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1. WFEE/
MARERBEREOIZEAZE, EFFHAEBOTA L2 [HAEE] UHHINLLDTHE, L
L. EBEOHEIZIE ., BELFHIIhI-TWwE, T/, FEAFOERIIOWTI, EEE
BHETLTVEVnORBIKTH L, FHEOBWIX., P FREEFN L7 7 —F2FHTLZ L
Ty, CREDERORERHLFHEEETHETLAIILTH L, MNEARBEEEO P T,
HEEBIUBERFORENERTHD ) VY —LEREL/PRIZJUORZAL LD HITE, Y
V= RAERIEIL WL, B iE#E. MBREESICL D) v - ABRIEO PR MERE I
T AT EEBREOERH R A IS PEEEFART I AL HVTHRE TS, AMRIruRoAizon
T, 7Y Fu¥y sy SEROEBEFEELORREFKRICOVWTENT S,

2. WA

1) vV — AEREOBETEAMBGEREORRE

B6/MPSVII 77 AL, & T ZHE5E VII B (Sly disease) P ETIWVE TH 5, & T EHE VILRIT,

B-Z N =¥ —EORIZL ) FHBOMBOY) v — LB L ISENER L THEOBER,
FRReRE, BB mafbiEE, ABES, BIUKMENRBERRZ COLELRERTET S, Wistar
FF v bORRFPOEEE - B3 L LB B MM (rat amniotic epithelial cell, RAE cell) 2, & Mp-
TNy O ¥ - ERBEMB LT/ 74 VANY F— (AXCARGUS) (H 1} 2B TRIETFHEAL,
B-rhrusF—¥hKEBCRRTZ FF—#RzHART L, ZOMBOEE BFEPIITRINL
¥ FGUSBXHWT, wr/—R6 ") YBZEERT A LEEMEME P~ GUSB DELY AR %
Bt 2, 3510, BIETEAEEME T B6/MPSVII v 7 ADOMMA (KB OMIRAE) (BHEL, 2
KRB IS PIC BT 2 BB O 5 % GUSB OIEHEAIC L ) BIET L, /2. THEMRER
ZEOEBRNEZFMT 27-0, BASORBITR R T2,
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(A ELESRIBRI 75 79 AL 2 98— DTS
RBatoh

AE1A. E1B AE3
(B)FBh ok DS _/\
S— CAG B-glu poly A 3’

CAG YHARAHODAIR TN Y= ZDR) - POF o I0E—2—
SIS E-2—

polyA DHFXp- IO HRUAL T FIL

B-gln bMp- IO =%t cDNA

Ml. eprhra=y —YRIEFRBEMRZ T T/ 74 VR (AXCADGUS) D

e MR-V u=F— (GUSB) #RET AT 7/ 7 A VA AxCAKGUS Dif1E % 7R
To SEI7F/IANVADEl BLXUEI a2 BRE, b 0 IZ El HriZ GUSB
DEBRA Ly FEEALL (A), GUSB DB A2y MI, =7 MIOB-T2F T
OE—F—{ZHA FPATIY A VADZ N — %ML 7 CAG 7O E—F D
FETCT, e M- L2 0¥ —EHARBET L LI IBEINTNE (B).

2) MBIz aRZZANCBIAT Y POV x Y EERBETOLEEBN

BT E L THEYTA»DORELEBON-I 70~ ARKARE 64 A (FFlG0-14F, Pk
M74) 20%RE L, 2TOEFT, DIRERERFHARAREHTEO-2.0SD Kili, 2)JRET
L, HWlELZ L, HERFHRAFREHLEN-2.0 SD DL EA2+2.0 SD LT, 5Hlg%
WIAMERE T SH T AFREERN L L. oORB AR 46 XY OFH T/ Lz HEREE LT,
PRI PORESBEONLBR SO NLERABYE SO AT L7z, +T, BERIFERENEK
GREZHISNT-BERANT, S FHEAEICERE 2 HEHABAIL46XY Tho7o ThHD
EFIZDWT, T¥ Fuds 25K (AR) BEFOERIZOVTERITL, AR BZTFOLER
HBrEL LI TIAv—FRE L, BERT PCR THIEL 72, £ D%, PCR EW % heteroduplex
#1Z & A denaturing high performance liquid chromatography (DHPLC) #: T L, #ETEROF
WA A2 —= 7L, DHPLC O¥EFH wild type & B4 4 PCREWICH LT, HHEI -1V A
TR R HE Lo, ARBIEFOCAG ) E— MEERIE, K754 ~v-2 L/ PCR T
HEWE L. autosequencer L1238V T Gene Scan 2 X Dt L7:. SRDSAZ BIZF D V8IL £8lix., &
By—rx AECL VL, £0%, WRETFOSHFEEL, EHEHE EFEHIBNT
HatEmic e L 7,
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3. W R

1} U — AR OGS ARG O MR

a) BEEMBEToOMRE

AxCAhGUS (MOI=1,5,20) % EH L7 3 BRICFAFROEEMIC B2 GUSB EM 4
EL72o MOI=1 B LU s Tl & 72 R IL BT (2.7x10°U/mg) D# 100 £ (2.5x10°U/mg)
BIU150 5 (4.0x10°U/mg) @ GUSB iM% 71 L. MOI=20 TR Y 4 7 BN 1 BB fi 0 8
900 0> GUSB T (2.38x10°U/mg) % 7R L7z, #HEN OB GUSB iEMEE MOLIZHE L
#WINL 720 AxCARGUS By 5 3 BB 085 Hovh ) GUSB 1M % AR ICAISE L 720 AR o> 6 G B
DOEWHITIE GUSB EHRIZE A EBDO LN - 7255 (1.5U710%ells/24hr) . MOI=5 T/l X
7B R X R AT O 49 200 f5 9> GUSB i&M (3.0x10°U/10%ells/24hr) % 7 L. MOI=120 Tkifs X
B F R EEE D8 370 50 GUSB B (5.7x10°U/10%ells/24hr) %57 L70o SRiC. MM
fa® GUSB DEL) I A% FERL T A 7-8, GUSB MEBEBMMBOEMY T v MERREBIIZIINL
T, 24 REZRICHERE O GUSB it #llE L7z, F7-FMIC GUSBELY 24wy / — X 6-1)
CVEERHEEENL TSI EAHATAS, —HICRERE LT I0mM Y S — R 6 LR
MA Tz, B EMEMIE GUSB IGHEIX. IR 7235 o GUSB iFHEIC A L THINL ., GUSB @M%
FRAB O (MOI=20) %M 7= FEMI D GUSB iFH X IR O 150 8L ot B
B & 10mM 7 >/ —R6-Y) YEEDM 2 I A F B EREMI O GUSB IS IZBERINT 2 0 A TH
272, BLED#ERHNP G, GUSB R IBEBREMI A 5 Gl S 7 GUSB A5 > / — R 6-1) ¥ BS54k
AL CHEERSEHERAORNY ZE 2 LR IR,

b) MPSVII ¥ A 251 5 st

MOI=20 T AxCAhGUS % &5 & /2B R 8 A FE ML 5x10° % MPSVIL < 7 2 D K-l & Jo st
FEABE Lz, 72, BEE 1AL OBORATERL, Mr 4700 21208 L, #he
NoO GUSBEH*ERE L7z, £, BIETEARBITOEBEMB EFMEOHET, MPSVII w7 A
WHEEL., e Lz, BETEARBITOEEME S MPSVII =7 A ZBMELBS. MAICE
T % GUSBIRHOMIMIIZ LA LR ON L o207 (M 2A), BIETHEAEREBR OB 1 ARMEZ
EERITIEE O 100 205 1000 5 ([ 2B:1, 1) . 28T 10-100 59 GUSB iGHEH 32 b7 (Y
2BIL IV), E 640, BIEOEMBICBVTHFMTH 10045 (F2C:L ). W TH 10 5BED
GUSB {EM AR 67 ([ 2C:HI V), BlLEOERIE, DEEFEAEBAKRE, EfIzhY
TYADPEACEETE S I L, 2)GUSB A, KSHMICEBETREfIENoTwnas T &
HRLTW, $72, BHEHRIIOWTHBHBRFEN ISR L. MPSVII =% ZADOBTI, fE
MBI 7Y 7THRAOD VY~ LA0BRICE ABEM L ERAEESRS LN, FEAKE
BHEL-BOREMASRHRBL YY) 7THBIIBWT I 0SB 2 Z2RERIX, FIZE4I0HEL
Twiz,
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2. BREFHAEBEMARD MPSVIL ¥ 7 ANOBHIC X 235
AXCARGUS % B 8 - 728 {738 A BRI 5x10° 8 % MPSVIL < 7 A O B D Bt
SRR 72 =7 ADRIZ, 4 70y 212580, &7 v 7D GUSBiFHEEE
& L7 /0. BIETEARBITOERMIZ % HFEOHET, MPSVIL 77 A ICHBHE
L7co BETEARBITOFEME S MPSVIL =7 2 IR L7ZE4E, BB 3
GUSB ifitEn#EmMiIZ L A RGN o /0% (A), BIEFEAXBEMEORRE 1 4
REITIEEM TIEE O 100 225 1000 5% (B:L 11}, *HEIT 10-100 59 GUSB {5 1% A53%
WhM: (BILIV), & 612, B HMEICEWTHRMTH 1005 (CL 1),
T# 10 FHBEED GUSB iGtEASE® Sz (CILIV) .

2) MRIZORZAZBTAT Y Fuds rEREBETOLEBEN

1 FEBZBWT,DHPLC A2 ) — =0 7TV 2 ECHBICHEREERER -2
chromatogram % G2 ® 72, Z @ chromatogram I, il I 7 O R A BHERLEE R TIIE O LN »
2720 W % cycle sequencing I L VIREL. A Y FA Y I DY AT I A AT 424 ARF]
D3R, PPV RLFICADEEBERLYEAE L, BoEBTE., BERERL B
chromatogram # @O 2 272, CAG V¥ — MO Dh RS L U —ElUEOV Y- VEEFET LM
AHEE L, SIRE I 7O ABHFOMICBWT, AELZHMEEO Lo 7,

4. % 2

D AEREDOPHEMEREIREFIIFELTBY ., BHFOLDICEIESEOXRIEREY
BRIZILCATE Db L END L, ThOLLEERHNBEFPERBET A% WA <5
A, EESCLI LI VY - A EREOHERRHREDERLTII AL EILNL, &
BOERELND, DT T/ 7ANVARZ Y —%fv, BARET2E5RET2E¥BEABSHETE 2
ZELDRACBELIERARSLCEHBCBB AL, REEICOZYEZFLTHWAZ L, 3)
FIRAMAAIR AT X ) B6/MPSVII ¥ 7 A DOBHEBMAMT L+ REMIINET S22 L 2HALZ .
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COFRIE, )V - A EBREOPRMEREOTHEEEOHBII oYL TH B,

iK\*ﬁnfﬁﬁbté#k@¢M\7DN:XE%?@\E@%ﬁ&W%T§%7VFUfy
XHEFRRETREZIROON o/, TOHIZE LT, DHPLC TIHMIB TE 22 o 7ol H LR 4
FELTVDLIREMREETCE LV, EE. DHPLC A2 ) — = > FOREKEICH L Tid, R
EEDHET. 95-100%EHEEN TS, T4, PR WO TOE—-F LWL T NV
—fHE, TV I OZEE) Y- M EBTICED o RERICERERESEREL TV
WREEREETE SV, E.CAGVE—MADF > AERNT » FO¥ yAGE—FI s
SNTWS, LHeLLhs, RIFRTALRAHEIT, I 702 ABHETCRT Y FOyr sy S8K
BIEZTEROFESBVWIE2RBLTEY, 7 Fay s 2EBUMNOBETFRENFELER
ThobEEZOLND,

5. F&®

HIEFEAEE FEBBEORANBRIICL D, UV - LEREOMBERES TR TH LI &,

ATEREE VLB~ A VW TRL:, 72, ARI =L 7y Far v SERRETFR
FEDEBIZOWTHE L, I7URZABETER T Y FO 7Yy SEABETEROEENEL V2

LR AN,

6. s

Kosuga, M., Sasaki, K., Tanabe, A, Li, XK., Ohkawa, H., Ogino, 1., Okuda, O., Arai, H., Sakuragawa, N.,
Kamata, Y., Azuma, N., Suzuki, S., Yamada, M. & Okuyama, T. Engraftment of genetically-engineered
amniotic epithelial cells corrects lysosomal storage in multiple areas of the brain in mucopolysaccharidosis
type VIl mice. Mol. Ther. 3, 139-148(2001).

Ishii, T., Sato, S., Kosaki, K., Sasaki, G., Muroya, K., Ogata, T. & Matsuo, N. Micropenis and the AR
gene: mutation and CAG repeat-length analysis. J. Clin. Endocrinol. Metab. 86, 5372-5378(2001).
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