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The therapeutic efficacy of cell transplantation for muscular lesions in lysosomal storage
disorders was explored using a murine model of mucopolysaccharidosis type VII (MPS VII).
We used stromal cells derived from bone marrow and expanded in vitro as the source of
graft materials. We transplanted marrow stromal cells into the muscular tissue of MPS VII
mice and found that donor cells migrated far beyond the site of injection. The GUSB
activity was recovered after transplantation. In addition, histological analysis revealed a
widespread decrease in lysosomal storage in the recipients. These results suggest that
intramuscular transplantation of marrow stromal cells is feasible for treatment of lesions
associated with lysosomal storage disorders.

AR TERR
(AEHIAT « 1)
[ERESES LIRS R

2009 4 700, 000 210, 000 910, 000
2010 4 600, 000 180, 000 780, 000
2011 fEJE 900, 000 270, 000 1, 170, 000
2012 F 900, 000 270, 000 1, 170, 000
&t 3, 100, 000 930, 000 4, 030, 000

WA - (R B
IR O5YF « MIE « PORRERIRIES: - NERHY:
F—U— 1 FARR, T4 YV — L



1. WFEBRAES IO &
LaABPHEIX, LaBEE SRS HTA Y
Y — AR ORI RIBIZ LY, &FI1c 7Y
gV )Y nNER L, H— I VR
P BEE., NFEE, BEISiE, FRUkEE,
DMEFRIRE, R, RS, RS ehEEh R
B2 EOSEIRERE 2T 5 e RACHA
TAE T D, 2005 FAZAFHID L 2 ZHHE T
FIEEF A T 0 = X —B2KR, IkGE S,
FE R TIRIENEN CIRRZEE BT D
L9t otz, D%, 2007 FT 11 AUEESR
BIE 4 F 2 L 2T 7 —F 2008 4E(Z VI Y
RERREBN TN AN T 7 —BRER I, %<
D 2 2 PEIE B DR L& 21T T
W5, ZOHT, BERMAEIEICL > T
ERODERLH DN, WFEIELRNONB L
IHEITTAHAER S H Y . Iz TER O SE
BT HARN, FEOAHIETD ) K&
Wiz, B b aMERE < D oRYIFEHE
REHT HIRBEIEDORENEE TH 5,

2. MFEEDHM

I3 ZHESE S R D AR RN & S
L7z THRD AL TR Tk 2B R T 5,
B L FEERMIR A B, B5E L, L e
TANA, LUFOANART Z—2 L&
BN LT, MPSTRIET L~ 7 A2
i L. TRV OPIEEIT O, FrICHZERM
faz~ o ADOHRNICBE L, BERE e
HZETEREDODEREL TWD L L2
BT D EFRREMNLT D,

3. WFgED Ik

L a ZRHE VII A~ 7 2 KEEFFIZ B 7 v
n=X—PEaTFEAL FEERMEERE
WL, At EBmed 5,

D b MRHZERMELZ L= ZHHE VII B~
ARBEFGICEAE L . FEA~D3 b, 4Gz 7
i, BT 2.

2) ERE1) T, MM, oD, ffi. FF. M OB M
BB T 2RHEMOSELE BV n=
X —PIEEE &R L OVEE e ca &
AT 5,

3) BN —PHEETHRBEIATIL
P OANART Z—BLRLV T T AL
AR B — % B SE- b MR
LA BRHE VII B~ w7 20O KERFHICBAE L .
B L EZERMIEO A~ 5E
HEETHET 5,

4) BRMIEIZ 3T cross correction 23HRE

LTW5Z L aiHiid 2,

5) Lid 3) TAMM OB OUEL B
N m =S —PIEEE R, EEYE THE M
ZRHl 5,

6) LU NABYRE LT T AL
ARSI DO ZNEFN OB~ 7 A% L
T BESRTEME O LW A 0 o R A AR
T, BRIEROUGEE 2 AT D,

4. HWFZERR

1) t FEERMKEE L LHEE VI Ble5
NI AFHANCBHEL, fIH~D1t -
A7 DFHER DOFESL

BHEH ke N REEER ML X O R
Hkb MREZERMEZSEE B5&E L. 0 25
X107 1FE~ T ADOHRBIHICBHE LT-, B
Fifte 18, 48, EFC, &E5HAMT
B D KEEFFIZBW T, BRI O ~D4y
b, AFEZEA L TF Y, VAR T 4V
Yuft, TR L7z, E7-RERIC, BEEMITH
BDRBFFICBWT, B V7 u=F—EiE
Yeta 2T\, BRERO g /v a=g—E
EMZFE L=, EXF Uz Te MHE
ERMIDFAELZHER L, DA a7 ¢ oY,
o, BTN a =X —B iR O )Yy
BINHT EIZEY, b MEZERMIEOHA
~Oo b L7z,

2) BRE%~ T RO, L, B, FF. B, &,
MFIZB T 2RBEMEBOHEL BTNV
no=F—PEREER I OERRAaDA
AT
Biitt~o AOM, O, i, . M, B

MED LI Nru=F—PiElsTEEL, B

TN a =B =Y O ~DOR) R P L

77 FIRRZ, ZENHDRF 7 0 VYR, WS

U #ER L CHBassD B 7 VT v =4 —

BIEMEE & & IR R 1T o 72,

3) BETHEALLLHERMBOHE~DY
1t - 43 DFFAf

BN A= —BELTNEET DL
FEDANVARI Z—BIORL T T AL
ARG H—F% BT NVTa = —B R,
b BRI S, B TEADE
R OR 21T 72, SRR D B 7 v n
= F =V EER X OVE Y6 TR
PENHER SN TWE Z L 2R LT-, TD&E
LGB AMIZR 2.5X107 1% & L LPHE
VII B~ 7 2ADE KRGS L, BhEk 1
B, 4 BHE, BYET, BEHMLTH LK



BREAFIZHBWT, BRI OTE~D3b, 4
BEEACTFUYE, PR a7 o R
BN a = — PR TR LT,

4) BHEMIKIZ 31T B cross correction D EEA

Vha AN ARY 2 — Y sE L v
F 7 A L ARSI O K 2 DEERE T A B
TNy a =X —BREMEOER BIG LR
ol BYLSMA HRBLL, B BERICS
WENT B NAYa=X—FRKEHEAN
IZHL D IAE LD “cross correction” DHEZR
1T > 70, MR B 7 v va =X —8iE
PEEEEIT > T, AN ~DELY A A % WeR
THEEBIT, KEICLVEEDORY ALE
g U7,

5) B FEABMBOB IV rsn=F—F
TEMEE B & AR K 2 A S
AL Cd D KB WNT, B7 vy

0 = —BIEEYR 21TV, B g 7

N = A —BIEEETHME L2, Fo. Bl

B~ T AOKMEEDO B IV m =X —EiE

MEEEL, I/ Vr/u=F—Foey~0

NREFM Lz, FFRZ, ZNH0RF7 7 ¢

EI . RS SR A R L C A AR o0 Jp BiRE

ModEL B/ a = —BiEEREAT

DA E TR L 7=,

L hrUA VAREMRE LV FTA L
ABRYHIR D ZNEN OB~ 7 ATxf
L T, BEREME DL B REI4E
BRI, BREROWEE O
Lha oA AR 2 — R L

F AN ARG DO ENFNOBE~ T

AR LT, BHEAICIHET 2IEE S LTA

I na = —PiEEEER X OYEE A

(2 &0 IR AR TG E B AR LT, E 7

FRHAPRNZEET 5 2 LT, Ao
IEENEOLNAEFHME L, £, £ D
N THTEIRIER DS IZ DWW T B BIER, &
fili L 7=,

5. ThaREHRLE
Udessimse) (BF o)

(=g GHofh)
(XE) o)

(PEZEIY PEHE)
O HiIRP (B0 £4)

OBAFIRIL (R0 1)

(£ D)
R R —

6. HFITHLAR
() AFgefEs

I st (TANAKA  TOJU)
IMSTATEOE NE LR B o 2 — -
ABE - IR ERRIFZEES - AFFER
WF9eE % E - 50415585



