BAEGEFRFE RS R ETIRITIEEE)
SRR EE

I-cell FHIARIZ 31T 2 EREWE O MR LFERI AT

STRRFIEE  BE B

(M) FAEREFIEmE - B RRE R MIZERT - Z2EMER

WREE :

BHEZ R R T Teell MIRRFICER T O2MELRET D &
R E LTI R T o7, T-cell AF RRDOERMMEIFMIRZ L L LT,
FAIS D= H—THDTA YV — LrEEFEEAE-1 T DR L 5
e oEEERERBT 2RETBEELIILV 2 F VBV ZBEREET
Too FOFER, T-cell IFHIAD T A ¥V V' — 2121, GM2 H 7 U 2 Ry 7
NBa2-3 T N—A HF7 7 b—ABLAN-TEF NI N at I B
)= AR OEEAEPREBECEE L TV D ZEPALNI T, A0
ZERLRIT. T-cell R OIRRBMREACRWT, TRIROFE R SRS EHIFFEN 5D,

A. WFEERY

Icell iZ. v h Y w7 REDF A Y
Y — AEROEXEEEICLY, T4V
V= ARNICHEBEREEZ DA KE
OYENER L, BHELFEELRTE
BRTH D, AETHIRNICERET
YE OBIEREIL, EEHLNICEN
TRV, ARAFZECTrE, T-cell 75 HEE B
SeorrEpMEFEMEERE L LT, &
HMOBENECL 7 FU 2R B Uiz
e FEIZ LY, BEMENICE
T AW EOBEREEZALNITL,
T-cell 7 DIFREFRER & 22T, 1R DM
R E~DERICHEZBRETHOTH D,

Wrge 5

BARAND I-cell RREE 2 ERIN LA
RIZE Y | REHRBRE S kY.,
BRI L L, 3kt E L
o TOBRBBIUSRE 2B RESE
HoEEREFEREEZ AT, I
GM2 v 7 U4y REBE IO
Maakia amurensis (MAM) ., Datura
stramonium (DSA). concanavalin A

(ConA). Arachis hypogaea (PNA),
Sambucus sieboldina (SSA) 72 ¥ D v
7 F L KA bR R T o T,
LD, 74 Y —bD<w—7
—THDBTA Y — LEEBEEH1,
lysosome-associated membrane
protein-1 (LAMP-1) (x4 B HiiE%
RAWT, FRoKEERIZVIF L
DO_ERERITH Z LI, MIEA
IZBTAREMEEFIE LT,

(fmEmEm~DELE)

B Bk ORGSO I
LTIk, BEFREORELRBD &k
2, BT REE R OEE LB,

WFseiE R

T-cell I OHIRRIZ, FLGM2 H 7Y
3 R, MAM, DSA £ X O ConA
ZRWERE T, STRICETHRVE
Bk DYEMENED biviz, TORE
EFETIEP LAMP-1 5k % W28 & 0
et BiprE —% L7z, —F. PNA &
SSA & AW IZ B W TiE, BEH
fa &t & ORICEITERD b o



7‘;—
o0

B

NS OENTRERN D T-cell IHEFE
HSEDOMABIZ BN TIE, GM2 H 7Y
YRRV T NERa2-3 TV h—A,
BT Y h—=ABLANT F NI N2
IVBIWY ) —RABRERBOHEE
EBEN, FA Y —LICREICEREL
TW3B EEZ b, MIBNOEERE
PRI LD BFYFI=F—FA,
FAIYS =L T Y E—E, BHT
JhF—ERIVaw~wr ) v —F
72 OEEREENPERITIRT LTV
TEDBHEREINTRY, ThboRE
DOEFEIL, UMK ERESZO R
E3< b tEZ BN,

PNA & SSA b 03FR#4 28I,
TNENHT T h—ABL-BNT EF
BT b I T A6 5T 7
N—AINTEFNHEZI NI T
HY, ZNOITBHEFMEOER BK
BEY T W=, Tcell HHIARIZER
WTEREBE LWL EEZ BN,

FE

FERRE 6T 5 e BHUEORFE OB
RGBT AL F U E2AWEEM
BRI FEIZ LD Tcell FREE B R
DEEBBHEFMADO T A VY —bICE
BT oWEOEERELH LN LT,

T OB, T-cell 7 D2 W05
BIEODRMER L OVEEEREDO R
ERREISHAMES EHfENS,

TREEEERIEHR
7L,

WrIEFEER
. mOCFERR

Kawashima, 1., Ohsawa, M,
Fukushige, T., Nagayama, Y., Niida,
Y., Kotani, M., Tajima, Y., Kanekura,
T., Kanzaki, T., Sakuraba, H. :
Cytochemical analysis of storage
materials in cultured skin fibroblasts
from patients with I-cell disease. Clin.
Chim. Acta, 378: 142-146, 2007.

2. FERE

NEBER, KBEL, BEET, Kkl
B, FAEEE, fiE R BE 1
T-celly% BB B Sk D BB SR MEZE AR BRI
BT 2EBWE O, E12EIAART
AV Y — LB RE. K,
2006.11.24-25.

H. BB EERED HFE - B&IRR

72 L,



SERL 18 FE EAFERFMREMEE (EHAERETTRFEEE)
(A4 —b (777U —FET) [TET 2HEMNE
SRR

=== By 7RIS D ERIRE

RS RIEAT

SHEPRE SHEIE FKERFEFENER

MEEE

=Ty 7BABROBRIIBIAEEYT 4 —

uly

FEELI-, =—< 2y Z7RHIZ0.9 %

DERMPERD Y & OEIZEEGZR, HABTITARI 246, BRI 24, CHE 134], RIFA24T
botz, =<y 7 AB BOEEIIHRD TRWEE TH-7-, BRA=Z—< Y 7
AR A% L BRI 5 4 ORI L BEHRA 2T~ R, S231P 2B ARAICBIT BBES &8 = 318
EFRE UTRLS FET D ARMENE b v, &if, MENBEEXCETS P v AR —4—
ABC EHEMPHEIN TS, MlaNa VAT~V AT 4 I3 Y VOEROALNHHM
Rz 4T 5 4 78 ABC % 5 (ABCA1, ABCA3, ABCA7, ABCG1) FBUITBI L TH~/-2%, ABCAT,
ABCA7, ABCG1 DR IBUR T BEE SIHE~DBEESRRE ST,

1. BFEEM

== Uy IHRAIBEIEZT AV —
LBERECTHIBUEAT7 4TI Y F—ED
KEBPFEEORE T, FTERYE L BRMR
FIEOXIREE L UCECK Tl BERRBRMT
PiIvTnWg, ERNTORKERSEWVEIRE
Ez, BRNEEOERBE EE. WAL I8
WL E) 2 EMIC2EOEREE % X8I
T — MRERER U, ARG
iU ENEE O FREFHFEE AN
Teo WICARBOEXRRETH DMIINA 7
A I CEREIRERRICERT AE
mFELTRARERINLTWS ABC
(ATP-binding cassette) = H & DR E ST
LUV TCRRT LT,
2. W
1) 7Trr— % 2E0RBFRREB LV
250 FRLA_EOBFRFTO/NEE, HERNEL
mENE 2,785 » FRICH L CHELEIC L - CTF

Vi NREERIT o7 (KEKZEEZLRME
ZESEENC O, — KRR L L TO=—<
vy 7HEEORE, QFEETHOIFEED
FHE, QFEEARHOE HDL mEDH &, 12k
U THEERS SIS THREERTo7, ZRAE
WK C=—wrEy ZHROMREL FER, BW.
BRECEALTT v r— MRERITo 72,
2) BARTRENT : FEGI 28 F. Kk, £HE
L CEBIZARE, F1 A, FEECFEICS
L CHluig A CEREZEHI % ME1T Lialkiiia %
SHERD T, EEBCH 2 ~ 3#iE. M4 ~
5HRFEfRAT A, MUICERMNZFTRR L, B
B TIIFEEI 2T R & U TR DL fjE
(13mg/dl : 40—90mg/dl) ZFWHTN D, &K
FEGI & BolfER I L AR O E
FREZITV., EIREEFIOR-ER L &b H
RADOBGFR LR OBREZEER LT,
BEFZHIEIXEBCCRAORE B TITR

D77,



3) EEREFERMESE IR 3EE (BER, =—
v UV IHEAR, —o—< L Ey 7B

B L TR T 5 4TEED ABCER
(ABCA1, ABCA3, ABCA7. ABCG1) IZFf
L TBIEFHEE (MRNA) 2 GAPDH mRNA
ZWNES= L hr—/ L& LT LightCycler %

Wi T urue—7 BRI THE L,

3. MEFERBLUOEEL

1) 2,785 4 OXRIZH L CHEZE 1, 052 443

BONEINER .G THolz, =—< By

JIROBERBRHON 254 (0.9 %), 5b
SHAET 4L DEERY AT 24, BEY
241, CE 134, R 24 CThol, JRER
HORTIREDOBFRRF V25 454 (1.6 %)
Thotohd, 2WHAE (94MBEE) T=—
2Ly IR TV 2 R{E o D 11, 1%,
EHEARE 21T/ > 72 DX 22. 2%, K HDL
MAEEHFR 11. 1%, R LVIEOREDH o7
HD0.0% Tho7c, FRERHADKHDL MLEE

DOBRIERH VB 274 (1.0 %) Thol,
SEORETII=—~ v 7KA/BED

BEIEBO TBEWERTh o7, LMLz
EEO A EAEFE L/ NEHERE R BB
U TR D - A3 FENR T & 5 B B DREFN I EL
TR s h s Z it B, NERESRD
BBOMOARBOER 2 LV ERIES T
& RTINS B,

2) 2HDOFHRBELEOARA=—< Y
v 7IRABL A% L BEL 5 & DR & KA
ERATGER, BHAOEFICHELND LR
EHEEOBBFEEIIFE Lo, 5231P
DIEFICBIED BRI 2 FZRICAbNIZ, 141
VRIER IR CIREEATIRE & TR R E 0 2
DFBF (S231P/S231P), MUiZBILRD 2\ Mt
1HEFE2 BT TWEEEEOENETHD
(S231P/c. 567delT), S231P IXHAANIZRIT

HBEMERZTRETEE UCELSFET
HEREMED S B,

3) EBERFEHREFREEAN -
v 79 A/BENZHIIC BT B IEE I
+5ABCE B OB E (MRNA) DZEL%ZPCR
ERWEEERETEHE L, ABCALITITC<
a7y —VIIBITHI VAT —LOMIE
SAEEHICBE S5, O RE CIX{EHDLILE
R oL AT e -V EHEEFEHEE S
Tangieri % €729, =— < v 7fHA/BH
THIRHDLILE IXFF I BT R T 5,
W ERE R TIZIER 1.77 X102 (LU FGAPDHA#
EAE) 1%t LT B! 6.31 X107 (*p<0.0001) .
AT 521X10% (*p<0.0001) L HEDET
%R LTV, ABCASIZHfilE I ALINAD 5 £
FRBEICRE LB EREsB L —7 7
7 &y MERICEET S, £0REITERME
YT 77 H L NRBRER KT, BIERR
3D TER o, ABCATHE
ABCA1 BB L MARMNE < HDLEE I B &5
THZ LW TNDBIEORER.ER 1.75
X 10*1z%t LT BE 0.73 X107 (*p<0.0001) .
AT 1.18X107%* (*p=0.0002) & HEICIET
BRONZ, ABCGlII~v7 v 77 —URT
RERH LN I VAT v—)L0 Y VIEE O
RICEE LTS, ZORBET NV CEMT
JEMREORE R =—< Yy 7HWAIB
Bl r 245, BIERRITER 2.01
X 10™%F LT BH! 1.87 X105 (**p=0.0002) .
AT 277X 10 (*p=0.0002) & ZEBRET
DEEShE, =—< 2 Ey Z7FEA/BRIRS
EIERE R TREBIIIZEAETRATH S,
L LHRENEEREE CHhHAT 423
VY OEBNRERETHIAEE XD LM
WA E s BfR T HABCE A DRI Tk
B BN R TR E <. S RO



ERITTNEZ/HT D, FEEDHREEZER

ToRBEMERICEERITR L Bbh 5,

4. FEm

=2 By IHRAIBEIOENEEEREL

BLRFRBEEALNE L, ZORERZE

A5 ECHRAEEREICEEST S ABC &

HFERO _REORERICEL TR L

ABCA1, ABCA7. ABCG1 DFIIZE(LDFTHE

MeZ R LT,

5. BRFEFEE

T

1.Tatano Y, Takahashi T, Tsuji D, Takeuchi N,
Takada G, Murata M, Sakuraba H, lio K.
Significant decrease in tropoelastin gene
expression in fibroblasts from a Japanese
Costello syndrome patient with impaired
elastogenesis and enhanced proliferation. J
Biochem(Tokyo), 140: 193-200, 2006.

2.0yama K, Takahashi T,, Shoji Y, Oyamada
M, Noguchi A, Takada G, Kanbayashi T.
Niemann-Pick Disease Type C: Cataplexy
and Hypocretin in Cerebrospinal Fluid.
Tohoku J. Exp. Med., 209: 263-267, 2006.

3.Ishii H, Takahashi T, Toyono M, Tamura M,
Harada K, Yoshida M, Noshikawa Y,

Takada G. Acid

Deficiency:

Enomoto K,
Sphingomyelinase Cardiac
Dysfunction and Characteristic Findings of
the Coronary Arteries. J Inherit Metab Dis,
29, 232-234, 2006.

4 Tatano Y, Takeuchi N, Kuwahara J,

Sakuraba H, Takahashi T, Takada G, ltoh K.

Elastogenesis in cultured dermal fibroblasts
from patienis with lysosomal
beta-galactosidase, protective

protein/cathepsin A and neuraminidase-1

deficiencies. J Med Invest, 53: 103-112,
2006.

6.Tamura H, Takahashi T, Ban N, Torisu H,
Ninomiya H, Takada G,
Niemann-Pick Type C: Novel

Inagaki N.
NPC1
mutations and characterization of the
concomitant acid sphingomyelinase
deficiency. Mol Genet Metab, 87: 113-121,
2006.
6. FAIFTEHED HFE « BUSREL
L



BEATBRFEM R E RS (BHAMER BRI EH)
DRI EE

77 7V —RBEOMIERFA A
TvE = RE L —RRCERAHEY DR

niEEE FEORE
Wy hE EOIETF

(NBARZEZE/ R TR - 2i%)
(N KRR ZE /N RR R EE)

FHEESE, HERET, DRIEA. KB, HEEE

(R

MREE

ER RN R

77 7V —IRIBT S ME OMEENREEOMF 2R 5 BN T, BE P OSEY A
FhA Yy, —BICEZREEYD., TORET A= VBERRE L, FORBE, —B
{LZEFEBEAFRENCBEfR 25 VEGF, TGF- B 1, PDGF-AB & _EFEMHM 2307, F7-—E(k
ERNBEDRE TP THRBEZB L TOER, Wl TAX =V BEIRD LA
BETH o7z, E—BLEFRNRBEYEIT VEGF, TGF- 81, PDGF-AB JEE DWW &
LEEOHBEZRI R o7, ZOZENET 7 7Y —REE T, ThHYA M A
VR AL EREATESEORRB IR F T AT = ETALED F—X R
ORFEEICEHE L TWAZ LRI SN D, 6L, 2L OEIISBEIOBEE#T
FEOBEMM CITEEOELITRD eh o T,

A HIRE®

[(Fx] 777U —9% (FD) OFFREICE
TB%A N4 v OREEIZ O TORFEIL
WEITIEFHER RV, 777 ) —FH T
BERENREOEETHD, —E#OHF 1 b
A NI EREARG I L CLE
HFIESEIER O b — X AFEICEET 5 L n
PITWA,

[HHY]  FD BE CIIEF VA b A v
DEAR B D0, MIKF—EBILERREE
¥ (NOx) JREE L AHBEA H B Hy, 7= Nox B
ELEOEBET V¥ = (Arg) IREABEN
BHED, INOOEENRH D L ThiE, B
£ (THNYF—E_—F) HFEE (ERD)
OFRGBFICED LI ICHEBT A 0EH L
3 AhZk,

B. HAEAE

ERT BRZARID DRERFFIVIZRZ B X2 5
4O FD BHERE (Bl 21 551 5%). 9
% 3 4413 ERT BRAGHTY B MK

BT 22T TW5D, BEIIEEREIRPRE
WEHE LIEATHY . REEIXTDOHR
DORIBEBHELZLOTHS, A1 A
1% ELISA ¥, NOx I HPLC, Arg iBEEIXT
BT TERE L,
WEREA~DORE AHEOT e ha—u
BABARRFERGREZESORREB T,
BRI FRNCENOBEN LA 7 4 — 5
Narvey heHz ETiTork,

C. WIE#FE
1. ERT OF@IZH» TEBWIcEE TR
7= 5 (BREZHAR : &k 18 > A) T,



VEGF, TGF- 81, PDGF-AB iT—@iz b
HERD, —EIERFITIEZE D% TEE
mExR LT,

2. VEGF., TGF-pj. PDGF-AB {3fHEIZHE
DIEDEREZF DT,

3. NOx DEEZ2FEIME (n=14) F, 6 K
AV P THBEZEB L TV, Arg
BRI 5 RA > b T M-2SD (60 pmol/1)
TR TChote, EHIT, Arg OREL
NOx JREE D RN ITARBEIXER O 7o 7,

4. NOx DPEEEIE VEGF, TGF- 8 1. PDGF-AB
DWTHhORE L GAEEOHBEZRX
2oz,

D. E®E

PA A6 FD BB T VEGF, TGF-B 1,
PDGF-AB DREN FE@ERICH B L, &
LIZZNOIRIBHRAMRE 2T T D L
BlEh7z, FD BE Tk, MIEF D Arg IBE
DMEWZ LTz YA M A 2 &% Nox
EEAEDOTE bR L, M i OULHE -
AR ORI NEEIN TV D Z & AHERE S
Nz, 2D OHEN FD B IC B A %
OMREMEEICES LT3 Z Lt nif[@bh
oo Eiz. TNDHOHRZRFTSE OB
NTIEEBRDEE RS T,

E. #&

FD B Tl Arg R 2B L O A bAoA
N K BB L EREA TS R L
TRV, ZhdhEoBENEEDHRN L
MR x5,

F. BRERIER
FYET

G HARER
1. fSCEER
FE E 777 ) —REBEOBERTE
ERT - R PFOMBRFY A M A b —

RICEROHYS ELETHR AR
& (EHAVERBICRMTIEER) Tk 17 FE
FIEHT So R E 65-66.

M. Yoshino et al.: Role of specific
cytokines in bone remodeling and
hematopoiesis in Gaucher disease,

Pediatr Int (2007), in press.

2. FEFR

FEH F: 94 Y — L2 EBEOHREICK
T HYA MUA L OFE] PR 18 FEEEA
FEERFNREMB S BIBERER
WFoeE IS 2006.7. 19 (A

Yoshino M, Watanabe Y, Tokunaga Y, Harada
E, Fujii C, Numata S, Harada E, Tajima A,
Ida H: The role of cytokines in the
mechanism  of  bone lesions  and
hematological changes in Gaucher’ s
disease. 9th Annual Asia LSD Symposium

(Makuhari) 2006.9.10-9.12,

FE AR, EOET, FEiEsE, REA,
K+, GEENK . 777V —RBED
BESRAH PR - BT OMERF A v
A VIR EOHERS Rk 18 FEEE A EE R
FHREMBE BaR BRI EE
BE&® 2006, 11.24 (BE)

H XIR9EAEFED HFE - BHKiR
1. $FErELAS

PP

2. ERFEEH

BE L

3. oAt

BARP



BAEF R EIERMEE (BHRMER BRI 7EE )

A EREE

B-H T 7 b F—ERETFRBIEDEETERMT & HREVEREE BT 58

SHRRTIEE - ER kT

BEURZEAMRRENI e B v 7 — 3%

WS :DHPLCIEIC KV FHTZIC 4 NDB-HTF 7 F v F—ERBERFIZL DV TEGTFER
RETEATV, AFBOFREREZRE L, B-H 77 M A —ElEaTRE~ T A MERE
AW~ A 7 a7 A RBBRERTEITV., BF AT AMWCB W TRREE L TOWAEEF

HERE LR,

A WFEE®Y

G- H v 7 YAy F—=T 2K TBHH L
WIBFRIE S Iy v _u ERIERE D
D D EERERIATFE 2 1T - 7o, DHPLCIE A AV 7o
B-H T 7 FHF—EBRETFEEGHTEIT-
720 Gu=H v 7' ) AV R— 3 AR I M A
D FRREAZERE L, BT FoF—
PREFRE~ U AERE AV~ A 7
77 LA BHREN 21T o7,

B. WFEJIE
1. DHPLCIEIZ & % B {nT 245 BARMT

B-H T 7 b F—¥ RIBAE B R E
BHEFMIEB LY BB LS
J 2 DNA % FHV>, WAVE fragment figHT< R
7 A (Transgenomic #t) {2 & % DHPLC

( denaturing high performance liquid
chromatography) f##T %1772, DHPLC fi#
Frick v Robo e EREALLIZOWT,
direct sequencing IZX VW ERERTFZFE

E LT,

2. %A 7 0T LA FBENT

E®E, BT 7 N F—EBBETXRE,
BELUE b R20IC B~ T ARMBEE LY
RNA ZHRIE L, <A 7 a7 LA BEBRENTIX
A Jv 2 F Sentrix mouse—6 expression
beadchip & AV iz, fEATFERIL Ingenuity
NRAG =AY 7 F U =7 (ver.3.0) %
RV, N2 = A BT 24T o 7o, SREEE
Getald, < v AMBHE G A 2 /BB L BT GML,
HLBip/Grp78 HFUAZ IV ENENAT o T,

C. WrotfER

4 NOB-HZ 7 v F—ERBEREIC
“DUNT DHPLC YEIZ & B B RMBHT 21T - T kb
R ABEOFHEETESR (E131K, W273R,
D448V, W582X) 35 L U'BEZNZE £ (R49C, Y270D,
H281Y) #[FIE L7,

11y ABMEE~T AL 9y ABRB-H 77
ME—ERET ZARBEED D EILE
AU L7Z RNA 2V~ A 7 a7 LA R
AT AT o o e R, ERELRR., /Malk




A PMVAIRE, TRV BEX ML

. RIEZBEET A2 OBEFEHIZEBN
THEARERAEGLRO bNZ, TDIH
MREA NV ABEBRFIZOVTRRAY
= AT EIT - T2fR. K< T R ZBW
T Bip/Grp78, PERK, IRE1, CHOP M3 E
5. TRAF2, JNK-1, Bcl-2 ORBUKTRA
bitl, XbiT, MEBICRIT2EARED
R w BRI TRET LR, /Na
K v o A D—-D> Bip/Grp78 EHE
DREBENKRIE~ v AR MIEN TREILT
L., £/ R0IC BH~TAMTO
Bip/Grp78 DFEHIL 7 I ANy N
NOEV (N-octyl-4~epi-B-valienamine) #&5-
o &l S,

D. BE

DHPLC 2 BMFATIC L ¥ 4 FEOFHE R
FERERE L, INOHREREZED
BE 96 FIEOB-TT7 7 M ¥ —EB&ET
EEPFREISN TS, 5%, EERY
EHEIT > TWRWEREIZONT, = U
AHREHRARERAN TSI Iy
RO EIT> TV FETH B,
Gy=H v 7Y F v F—3 A DRI
AT BT, A 2707 LA R
RN 51T o 7c, BBHEH L TWoBIEFRE
D55, PEAER N LRSS DTN
T NEF—EBRE~ T AWITBNTRERD
bivie, E7, MEEAR N LA REICREE
T By n 4 FDO—2Bip/Grp89d BH
EDFBD G, BRI W TEREIC
ERLTWE, &b, ZOZHEIINOEVE

HR201C= U AT s TWie, Thbod
i RINEE E I EEa /MR R B LA
JSE L TNV RIS REE T 5 T
EERRT D, SH%ITIRR/NMaER N
AISERBERZ SN D5 THEEIIONT
FHMRENT 21T o TITS FETH 5, F2,
Z DMORBREBBEFIZONT LR E
79,

E. f&

DHPLC YEIZ X D FHIp-T 7 7 hv ¥ —E#
BYEREFRE L, AT b F—F
KE= T APTBNT/IEE R b LA RE
DTCEA R MRS & BIE L T 5 Al6E
MERLZ,

F. gz
1. FSCHER
1) Iwasaki H, Watanabe H, Iida M, Ogawa
S, Tabe M, Higaki K, Nanba E, Suzuki Y:
Fibroblast

screening for chaperone

therapy in B-galactosidosis. Brain Dev

28: 482-486, 2006

2. F&F

1) EERSR . #4E%E, Udin Bahrudin :
BEF2HOERER. NEBZH 69 :
1621-1626, 2006

3. FRFER
1) @R, REmRse,
FEo. Bk
RS

B —RB, gk
: Gm_ﬁ\/y\‘ VA R—T A
BT OTrkZBFEROBEERT.



5% 29 [B] B AR RS, FED, 2006, 7
2) Takamura A, Higaki K, Matsuda J,
Suzuki Y, Nanba E. Impairment of Trk
signaling in Gy—gangliosidosis mice
brains. The 10"" International Congress
of Inborn Errors of Metabolis, (ICIEM),
Chiba, Japan, 2006.9

3) Higaki K, Takamura A, Matsuda J, Ogawa
S, Tida M, Iwasaki H, Suzuki Y, Nanba E.
of the chemical

Analysis effect of

chaperone on human mutant
B-galactosidase expressing mouse cells.
The 10*" International Congress of Inborn
Errors of Metabolis, (ICIEM), Chiba,
Japan, 2006.9

4) Sawada T, Tanaka A, Seto T, Maeda M,
Jikihara I, Yamaguchi E, Matsuda J, Nanba
E, Yamano T. Cell therapy for the brain
involvment in lysosomal storage disease.
The 10*" International Congress of Inborn
Errors of Metabolis, (ICIEM), Chiba,
Japan, 2006.9

5) fEIE. BATAE, AR —, SHE
B, /NIFR—RR, Egz, 1 mE—RR,
ATz, BEERT - HT 7 M F—F
RBEBLGTFERE TSIV ¥ 0 UK
EOmRE,. 8 51 B R A NEREFERE,
A+, 2006. 10

6) BHE, HRHTAH, BIEHEKR, BREE
AR, MR B2, REE—RR, Bk
B, BT, MR, EASRE,
W ERF. IWEE— : T4V — AROM
TAEICH S HHMMaIER. % 51 EIHAANE

BloFaRE, KF. 2006. 10

7) BFHFET. MEEE, BRSE, KA
BB, /NI, ERs2 ., 7 BE—ar,
ATz, M M-V F VR
=V AIKT B I ANy a EED
SFERAT. B 12 BIRART A VY — LJHEH
Jue. B, 2006. 11

G. FIROMEEMED HIRE - BERIRTL
B



Rk 18 SEERAET BRI FRTE R EE: (BHAMERESTIRIIZEES) HtfsumsEE

LA ZFEEDOZET L IBEOW BRI BT

SYERITEE  ENRREERE S F—

WIREE

BEEA B R

LALHEE PS) DORGHIRCBENEZ AL L, 23 EFIOBLEET OB EIT. T
IREVEFRMEEREE LTz, LAaSFBEI TR TIIR T T4 VU RR, BIEHEA, e AER 3FED
EREFEL, »aSHE TR TIORETEROKE 16, BETHEAHRL 16, I 2EL2ER 10
Bl T ARG, BAER 1G], REER 26 REE LAITH-oTz, SISHE VI BT
LA AEROREEAEN 1. v AR 2 FEOEE~T aBEEEN 1 HIThot, Uk
DRERA D, SIEIRET LTI A S SRR TN L LCRRICH D | REHE DI RS

Br~OERFRIGHNRIRE & 72 o Tl Fric I BRI~ OBENHIT 7o, 0 X1

FARNTORMLET

PWTETT> T LT BREEEMERB L USREEET Vo T —IC L 28R 7o ) o 39EE

[CHEETHD,

A. WEHERY

L EPERER, ROFEERERES TH D L
SAEFEOM A BSMBEND Y VY — A ERET
HZEIZEY, 2EOES - HENREEINS
%ﬁ@ﬁ%ﬁ&éoﬁkwﬁﬁﬁﬁabf\%
FFEE, SEnEMEBE. BEFEENH
e B INTEY . T TI—EILEREH X
NTW5, 2k, BENAEO BTN
LTRY, RFHBEROEDDODAAT J—=
TIEDRFES, B eBEIv ) TDY
& TIThh A BTN - RIEEZETRS L O
ARTZW~OIBICET 2 KHEY bR
REEERETH D,

SE, Fri3UBEZRXIIREEKEOH -
TLhagEEBRED S L, BRFHREDCRED
BN 23 EFICBWT, BEEETFOEE
FRWr—Ee 22 EE L,

B. WFEFIE

INETIYE B X —TI2a%FEET R 3
SEF, A LEERE 1A 18 5EM]. A = E VI
B2 FEF OB LTI 21T o 7=,

T RN, REBEOBLNREZI T4 T b
KFE I HIMERA & genomic DNA ZfH L. %
NENLZPRE 1B Clla-f Au=oF—F,
L BHERE I BTlEA Xax—h-2-9 L7 57
Z—¥, haLHE IIIA BT~ $5 2 N-1
YNT 72—, LAaLERE VI BTET UL
P77 E2—¥ B OBEBRTOETT Y UBX
Ry YA v haoBEEH%Z PCR THIE L

AL VY Ny—2r o AETHERS % 38 E
L7z,
é Xn/'%%‘ ij—’\(‘%‘?EHUL{Eﬁ '7/
ﬁ)/&% TUN, MEER D D OEKFEIZ DOV TIHE,
BRI L TREMEBRIV B 7%
Wﬁbto
AELEFHREICH-> T, Yo ¥ —@EiE%F
FREBEEEES TED BT EIOBRERS
HREBIZO-EY, AEERETCERBLE, £/,
B ov) v I onTIRABEERES
DEDLERECREMELUREREBD U
ET—IZRY BERII VY T BTV,
BETFREOERENHHAZICHERRE 2
L, BEFHRESKOVFR—FE2EBL TV

C. WroEmER

LT ZHERE 28 FEFNZRBWT, 22D ER%E
R LT,

LaZPEREIRETCEIBEOLERZREATEL, %
NENAT T TER 5IEAEFA, T
BURBERTHY 2T VANRKREETH -,
LaZpEE HBTEBETERORE 16, &
TR L 1H, S AU AR 10 #], F
CEVAER LA, BALZR 1H, REER2
ffil, REIE 1BITH-oT-, LHaLHE VI BT
X A U AEROREESEN 15, Tt
VAER2EOEE~T o EEER 1 TH -
77

L aZEREORKEBRITBEHEE ST
el INTRY, SEIOBITHETY, UW



ZH MAO 2 5RUSMNIENTNER - T2E
BFEEERE L,

. B

LA SPEEILRF S a7V D
ﬁ%#ﬂkiﬁ?%@ﬂﬂ%@@%%ﬁﬁﬁ

WWEVHEEZW AR TH D, baSHENER
bbw%%iuﬂg@@ﬁéﬁﬁmﬁ%\%ﬁ
PWrT A LT, BREICIRIBEEA~ALEIZ .
NTED, ZOFF ém%%%i\ww%é%
\CRETE, MRT ADIChH Y. HERBE T
72, LU, REEZW-CHERRZENC B,
TlE, BEREEEE CHEELBHIRETH
V., BERTHRENEE L 2-TL 5, TORIC
HIE OB TEREPHHALTNDE &, 20X
BOFELRRETDHZ LT, EERBENTTE
LB, %m%»m LVBREZEEHBAL, H
ERTZWIIC TEREE TR HAET D76
@mﬁwﬁém\&éﬁﬁﬂ%@m%ﬁ%@%
WERFRETHY, ZOIHIRBHFELS SV a v %
BT Y I BWTRMEETE 5,
£, BEFRELZITIRRICIE, BREOE
BT & ERTIZ DWW TERBA L, Eimub&m%%
BETAHLY, B Urv ) IR ThRIE
&E&w B TRWNIRE RN T Ttk

. BRIRFZWH-CHAERTRZE & ot iRiZZED
ﬁ%ﬁ%ﬁ WEEBRRIETIER’HDTD
ANODEBRBEHRTHAIENEETH D L[FH
BrlZ, FREASOETR— b LTWHRITH
ECASSR AN

Aﬂ&ﬁif‘g%‘ BWTHEETEZHEZR
TL7z, 28 EFNCEBWT, FIHEREZET 22
BOERZFEE L, BHEEOERNSRE S
etk %@%”%@ﬁé%”ﬁﬁ%%
IGHTFIREE 720 | Ao ZBEEZMICHT AER

NOBEW=— RS2 D Z ENAREE 7n o
Tz, i BERE~OBRENRE T, =

DEITERNTOEEBETZEEZIT> T

LT BEIY Y CIRIERICEETHY .,

F.
1.

1.

H. FR9MEMED LR -

EMARKICBOW TERBREMERS I URE
BEITVVET—ICEAAGRIT L EY
TRt T SRR AEHIED B RE
fcil/\o

WrIEZER
A L FEER
Fukuhara Y, Li XK, Kitazawa Y, Inagaki M
Matsuoka K, Kosuga M, Kosaki R, Shimazaki T
Endo H, Umezawa A, Okano H, Takahashi T
Okuyama T.

>
>

>

Histopathological and behavioral
improvement of murine mucopolysaccharidosis type
VI by intracerebral transplantation of neural stem
cells. Mol Ther. 2006 13:548-55..

R, BRI - BRI TERTE L 2 S
IR VIR /NERESHR 69, 2006, 1735-1739

. FERRR
Histopathological and Behavioral Improvement of
Murine Mucopolysaccharidosis Type VII by
Intra-cerebral Transplantation of Neural Stem Cells
"Workshop on the blood brain barrier” 9th
International Symposium on Mucopolysaccharide
and Related Diseases which Venice 29-July 2,
2006, Italy
Assessung Long-term outcomes in MPS I and
MPSII  The 9th Annual Asia Lysosomal Storage
Disorders (LSD) Meeting Sept 10-12,2006
Makuhari Japan

BRI
B AP



JEA SR R BB e (SRR BITIRFFEEE)
TRk 1 8FEE SR EE

FAVY = (Z7 7V —aEt) ZET W5

SyHRBTIEE

=, mAEtR T, OhERR, SEE, ®BEEE EEK

MREEE

2= Y IR BEIC T A CBAERTF DIENT

=3B, B, OrERE
EEVE, BEIE EER

FOR R AL A

A. WFRER

IN—Z Y UIRBE BV TGBAER T
BRENT LT, HHEOFEEFAS.
HEEZFRD.

B. WL

T 2 HORREBLEFTHD
GBABIEF D=7 Vv VESIETHEHET
KEIZHEHNTFTEE/2DNA microarray—based
resequence systemZ&HEZEL /-,

PR—=F Y IRBEIZBWT
GBAB nF DT 21T o 7.

C. HEmE

2—F Y 9% (PD) 474

% X B GBAE R T & AT LTz,
3FNZRecNci I R 2 FR 7=,

R RIS R23IBICR D 2o 77,

D. EZ%

PD & GBAZ R DIEB & TR~ Tl E D
HE T, BHRx REEOGBAZT BTN
FIEERBLEHE_NTEEEDY LT3
WE LR LETERER PN TND.
WEDEL L ORETFEDOELR|IC
B THRNTEY, RO L HIC
CBABF D= V BT 2T
L7z &3 720,

Fox MAERIRH LEERIL, BFED
WMELZED TCEROTEE®EIC A 7 IR
THE, MOBEOER L E_TELL
BV A R LT,

E. fEim
RecNciIZEFEAPD L AHBEE LTV A Al HE
PRI X7z,

F. Broessk
RSUHESE - VERR.

FRFEE L.

. FIBORAEEFED HHFE - BERIRIT
RREFEUS : e L.
ERFEEE: 2 L.
FOM 72 L.

e SR e



B 3

EAET BRI F R M (BERERESTRITZEE )

A YV —=b (T 7TV —RET) WS

SRS E

TA Y = LROEGFIREICET DM

SyHRRT A BE &

e & B FE%
e =
MREE

AARERR AR TR
B ARER R A
BARBE R R FAEALFEE S

ArylsulfataseA(ASA)RIBIETH B BYMHHAE VA e 4 — (MLD) 25L& LT,
BRI R BOMIGREFIEEOFRMEIC O W THRET LTS, U VY —ABERIT,
T O—EHBHFAIMNT W S 4L, OMIZE Y iAE 5 Cross-correction & V™9 HRERNAN
LNTRY ., ZOREZFA LBREOREZ B LTS, THE TOMET, Bk
AR~ U ATl T D ASA OFEEITIT sulfatase DIEVE(LEESE TH 5 FGE(Formyl-glycin
generating enzyme) DFEIFEHENBE THAHZ LEZHELMNI LT, X, ASA & FGE 23
BT 5 AAV XA T 17 Z—BERLL, UANVARY XF—OEBEMANREIC XL D& EFE
BOFMEE, ASA /) v/ 7 h<U A (MLD vV R) 2E--FERTHERLEZ, i,
FVREEOENFEE LTS NVARY Z—DLEHREIC X D BEFIEEO ARk
FL. MAALT 7F FOBAD 2RO, MLD BaFEEOL F~DEFRSEHZ B L.

ERFZETZEBRLFEBRL TV,

A. BFZEERY
MLD OEF)NL<UA (ASA / v 7T
h~oR) BxtHE LT, BETHERE
BHIRREIEERET S, Bz, B b~
RIGHZ B L. Y2 - el R R
ZRRAT5,

B. WFREFIE

AAV R F— Iy 22— 5 A3 K,
AAV1 Ry —D 0 T 7T AI R, ~ X
— T FGAIRDRNI TNV RNT VAT 2T v
g 2D AAVI-ASA & AAVI-FGE #1E
g7,

ASA BERTEMEIL pnitrocatechol EIZ L
VEIE L7, #1722 ELISA B2 Xk Y ASA
STEBETAHIEERL L, AVT 7
F FOEREILTLCIEIL LV {To 7=, IMINT
DANVT 7 F RO4AIE Alcian blue 8
W& VT LT,

PREREAEE X —, RV, JERE

RELEFBTHAADTANVARYT B —D
BE5EREIToT,

C. WratHER

AAV1-ASA+AAV1-FGE %, 4% 1 » B
DFEW MLD =7 2DREIRLVIEAL,
37 A%DO ASATEM, AVT 7 F FEOHE
ExEIToT, AAV1 R ¥ — X F TR
WY AENFENRERTERAIBO LN
oo TORER, BERTOALT 7F ROE
B 7eiib s TLC 1Kk OHHERFHIMENT TR
STz, BIZ, B REZ LITHRD AL
77 F FOED LR INZ, DO
Bz EbF WV~ U A Cram ik
EHZ T BETRERFTRETHDI I EE2m
LTwWa,

T =0 A PO~ DOBIE T EAE
BERB L, MAREDISE LB TY L
~DFENIRE B FHTEDOERREZ RS L,
ANV AT EZ—FR RV F A NVARY F—



DBEFEAGNRRONT Z— D570 & e
LTWa, HIVARZ Z—=Tid=a—u /I
BRACECFEAREZ Y | IBTHEEY
WEEDBELFRERAPRD OGN, —H,
SIV ~7 Z—Ti3 27V 7 fla~D8EEFE
ABRBD BT, HAEOBETFEHRIT
B 5T o7z,

D. BE

Bx 27 7 u—FIC L B @R e
KEROWEELZBIELTWD, M 7% Y
(BBB)## x TR ZTEET 2 EE L
T U ADOMNIZERE AAV X7 X —%E
AT BT LWL VIRV O S, &
{LZERY, MERFMICIRE TE A L ERL
T&E, LML, FENBENTHY, L
NhE FOMIZ T ZAOME L_EEE
RERDDLEEZD L, HEFEAEKER
HRARNDLDZ ENBEIND, ZNHD
MEEZRT AT ZF—DH R, #
BE#EOTREZED TS, —F, H-iRH
Be LTI E—0eH B 510 L5 MR
DGR E R Lz, AAV Y X —D¥
PRV B0 L 0 B IR 00 A 7 3 A RE Ak
THERLIEANLT 7F ROBOBERD S
Nz, B, TOAD =X LEFTWITNAS
D, R7 F—5 BBB &z TR TR
L7z, BEH L7 ASA 2 BBB @il L THY
AREIZED IAENTZ, RNT X —RE LT
a7y —URHERIEALE, RED
FAEENRBEZLND, WThitELZnX
IRBMBITMA~T T ATERFESI LTV
WIEDEBE W T RFERRBRBELEZ LN
D, BIE, BIZAE%K 1 BUAOFHAR~<D
Aol BB THMIMEEZFHI TV D,
P OBETFIREORZEME L B2
REIODOEEZFIERRIFEE LT =7
AN EFESTERERMG LT, AAV S
B—DY T A TOENLDERTFEA
MO DI EREIToTWND, L
FIANAEFESTZEBRTITHIVARY ¥ —
L SIVARY X —DEWNRENT, Zhd
DRSS AOBEVEFRATHZ &
THREBERBIIIS CFH LWEBGTRE S o
b a— VOIERRFIREIC 2 B EE X B,
E. @

A% 1y ADFE VW< AT D AAV

R F—DOFIRESIC LY ABO A2 57
KB TORINLVT 7 F OB ZERHT-,
BT ATV T HEEFIEREER LN
a7,

F. WroEse®

1. FSC3ER

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

mitachromatic 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. In
press

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. In press

5. Sakuraba, H., Chiba, Y., Kotani, M.,
et al., Corrective effect on Fabry mice
of yeast recombinant human
alpha-galactosidase with N-linked
sugar chains suitable for lysosomal
delivery. J. Hum. Genet. 51:341-52,
2006

6. Kawabata, K., Migita, M., Mochizuki,
H., et al., Ex vivo cell-mediated gene
therapy for metachromatic

leukodystrophy using neurospheres.
Brain Res. 1094: 13-23, 2006

7. Kinoshita, H., Watanabe, A.,



1)

2)

3)

4)

Hisayasu, S., et al., Targeted gene
delivery to selected liver segments via
isolated hepatic perfusion. J. Surg.
Res. in press

Kurai, T., Hisayasu, S., Hirai, Y.,
Migita, M.,Suzuki, H., Shimada, T. A
single unilateral injection of
AAV1-ASA and AAV1-FGE vectors
into the hippocampus results in
bilateral expression and widespread
distribution of ASA and prevention of
sulfatide storage in the whole brain of
MLD model mice American Society of
Gene Therapy 9th Annual Meeting
(Baltimore) 2006. 6

Kurai, T., Hisayasu, S., Hirai, Y.,
Migita, M.,Shimada, T. Co-injection of
AAV1-ASA and AAV1-FGE vectors
into the hippocampus results in wide
spread distribution of ASA and
correction of metachromatic
leukodystrophy in the mouse model.
The 10th International Congress of
Inborn Errors of Metabolism
(Makuhari) 2006. 9

Shimada, T. Local and systemic gene
therapy for metachromatic
leukodystrophy. 3*d annual world
symposium of Lysosomal disease
network (Orlando) 2006, 12

Kurai, T., Shimada, T. Correction of
metachromatic leukodystrophy in a
mouse model by AAV1 mediated
co-expression of ASA and FGE. The
12th annual meeting of Japan Soceity
of Gene Therapy (Tokyo) 2006. 8



PEISFEEE GBI EEME  (EHRMRERIRMIEEE)
FGAY =R/ (T 7V —FwETe) BT HHEMEE
SHEBFIEHREE

A IWVANRY B —% BTz KrabbelHIZ 5T A Bin 15
SRR B B2l EREESERRENEREEE

MREE : 74 VYV —2F0 5 b THLEITHIC L = 72T
HI¥R BB T H D KrabbefFIZ kT 2 B FIRE O RIS 21T -

Tre —HERMZE LT-HIVEEDZEMDE WL U F T A VAR Z—
WWRRKREER T CTHAHCALCETA LM VA VABER L
oo TNEFERT RATHREN L, SBSHBCTORRLHERL
7= ZALARZOFRBICB W TEERETIIR SR, ERZ

BHOBIEREAR & W o RERDEUEBILIZEL DT,

N YAk
IHRTET] EEEESER KEE)
A. WHFEEB

Krabbefi [XEITIEESEMEMREER TH U |

BR & 72 5 RIBEERGALCRBR B+ 4
ATHZEIZED, BBEOEITEZIE L
SEEAREITD D LICL ABETIGE
EEF N~ AEFHOTRAT 5.

B. WfzEHk
(1) Krabbedi DR KGR FCALCE N7 &
— 75 23 RIZH A L. co-transfect
iontt K VHAEZ VU F A L AN
7B —EMT B, VA NVA TR
FRIZAAGAENT-GFPO R % 2 9 3
HARA LT BV TFACSIZ CEHAI 5,
(2) KrabbefiET /L~ 7 AT BTwitche
r mouse® AE LB F2WrIc LD
Homozygote~ 7 A & &R L HS
1 —20FER~T Rkt U, EFFIR
X V1A%~ Y50-100 - 1RET 5B,
(3) VREREE & RIGRBICHB W TREEIN,
Twitching (BDE 2) 72 & DIERFE
0., BIOEBERICRIT AGALCEERTE
MORE, HREZHOBRFEIT o7,

(fEE~DEE)
(1) BERIIETEEERBMERE
v A —ERBROMBIEENIE - T

5.
(2) EF-AHz T A NVARYT Z—ERK
WELTHHEEE KRB ZDINAEES.
BIUMGEHEESOAREZE TV,

C. WFEfER

(D) AEBEInzEBZ LT oAb
ARy Z—3 )i & L T1. 5x10e8TU/
ml Chol, BITELEADELED
A7 8 YL Z polybrene8mg/ml, Cho
ndroitinSulfate Smg/ml % [GIHFIZ N
2570 EDREEIT T,

(2) MIRARE~DRRYLEBR TIX 2 9 3 ARERE.
HepG2AHRaRE 72 Kz BV Tdose depen
dent72E55E - GFPOEBERENE LN

(3) TBREERE L RIBEEHC B W TR ESEN,

TwitchingBOEZ) 72 E OIERFE
H., BIUOEMEWVWEFZHRAETE
BRZEENR NPT,

(4) %E1AB%ZIZ~ Y A% sacrifice L,
LlgaR COBBERBE M LT/ E.
FRgIZ B W TR ERICTEE L H B R
DITEH, FIRARRIZIIEZIR O
otz

E. f&wm

Mz L F A L R TKrabbeli DE=
FIBRICAERG I Z—TH BN, T
N ATORERITTS LW T., &
#BIS o FEE R R —FEE. U
A NVATME, BEFEREICBOWTHE
DEMNRH D EE 2 LT,

F. MFExE

1. FERRE

[F&RE]

L. /WIES], ZERT, K+, fF
BRER. LT UANRAERWEKr



abbefRE T /L= T A DEIEF IR

48R A A/ NIRRT RS B

&, 2006.6

Kobayashi H, Morita A, Ohashi T,
Eto Y. Lentivirus mediated gene
therapy for Krabbe disease. The
10" International Congress of I

nborn Errors of Metabolism. Mak

uhari, Sept. 2006

Kobayashi H, Morita A, Ohashi

T, Eto Y. Lentivirus mediated

gene therapy for Krabbe disease.
The 12" Annual Meeting of Japa

n Society of Gene Therapy. Tokyo,
August. 2006



A TR O R R B & (R MER B IRAT 725 36)
SHEREREE

B-AZ7 b F =B RBIEIR T DH L FIRFRIEDBR %

SyHRMTIEE A |2 BRERBURFERFERER
WHoEH 1% —/BER EREREILRFERER
MHREE

Gui-H o 7T VF VR = RET N ADOMRFZNREILERHESL L, FA BEE, A
EnE DFEBEEMEIT U, IEEOEITEEBIFMATEN LR L, vy ik d
WINOEVHE Gy~ v VATV R— VAT L= AR O 51U, sl 21T -
oo T N OUFRHEN T ADIKEEFEE TR OB D LB R LT,

A BHEBER
DIONPBRE T D7 INN v REOR
BELTOG~H TV R = ZADO MR ERIIR
BEZHEL. TORREL LIy XafbEW
NOEV (N-octyl-4-epi-B-valienamine) @ % 5% 7

~,

B. BF3CHE

TR LIEEER/ v/ TUNEREMBIO
R201CEANG VA e = JERI G =V 7V A
R REF T 2D E KRB % F AR <
DALEBIRA LT, BB AL, B 3EE) ., fOR
EHRLIIOMEEEEZRY, ThENORTE
TABEBEORTTIZAIE LT,

T REARREBR O DICH UNEE A AL
AYNOEVEZEIERI=F L <7 22RO B 5L,
ZOERZRBEZDOH LR EIC LY
HIELT,

C. WFoEfE
EFHEBIOEBET Ly A3E#%2-47 AT
BATEIZZENHBRL, ML LHIZE R 2>
7o EH~<TATITAERIS, A E T, BRI TEI
BILORIE CThhoT, BES <Y R34 %5- A XY
AaTEORENPSITARY, EHISFA T
1520 T LR U, BEA U AOATELAE
w2y HUBREE LR, A% EFELH%IT20-30F
TLEHUK, NOEVI G ERIZEY | B E5BEE

A%, A=a7E EREm» RS,

D. B2

FUSBAR LI R FHEE I, G- s
VA VR =V RET )V AD EIE R R A
TOFMIZE R THolz, TLTESHBEDDTIE
DL N AFEEMEBR O R EICHEI L
BTEDEHFEIND,

E. 55

ZOFHUNHRER T MEDOZ L e, REE
TNy AORERERREBEIZEIC IR L, Z
UL E B S DOMODEREBET N~ A0 5 FHE
BELTHEANTRETH S,

F. (&R EMRE H
72l

G. BroEsR

A LR

1. Suzuki Y: B-Galactosidase deficiency: an
approach to chaperone therapy. J Inherit Metab
Dis 29: 471-476, 2006.

2. Iwasaki H, Watanabe H, Iida M, et al: Fibroblast
screening for chaperone therapy in
B-galactosidosis. Brain Dev 28: 482- 486, 2006.

3. BT Iy tur, NERISHE
69: 1710-1715, 2006.



4. SuzukiY, Nanba E, Matsuda J,et al: H. MM ERED HER - Bk
B-Galactosidase deficiency (B-galactosidosis): =L
Gi-Gangliosidosis and Morquio B disease.

Scriver CR, Beaudet AL, Sly WS, Valle D,
Childs B, Kinzler KW, Vogelstein B (eds): The
Online Metabolic and Molecular Bases of
Inherited Disease, McGraw-Hill, New York,
<http://genetics.accessmedicine. com/>.2006.

S. Ichinomiya S, Watanabe H, Maruyama K, et al:

Neurological assessment of Gy;-gangliosidosis
model mice. Brain Dev 29: 210-216, 2007.

6. Ogawa S, Kanto M, Suzuki Y: Development and
medical application of unsaturated carbaglyco-
sylamine glycosidase inhibitors. Mini Rev Med
Chem, in press, 2007.

FRFER

BAREZ EEETAV Y —AHRIHTHSI
AN % _uPRE. B 254 TR BRI
SHFVRDT b, HUR, 2006.8.4-5.
BRFEZ BT NI RER NG, - Y
YR =V AOFUWNEFERSE. 5 29 B
ANEBEERRE, KFH, 2006. 10. 17-
20.

3. Suzuki, Ichinomiya, S, Maruyama K, Toda H,
Watanabe H, Iwasaki H, Kurosawa, M, Matsuda

=4k

L

J: Mouse neurology: neurological assessment of
Gu -gangliosidosis model mice. 35th Annual
Meeting of the Child Neurology Society
Meeting, Pittsburgh, 2006. 10. 18-21

4. —/EAER, EDIEL, MEE—R, Sl
EF, FHET, SiEZ, BEEET, i)
FED, AVIEE—ER, $3REZ oy m i
EE=ZY T DI D=y AR R 5
DBA%E. 5B 12 [T — AEIFES, B,
2006. 11. 24-25.

5. Suzuki Y: Molecular approaches to neuro-
genetic diseases: Gy -gangliosidosis as a model
target disease. International Congress of
Genetics for Pediatrics, Luxor, Egypt 2007. 1.
25-26.



