE HABEERTERE. 4

AR, 2008.3.13

MR EEO R - FHRIKR

RS

O BE Jr ik ks L OV Ak i P ZE MR
HIFEA « BRERAREE, LEFRE, =7y 7
¥AK i+ F RIES

¥ BE : 2007-049128

HFER : 2007/2/28

P A R 2 L—3 3 AR E D
HFEA - ALBERE, B =T > 7
FEAE  BILEM, BIINEE

DIRAEST 15



¥ JE : 2007-107812
HEER : 2007/4/17

3) FIEALERS LB L OO0 A%
HEEA - ERZERE., ) =7 > 7
FEE IR T, INES
¥ JFE : 2007-108077
HFEH : 2007/4/17

4) RALRIPF O HI i E R A ANA R N E h

# Vo RERIRT DR 5 1k

HBEA - ERERRE, LBEFRE, =77
HAE  BEE=. RIESB. Ik #

¥ 8 : 2007-165929

HEEE : 2007/6/29

2. ERBERE: oL
3. T A2 L



B4 S BB NI R A& (B R BRI 7S H )
S RdEE

ERRHEBEICS T 5 EMHHRBEORARNUAR L IRENBIELHILICEHT SR

SHEMRE MR — REREEFREAEDRERFLERBE - 83
MW HE « REEE R R FEFHEEDRFLRHLEERME - 5B
WIEHNE - EAES RlERFEFMEMBRE R/ NRBE - 36
MW NE  mRILTE RERFEFREMZRFERNERT - B1E)

MEREE

DNREIZIT 1985 F~2005 FI2E MEMAABMENFEIT SN A RERBRFEKBOELE 149 41
IZDWT, ZOBRKRMBE, BHEAE, BERER. WEDIREZBETL,

BEOMSRE 2o FRBE L TUILISEHEN R H S (72 H).
TEIFEEY A br 7 4 —(ALD) 3 45 il Th o7z, B TITHE MR 121 ], tkns 28 #i THAIHY

WEUBE T,

FEBHED FF—Ii% 77 FIA M igkE (R 64 fl, KB 7461, B8 6 41) . 72 B THMEE TH Y . 111
$T HLA 23 —8 L TV /o, BEMIaEE 122 61 CERE, 1 AR MM, 1 61 CF i+ RiHm

Mfa, 25 I THER M TH -7,

115 #1(77.2%) TIIHIEIBHE T K —HEEDOEENE LU, 24 #1(16.1%) TidfEHR I N TV,
15 Bl CHBHMHE. 16 TIiE 2 B IThiv, &EIZIEE 120 #1(80.5%) RAEFF T, 29 #il(19.5%) 73

FEL LT,

RF—HMBD4 BRSO N ETOELF (A XY MERICEBRICAMICHEBEL TWERT & LTI
BEARalE & LCoF . FiE M —, HLABEA ., FERFTLE (7 2V T 7 VERORILE) 2 £ T
ot SEEFNT CIIBHMIRERS B Th 2 MR (L T 50D H 53

Uk, B E T HLA A ORI E 2 13FEMGE 25 OB BN R bRE LI BEN RS

no & kEmrionis,

2EORFHE HD Tz, &k

BRRF Lo T,

A BRREBEM
ARSI T 5 BT RS REECS
VT % iE M IR AE O B & 1 AR BGIZRRAT L.
EENIERIE AR T DL ChH D, REEITZ
NE ThAPEIZBW TE I N/ RERHET
PR ABITRT 9 D E MBI L DV TEEM R R AT
EITHOZEEBMIE LT,

B. B
LA OB T, B AEMIBRESES
L AN LR A R T 5 TV 3 M

JagiieEEH T — 4 2RI LT, bAEIB,
T 1985 4E~2005 42 1& M MABAE A3 fifT 4
TR KRR REREBOBE 149 HlIIZHOWT, £
DEGRWIFE. B E, BREMRR, BRDR%
et L7,

n¥, F—FOHACH T > Tk B AN ik
FEMEMRBHEEZ R b IS h#lag
MEENET -7 EBEBRDOARE AT, EA
b &Nz — & DI EFFT L1,



C. IR&ER
1. BHEgR

1985~2005 EDMAMIC LA EIZI W THEM &
Nz RERBRF R BB 5 E 0SB
FEFIE 149 T, BBAED 15 Bl 3 BB OBE
2 1 [EfThh Tz,

B EMMER L 35 MiFR T. 1 ik H 7= OBHE
E1%0E 40 BILL EAS 1 MEs%, 15~20 [E1A% 2 Mgk,
5~10 [E123 3 Mgk, 5 [EIKREA 29 Mgk TH o7,

2. fEBIEE

KR &g o TR BT A 2 SHE (LUF MPS) 72
B (T2 12 6, IS BY 4 4], DAY 44 5], TIHY 2 5],
VR 4 5] VIS 4 il VIRY 2 ), BIBRE TR
Fe 7 ¢ —(LLF ALD) 45 i, 1 -cell 5 6 fif, 2
oA a2 a7 (LT MLD)7 #i.
Gaucher 5% 4 5], GM1 gangliosidosis 4 .
Krabbe #i 4 5|, Nieman-Pick #% 3 ffil, Zfh 4
5 (Galacto-sialidosis, Alfa-Mannosidosis, Pompe
%, multiple sulfatase deficiency) TH-7-,

BEOWRTEME 121 $1, Lotk 28 6T, HlE
FEAERF DRI 0 7% 6 5], 1 7% 11 $1, 2 7% 24 B,
3wk 12 ). 4% 17 . 5% 11 #, 6 &% 13 #,
7% 12 B, 8K 11 . 9% 8 fil. 10 LAk 24
FlTH T,

3. Fr—s&UBiEiRIR
WIERBRERF O K —1X 77 BB (R 64
. KB 7H. B 6 FH). 72 ATHEMBE TH
0, 111 ¢ HLA 8 —E L T\ 7=,
BRI 122 I CEEE. 1 FHECRH &
i, 1 GO BE + R A LR RERe . 25 6] TR ML T
Hol,

4. £

115 #1(77.2%) TIZHEBHE T KT —lk D4
EnEoh, 24 §1(16.1%) TIXEHEIL, 10 F
TIFHBREE Th o7, AFICH L THANCEHEE
DOHBIE R L TWETF & LT, BEMals

L CoOF# EHFmcx L <), Fig N7 —, HLA
BERF—RREThoT,

5 £%%

149 #iH 120 #1(80.5%) 34 fFH T, 29 i
(19.5%) BFEL L7z,

WO AETFER (0S) & A N MEFE
(EFS. NI —HMDOKEHNREZENRELNTAE
FR)ICHABICHAFACHBE L TWEEFE L TE
BHEMRR S LCoOEE, [Fia N — HLA &5,
FERHFATLE (7 AN T 7  EEOFILE) 72 £ T
Hotem, SEERT CIIBHMBRENEHTH
HNBHEMTHLINDOENEEREFER>T
Y a8

D. ERLHER

OORENCE T D ERERBREREBIINTHE
MEARAAREAE T 1985 D [ —cell FHIZHAE D . LA
B LI TE S 2 BBRENZSHEML, 2005
FFETIZ 49 BITOBELAREINTND,

HOAE LA T S L, BHEOMRE R oT R
B DL RICHEN D D,

RbEEEEDD MPS TiX, AAERATIEI
@ Hurler FmOMHENEVDIIK L TRAARL Y
DT T ANTIZ N A Hunter 5B OBEE R E VY,
ZD1-% MPS OBELEEKIZ E® 5 DR OEIEN
61% &L E LAz > TV 5,

MPSII L RN TEE A HDD ALD i3 & i X
HHEMBEER 2LV, BRICOARRET S Z
EDD . DEDBLHIZ B W TITEANT BHENL
KELEDDHHRLZoTND,

BRERMER % &5 & | 40 PILL L ORBHE %2 EHE
LCWBHEERA 1 gk, 15~20 FIOBAEH 2
BT, b 3R TREDYEU L FERL T
Wb, ERUERBEESERBICBITABECIZAM
R E IR ST HHRERH D Z L b —H
DOREFRICEFTEHZ ISR L LEEZLND,

BEZNSOBHGIZ DUV CREMARIT 21T -
TWBEZATHY, EMEMIBHEIC L DIEHE



PDREZRAICL, —HOKBTHSE I NI-BERE
FeFE L DB EIT> TV FETH D,

E.

R EERER
s Lo

MEHEK

1. %K

1)

2)

Kato S, Yabe H, Takakura H, et al. H SCT
for inborn errors in metabolism ; A national
survey in Japan. International Symposium
of Lysosomal Storage Diseases. November
30, 2007, Tokyo.

Takakura H, Shimizu T, Kato S, et al.
Hematopoietic Stem Cell Transplantation
for inborn errors in metabolism ; A national
survey in Japan. ASBMT, February 14, 2008,
San Diego.

2.
1)

2)

i

MEE—. BEAEYA e 7 —XBITD
&1 HfaZHE. BRAIN and NERVE, 59 :
339-346, 2007.

Ishiguro H, Yasuda Y, Tomita Y, Shinagawa
T, Shimizu T, Morimoto T, Hattori K,
Matsumoto M, Inoue H, Yabe H, Yabe M,
Shinohara O, Kato S. Gonadal shielding to
irradiation 1is effective 1in protecting
testicular growth and function in long-term
survivors of bone marrow transplantation
during childhood or adolescence. Bone

Marrow Transplant 39 : 483-90, 2007.

G. FMMEEDOHER - FHIKR

BEFERUS 2L
ERFERE L
ZOM 2L






10.

11.

12.

13.

(&
1.

mXFER]

(i@
1.

Ohashi T, Iizuka S, Ida H, et al : Reduced a-Gal A enzyme activity in Fabry fibroblast cells and
Fabry mice tissues induced by serum from antibody positive patients with Fabry disease. Mol.

Genet. Metab. in press, 2008.

. Shiba H, Okamoto T, Futagawa Y, et al : Adenovirus vector-mediated gene therapy using iodized

oil esters for hepatocellular carcinoma in rats. Anticancer research 28 : 51-54. 2008

RN HEINE (L2 2HEOBMELIBRE] PAEFHH $H 437151 A5 : 95~6,AK
ESHdit, 2008 4

Kobayashi M, Ohashi T, Sakuma M, et al : Clinical manifestations and natural history of
Japanese heterozygous females with Fabry disease. J Inherit Metab Dis. 2008 Jan 21

BRFEF, KRG+, /MREA, il : Fabry WO OREICKH 2BERBHRBIEODR « BB TOE
REBIB O, RRREEER RFHESE 122 1 295-304, 2007

Fujimoto K, Sasaki T, Hiki Y, et al : In vitro and Pathological Investigations of MODY5 with the
R276X-HNF1beta (TCF2) Mutation. Endocr J. Dec 54 : 757-64, 2007

Nemoto M, Nishimura R, Sasaki T, et al : Genetic association of glutathione peroxidase-1 with
coronary artery calcification in type 2 diabetes : a case control study with multi-slice computed
tomography. Cardiovasc Diabetol. 7 : 6 : 23, 2007

Ohashi T, Sakuma M, Kitagawa T, et al : Influence of antibody formation on reduction of
globotriaosylceramide (GL-3) in urine from Fabry patients during agalsidase beta therapy.
Mol Genet Metab. 92 : 271-3, 2007

Miyata I, Yoshikawa H, Tkemoto M, et al : Right testicular necrosis and left vanishing testis in a
neonate. J Pediatr Endocrinol Metab. 20 : 449-54, 2007

1 EFHE - Fabry FOBERRIEZI LD 50 ARN. EBM WK EDIRR 2007-2008, FIHES
#, 279-283, 2007 4

# RS  EAR, T, WEOME CHREBL LT 26 BB M, New EFEZ BIET 4/ — XA Y v K-
T7a—F 5 BEKEE, 106-118, HAREFHWAL 2007 F

W ) Y —oE. ARMBRREES, B 25 % 11 5, 1280-1282, FAMEF L, 2007 4.
TR - MOATRITETRE D 2 MMM AR BOBEORTOMES, MERE, HF 39 £ 25
87-92, 2007 .

)|
Eto Y : Enzyme Replacement Therapy in Fabry Disease, UCLA Children Hospital Seminar, USA,
Feb.2007
Eto Y : Recent advances of the treatment for Genetic diseases, Asian Congress of Pediatrics,
Colombo, Mar. 2007
Eto Y : Treatment for Lysosomal Storage Disease, Chinese Society meeting of Lysosomal Storage
Disease, Shanghais , Mar. 2007
o RSN SRR B ORI FIEEN 2 mAILEES.  #RIL, 2007.6.14

5. Eto Y : New Strategy for the Treatment of Genetic Disease, the 24th International Congress of



10.

Pediatrics, Athens, Greece, 2007.9.1

5 EIERS 7 7 7 IROBERIAR O, 5 52 B B A NSRS LMIA. N, 2007.9.14
@R R IRORODOES. EEFBERRRREE. HUR ba T —HRE  BE, H,
2007.9.22

WREER . 77 TV ROBIAOES. BB AR GRS, FLIR, 2007.9.23

WERY . 77 7V ROBERMARE—ROOES. AR 77 7 UVRT +—7 & KR, 2007.9.30
Eto Y : Current Status of Enzyme Replacement Therapy of LSD in Japan, International
Symposium of LSD, Maihama, Nov. 2007

11. MR - 7 7 7 VIROBERMAFRE — L OES. 5 28 [ B AVNEEEM RS, #. 2007.12.8

(F2HR]

1. /AT, KB+, ZREBRT, #EEM - Lentivirus mediated gene therapy for Krabbe disease.
HRBELEM RS DNA EXEFTEEGFIRFEER 5 13 BIEAEEFREYR. 4EE,
2007.6.30

2. AHEBUN, DHIES], KRG+, ZRERT, SERERT, @EER : Lo F VAR Z—F Hn
7o b 2 ZFEEVIRL OB IR, HIZESER KT DNA EFSHERTEIE AR % 49E
BALRRHEFEFE. W, 2007.11.16

3. BUHEZ, HAKESR, REERTF, DKRES], XKIG-h, @EMEE, SIS - AR Twitcher
Mouse ~® BMT DR DHF. HREESER KT DNA EXFERTEEFISRPTIEE. 5 49 [
AARERARHRFEER. ILF, 2007.11.15

Bk ®2

(XX FR]

1. Ichinomiya S, Watanabe H, Maruyama K, et al : Neurological assessment of GM1-gangliosidosis
model mice. Brain Dev 29 : 210-216, 2007.

2. Ogawa S, Kanto M, Suzuki Y : Development and medical application of unsaturated
carbaglycosylamine glycosidase inhibitors. Mini-Rev Med Chem 7 : 679-691, 2007.

3. Lei K, Ninomiya H, Suzuki M, et al : Enzyme enhancement activity of N-octyl- 8 -valienamine
on f-glucosidase mutants assoctated with Gaucher disease. Biochim Biophys Acta 1772 :
587-596, 2007

4. Suzuki Y, Ichinomiya S, Kurosawa M, et al : Chemical chaperone therapy : clinical effect in
murine GM1-gangliosidosis. Ann Neurol 62 : 671-675, 2007 (Online, November 9, 2007) .

5. Suuki Y : Chemical chaperone therapy for GM1-gangliosidosis. Cell Molec Life Sci Online,
January 18, 2008.

6. Takamura A, Higaki K, Kajimaki K, et al : Enhanced autophagy and mitochondrial aberrations

In murine GM1-gangliosidosis. Biochem Biophys Res Commun, in press.



FH A
(FRxxF k]
1. Yoshino M, Watanabe Y, Tokunaga Y et al : Roles of some cytokines in bone remodeling and

hematopoiesis in Gaucher disease. Pediatr Int 49 : 959-965, 2007.

o

(& RE]

1. Otomo T, Muramatsu T, Inui K, Yorifuji T, Nakabayashi H, Ohura T, Yoshino M, Tanaka A,
Okuyama T, Ozono K, Sakai N : Mutation analysis of GNPTAB gene in 24 Japanese
mucolipidosis I and II patients. Annual symposium of the Society for the Study of Inborn
Errors of Metabolism 2007. 9. 4-7 (Hamburg)

2. Yoshino M, Watanabe Y, Tajima A, Ida H, Eto Y : Cytokines and Bone remodeling in Gaucher

disease. International Symposium of Lysosomal Storage Diseases 2007.11.29-11.30 (Makuhari)

3. Otomo T, Muramatsu T, Inui K, Yorifuji T, Nakabayashi H, Ohura T, Yoshino M, Tanaka A,

Okuyama T, Ozono K : Mutation analysis of GNPTAB gene in 36 Japanese mucolipidosis II and
Il patients : genotype phenotype correlation? International Symposium of Lysosomal Storage
Diseases 2007.11.29-11.30 (Makuhari)

B &Hl+H
EpEE))
1. A dhiTH - AaSEERBEEOES. BANERSSHEEE  111(10) © 1255-62, 2007.

(& #)
1. B dHTA, NENF 2007 8BTS UNLPREEREBOBEBRDE] H 7 )AV F— R pp.
488-92

5B &

(GRxXHER)

1. Kurai, T., Hisayasu, S., Kitagawa, R., et al. : AAV1 mediated co-expression of
formylglycine-generating enzyme and arylsulfatase A efficiently corrects sulfatide storage in a
mouse model of metachromatic leukodystrophy. Mol. Ther. 15 : 38-43, 2007.

2. Yasuda, T., Miyachi, S., Kitagawa, R., et al. : Neuronal specificity of a-synuclein toxicity and
effect of Parkin co-expression in primates. Neuroscience 144 : 743-745, 2007.

3. Kitagawa, R., Miyachi, S., Hanawa, H., et al. : Differential Characteristics of HIV-based vs.
SIV-based lentiviral vector systems : gene delivery to neurons and axonal transport of expressed
gene. Neurosciece Res. 57 : 550-558, 2007.

4. Miyake, K., Miyake, N., Shimada, T. : Development of targeted gene transfer into human



primary T lymphocytes and macrophages using high-titer recombinant HIV vectors. J. Biotech.
129 : 532-8, 2007.

5. Watanabe, A., Yamamasu, S., Shinagawa, T., et al. : Prenatal genetic diagnosis of severe
perinatal (lethal) hypophosphatasia. J Nippon Med Sch. 74 : 65-9, 2007.

6. Watanabe A., Kosho, T., Wada, T., et al. : Genetic aspects of the vascular type of Ehlers-Danlos
syndrome (vEDS, EDSIV) in Japan. Circ J. 71 : 261-5, 2007.

7. Tahara, 1., Miyake, K., Hanawa, H., et al. : Systemic Cancer Gene Therapy Using
Adeno-associated Virus Type 1 Vector Expressing MDA-7/IL24. Mol Ther. 15 : 1805-1811,
2007.

8. Miyake, K., Inokuchi, K., Miyake, N., et al. : HIV vector mediated targeted suicide gene therapy
for adult T-cell leukemia. Gene Ther. 14 : 1662-1667, 2007.

9. Kato, s., Inoue, K., Kobayashi, K., et al. : Efficient Gene Transfer via Retrograde Transport in
Rodent and Primate Brains by an HIV-1-Based Vector Pseudotyped with Rabies Virus
Glycoprotein. Hum. Gene Ther. 18 : 1141-1151, 2007.

- 10. Kawakami, T., Kanazawa, H., Satoh, T.,, et al. : AAV-PGIS gene transfer improves

hypoxia-induced pulmonary hypertension in mice. Biochem. Biophys. Res. Commun. 363 :

656-661, 2007.

(2 #)
1. BH FE: L baUA VAT Z— I FEEKORZR L OE - TR BNEZREE, =L -
TA - —, BEH, p5b78-598, 2007.

BH OBRX
R FEX]

1. Shimotori M, Maruyama H, Nakamura G, et al : Novel mutations of the GLA gene in Japanese
patients with Fabry disease and their functional characterization by active site specific
chaperone., Hum Mutat. 29(2) : 331. 2008

2. BHHR  ERAWMAE, LH=aPHE, NERH, 38 1 169-170, 2006

3. WEHHK  BPEZDETORRKMBTEE, MRER TR OP D ERRBREIE, NEIBDIE,
69(11) : 1579-1583, 2006

4. BEHHK 2z ) =%, NEAR, 39 #Tl5 1 505-507, 2007

= E#

(%K)

1. BHNE#R, AL E, K¥ESLE  HERBRERER 7Y —= v V2B AN GM1 7Y
A K= 20—F. % 49 B B ARLERRBREFS. I, 2007. 11



2. ML E, KEILE, GUER FERERRERA 7YV =V 72 2BICBRAINT-CGM1 H 7Y
F R—2 20—, BIAEAATRARY J—= T4 TH#H 2007. 09

KE #X

(R FEXK]

1. Luan Z, Saito Y, Miyata H, Ohama E, et al : Brain Nueropathology in a mouse model of
Niemann-Pick disease type C. J Neurol Sci. in press, 2008.

2. Takamura A, Higaki K, Kajimaki K,. et al : Enhanced autophagy and mitochondrial aberrations
in murine GM1-gangliosidosis. Biochem Biophys Res Commun, in press. 2008.

3. Lei K, Ninomiya H, Suzuki M, et al : Enzyme enhancement activity of N-octyl-beta-valienamine
on beta-glucosidase mutants associated with Gaucher disease. Biochim. Biophys. Acta
1772(5) : 587-96, 2007.

4. Suzuki Y, Ichinomiya S, Kurosawa M, et al : Chemical chaperone therapy : clinical effect in
murine GM1-gangliosidosis. Ann Neurol. 62(6) : 671-5, 2007

5. Suzuki M, Sugimoto Y, Ohsaki Y, et al : Endosomal accumulation of Toll-like receptor 4 causes
constitutive secretion of cytokines and activation of signal transducers and activators of
transcription in Niemann-Pick disease type C (NPC) fibroblasts : a potential basis for glial cell
activation in the NPC brain. J Neurosci. 27(8) : 1879-91, 2007

it

[FeHEK]
1. SH i, EEWT, G, WO E, % OJE i AR S F VXL ETHRA
BF 21T B Glucocerebrosidase BT DOENT. & 48 Bl A AMRFSHRE. A HE, 2007.5.

BiR R=

(FRxXFEXK]

1. Suzuki Y, Ichinomiya S, Kurosawa M, et al : Chemical chaperone therapy : clinical effect in
murine GM1-gangliosidosis. Ann Neurol 62 : 671-675, 2007

2. Takamura A, Higaki K, Kajimaki K, et al : Enhanced autophagy and mitochondrial aberrations
in murine GM1-gangliosidosis. Biochem Biophys Res Commun 28 : 482-486, 2008



R Bz

€

1.

XHER]

Kato T, Kato Z, Suzuki Y et al : Evaluation of ADL in patients with Hunter disease using FIM
score. Brain and Development 29 : 298-305,2007

Ochiai T, Suzuki Y, Kato T, et al : Natural history of extensive Mongolian spots in
mucopolysaccharidosis type II (Hunter syndrome) : a survey amond 52 Japanese patients. J Eur
Acad Dermatol Venereol. 21 : 1082-5, 2007.

Kuratsubo I, Suzuki Y, Orii KO, et al : Psychological Status of Patients with

Mucopolysaccharidosis Type II and their Parents. Pediatrics International, in press, 2008.

BE 1

(%

1.

XHR]

Kawashirha I, Ohsawa M, Fukushige T, et al. : Cytochemical analysis of storage materials in
cultured skin fibroblasts from patients with I-cell disease. Clin Chim Acta 378 : 142-146, 20086.
Tajima Y, Matsuzawa F, Aikawa S, et al. : Structural and biochemical studies on Pompe disease
and a “pseudodeficiency of acid alpha-glucosidase”. J Hum Genet 52 : 898-906, 2007.
Kawashima I, Watabe K, Tajima Y, et al. : Establishment of immortalized Schwann cells from
Fabry mice and their low uptake of recombinant alpha-galactosidase. J Hum Genet 52 :
1018-1025, 2007.

i BE5H

(&%

1.

XH%K]

Ohashi T, Sakuma M, Kitagawa T, et al : Influence of antibody formation on reduction of
globotriaosylceramide (GL-3) in urine from Fabry patients during agalsidase beta therapy. Mol
Genet Metab, 92 : 271-3, 2007

JEJNERE - Fanconi EM 22 I HBREF e v MEEZH <> T, /HERNE 39
1421-1429, 2007 '

RNRE - BERRE R —FERERFRZ OB —, TIER & $E8/R7), 6 : 533-536, 2007

g RhE, TEEE, KTEE, th: RICEDZV ANV URAI )V —= 0 THEOE, BARAARS ) —
= 7R 17(1) @ 21-26, 2007

Il 25
(ERXX K]

1.

Kobayashi M, Yakuwa T, Sasaki K, et al. : Multilineage potential of side population cells from



human amnion mesenchymal layer. Cell Transplantation, In press.

2. Parolini O, Alviano F, Bagnara GP, et al. : Concise review : isolation and characterization of cells
from human term placenta : outcome of the first international Workshop on Placenta Derived
Stem Cells. Stem Cells. 26 (2) : 300-11, 2008.

(F&RE]

1. /b 3, UL, HmET, N P EEER, RIES  FIEMLER = —T 1 o ZIRERM
R DHETE AR ET 5 .58 25 B A A b Ma&. 2007.8.3. B

2. bk, ERERIL, BUIED b FEEN O ORSERERBOSEEL £ DL 5kRE. 5 25 [EIA
REZFERFS, i, 2007.8.30.

3. /R 3, i BRE, R, PEJII““’% D ¥R LM E e~ U A GV IRF OERS EIBE S
AHrEt. 88 22 Bl A RAEFRGE FRHRE, B, 2007.12.1

4. Yamasaki J, Okahara-Narita J, Iwatani C, et al. : Effect of epidermal growth factor of in vitro
maturation of cynomolgus monkey (Macaca fascicularis) oocytes. USA, 2008.1

5. Yuki Kitahara, Mamoru Kobayashi, Ming Cong Wang, et al. : Antigenicity of human amnion
mesenchyme cell-derived side population cells in xenogeneic subretinal transplantation. ARBO ,
Frorida, USA, 2008.4.28.

6. AIWET, KE&EMEFR, JLWERIL, /N ﬁ\f%ﬁi—, IR G, BINES, /R  BEERE T IR S E
I 2ERSREIZE RS R O LB N~ DS EREE. S TRl A AFAERYRRSR, 452, 2008.3.13

Bl Rz
MXFER]

1. HEEER, BigEY - Ao SEE [T ROBEERNFORR L IRROER. BN LEES T in press

wH —&

(B FER]

1. Tsuboi K : Enzyme Replacement Therapy in Patients with Fabry’s Disease The Journal of
INTERNATIONAL MEDICAL RESEARCH vol. 35(4) ; 574-581, 2007

2. BEF—#k : AT 1T D Gaucher K DIFEE « BT - AR OBUR MK 7 & > T 1 7 vol. 17(5) ; 78-81,
2007

(8% /RF]

1. FEft—#, Frmfdse BE . 22 = F7 v 7 genzyme japan, B, 2007

2. PP BB 77T V—/EEFIOEDL) Ty T VRNV NT v s REFREREE, K
w, 2007



(=

1.

£RE]
Fr s, FPHE—#k : {567 Pompe FIZ % 5 RERWTCRIE RIS, 55 76 BB ABEZA K
ML 2 4 R, 2007

BPH—#k © F— 3 = RICRIT D NK ffaiEtEs & O LAK #ifaiE o & &iRet. 4 49 B A ALK
R#AFFR W, 2007

s, FEIF—# : $ESU% 04 (Pompe %) 1036 \F 2 BERMTIIEORA. # 86 B BAE (AL
HBES 4R, 2007

B3 —# © T2 =B 5 NK MIEIES & O LAK MIiEtE o ). 5 69 | B AMmEES -
% 49 Bl A ABRMIES S QRS HiR, 2007

5. PRHA—8k: 7 7 7V — 11 EGNI T SEERMFRIEOBRE. # 104 Bl B ARANB 2 AHES KR, 2007

6. FFH—B, giARHEK : 74 YV —LRBEIIRITIHABAMERICHT HME. 5 17 B HAEES
Fhres L5, 2007

WE #F

(RxFER]

1. Sun Y, Witte DP, Zamzow M, et al. : Combined saposin C and Ddeficiencies in mice lead to a
neuronopathic phenotype, glucosylceramide and o -hydroxy ceramide accumulation, and
altered prosaposin trafficking. Hum. Mol. Genet. 16 : 957-971, 2007

2. Matsuda, J., Yoneshige A., Suzuki. K : The function of sphingolipids in the nervous system :
Lessons learnt from mouse models of specific sphingolipid activator protein deficiencies. J.
Neurochem. 103 : 32-38, 2007

[E1TR]

1. Matsuda J, Suzuki K. : Krabbe disease (Globoid cell leukodystrophy). Lysosomal Storage
Disorders edited by Barranger, J., Cabrera-Salazar, M.A., Springer, New York. p269-283, 2007

mik #&—

(FRxX 3R]

L niEE— BIBEE YR b 74 —ilk i) diEh#MiaEiE. BRAIN and NERVE, 59 : 339-346,
2007.

2. Ishiguro H, Yasuda Y, Tomita Y, et al. : Gonadal shielding to irradiation is effective in protecting
testicular growth and function in long-term survivors of bone marrow transplantation during
childhood or adolescence. Bone Marrow Transplant 39 : 483-90, 2007.

(2&5R]

1. Kato S, Yabe H, Takakura H, et al : H SCT for inborn errors in metabolism ; A national survey in



Japan. International Symposium of Lysosomal Storage Diseases. November 30, 2007, Tokyo.

2. Takakura H, Shimizu T, Kato S, et al : Hematopoietic Stem Cell Transplantation for inborn
errors in metabolism ; A national survey in Japan. ASBMT, February 14, 2008, San Diego.

EiE XX

(GRxXFEXK]

1. Nakamura K, Mitsubuchi H Endo F et al : Animal model of tyrosinemia. J. Nutrition 137,
1573S-1575S (2007)

2. Matsumoto S, Nakamura K and Endo F et al : Isolation of Tissue Progenitor Cells from
Duct-Ligated Salivary Glands of Swine. Cloning and Stem Cells. 9:176-190, 2007.

3. Hattori K, Nakamura K, Endo F et al: Arrhythmia Induced by Spatiotemporal Overexpression of

Calreticulin in the Heart. Mol. Genet. Metab. 91:285-293, 2007.



