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« ALP: Alkaline phosphatase

« CTH: Ceramide trihexoside

* CRN: Creatinine

* DPD: Deoxypyridinoline

« EMA: European Medicines Agency

* FDA: Food and Drug Administration

* GL-3: Globotriaosy lceramide

« IL-2: Interleukin—2

« LDH: Lactate dehydrogenase

+ PDC: Patient derived cell

« PDX: Patient derived xenograft

* PD-1: Programmed cell death 1

* PD-L1: Programmed cell death ligand 1

+ PMDA (Pharmaceuticals and Medical Devices Agency) :JHINZATEE A &3,
R IR Bk v B AT

« RCT (Randomized Controlled Trial) : HE/E &AL L ER

+ SOD1: Superoxide dismutase 1

« aGAL: «—-Galactosidase
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PR AT LOMELZFBL WD, 29 LERVHEALN, UVETA—T 7

K7 v Z7ORBIZEBNT, ERAOBARREBSCEEROE, eX N hray
fa—LE LTSI ENEFEND,

KA Z AR L TENEITMA, BELVIVA N Z2REBIEDL LR
EIZEY, UVITA—T 7 T v TOBREBEDIX, 1RIFEORINEL I HE %
HVEBTELDZ OBRFICRENZ T OND, E6IT, KEORMEDS L
MOBIEEREDRLINIBE L LR THA I,
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F2E EHIEHERBR
2.1 ¥5

% 1 ECIHBRRBANE I OV TG L7y, EFEMBRIE O 72 DI ITERAR
B2 Cidle <, FERRKRRBM O EECTH L, FERRKRRBRIC L 2 HA OO
MEZR BT, ERIRERBRIC I 1T 2 BRAGH G- B DR E OB H-FR I DRI 7 LN
IREERRBRER T A RS 2T 5, KT, B T ORISR O #5 R ITEEIK T
AMEEHER T 2D ETRERY, 2, ULV NTA—T 7 T v 7 TliIk&
RT — 2 N— BB L L CIR BN D Z 135 1 T CBEICIR 7223,
DIRNERIRT — 2 2/ 5 T DICIERRIR T — 2 BN L VIEA SN 2 &b EF 2 bh
5o KB, WINTIEA—7 7 VEEEE =T 25 B O 3 FIXIEERIR O BA%E BLRE
THREZZITTBY I HRT — X OEEENEZ D, —FH, BARTIEA—7
7 VHRE AT DI TR O T AHO%ZY, 5 DO B
CRLHE SN TWD DD, THIETOIERIK - KT —F 21 L IR OAEE
AT D2 ENEE LW "L ORHELH Y | BRT — % Oh7e b3 IEEIR
T—HALHEETHDLZ ENEBEZLND,

Fo. B 1 BCTERLEILV NI A—T7 7 RT v ZBAIRIRED T2 DA
o ARITERBRBRIZE L L2 D0 THLIN, KEOHTA X2 2D [Non
clinical studies | H " SRR ® & A4 K Z A4 > @ T Pharmacological
considerations] M ¥ CHERIKRERICHOWT HEHEHNH Y (F b)), FEREIKRER L
BRAFE DT OIITEHEREFZ D —DTHDH E V2 D,

LML, UV EIA—T 7 KT v 7 TlE, REOFDIEN SIREED R 72
EREA TV W OEBE T VEMNRFERE T, ET V@3 %2 A2 invivo
REBOFELNHETH LAV ESND, TIT, 2 BETIEUNV T4 —
77 v KTy 7 OEHEBERBICE LT, T AVENEE LR WS DY)
T D S IER TR SN ERFMEICOWT, 5%5E &R HHFADOME LT

7,
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K5 BRKOHTA RT A DHE

ARTA X AR BRI (A FZA2) KE (A Z AR
T BT A DKL Levels of evidence Evidence of effectiveness and safety

- MR IERGRER - HRLOSHER - ks 5Bk

FAT—% Yy —2A
- EBHEETAER . SRR SRR g O F

- BRPRIITZE, 6 F2EAH A O F

Pivotal 7k 5t

- iHMEIE R Choice of endpoints Efficacy endpoints
c FHREEORTE Choice of control groups
- SEFIER O E Methodological and statistical considerations
cRBRTYA + Design stage
* Data analysis * Reporting

BB IR AT X 2 I HINEE

Pharmacological considerations Natural history Studies

Extrapolation of efficacy and safety in medicine | Disease pathophysiology and identification and use of

development biomarkers

Nonclinical studies

Chemistry, manufacturing, and controls

SEWERR L= HA X AR, EMA TOHA RTA VKR RFDA TOHA XL ARICEHIN TWANEDOLE THE OR), FHEMIZARO T A X %
REMLH LU CHRHINTWAIHEB 27T, REFEHERABRICOVTRHRHINTWAIHELE 277,
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2.2 Fik

%13 & FARRIC 2001 4E 1 A5 2014 4F 12 H E TR SN U L R T4 —7
7RIy 7 43 5B, UV ITZUNDOF—T 7 KT v 7 88 i H OFEHRE
F % PMDA DR —L_X—=U b AF L, Tz IR SOV THliE L
oo FEMEZEIZLIDIERP AT 070 EIL PMDA DR — L=V TARINT
WD HFEERMRE 2SR LT,

T E L RSB fo it S 72 Fh 3P BR I DWW C UL F O IE|C
OWNWTCHEEIT - 7=,

(1) F5hFRERFBR DA%

o BRI FPREIER 0D S hi O F M

- RBERNE DO NER

(2) FEEhRRAm D 714

- in vitro BRO A THH S L7 dh B

- in vivo B CHRIRET LB AEH SN2 E
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2.3 R

2.3.1 FEHE S 7o R IREBER DR

SEREI LUV T A —T 7 0 KT v 7 43 5 H O 5 b HEIEBRER )Y FE e
STV BEIZ 26 shH (63%) ., YAV RSN DOA—T 7 RT v 7 88 fmH D
9 H 58k H (66%) TH Y | EMEIEICKEREITADNRD -T2 (FK6), S HIT,
By & A EIRS CEEARBR N E SN TV DIE TV N T —T 7
YRZ7 w7 32 BH 23 H (T2%), YNV ETLSNOA—T 7 KT v 7 50
Hrf 42 fhH B4%) THY, ELobmWEIETH 7=, —. ZhEEBINTHL)
SRR N T SN TWeDIZU NV I A —T7 7 KT w7 11 EY 3 A
Q27%) . vV LN OF—T 7 BT 7T 38 anH P 16 an H (42%) TdH -7,
HEPIHRB N E R SN TRV NI —T 7 RT v 71317 5L H
B, ZD) LAY EAERLITIME THoTo, 95 H T T = = VLR
TV UL RGeS - 7T == VEE, WhEE - R RFEVA T VEEIE) 2 bR
< 8 fhH CAERILFEOZEGRNIRG SIT W o, ZhHEENN T IR FEBLR R
NEESNTWRPoTm IV T A—T 7RI v 7 8B 6 fH THLESH
EENIR SN TV, 2EEEE LT in vitro BT —% . 7 /LV#Ei &
EFEE R in vivo BRERT — & SRR TOME AR ENIRM S TR
. ENOLLLIEGPFHIS T\, =, ULV E IO F—T 7 R
o 7 CIEHEEN RN EE S N> -2 TOMBICBEGR NIRRT SN T
AV

K 6. A REFRBR O E kit

IIVKNTA—T 7 L~ ZLIAD
N F—=T 7 KT

AR 26/43 (63%) 58/88 (66%)
BAEhE Sy 23/32(72%) 42/50 (84%)
ZhREIEN 3/11(27%) 16/38 (42%)
TN A

PR 122 3 b 9/16 (56%) 6/12 (50%)

IS FH K 7/11(64%) 23/33(70%)

A= ) LA 5/8(63%) 6/7(86%)
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ODVITIF =T 7 R T RORIN R TUSNDF—T 7 BT v 78T 2 KRR O
FhitRPle VNV ETA =T 7RIy 43 AW 26 A, ULV TN DA—T 7Ty
7" 88 b HH 58 bk B CHANEE AR K ST\, HIASIRS EAERS TIE L b A —
77 RN7 7 32aAM 23 B, UV RITUSNDOA =T 7 RT v 7 50 hET A2 S L

WEIE TREBRA i S T,

UNVKTA =T 7 N7y 7 435 B P invitro BMEBRO AT STV i
HiZ8fmH. invivo BEBROANISF STz BlIZ6 mE THo72, UL b
FUNDF—T7 7 RT v 7 88 fhHW in vitro BRO L NBIAT STV
HiZ4 5B, in vivo Rl BROALANRF S TWzmBIZ 14 mETHY, UL b
TA =T 7RI T TIXUN N TUNDOA—T 7 KT v ZIZ~invtitro
AR & in vivo BEROME F N EM STV DEIEG RN -7 (% 12), S5,
DIVETIA—=T 7 Ty T TIRREEN D2 R D13 L XV IREDOADIEN
ENRD7=% in vitro H L<IE in vivo B D E5H 67— TG Z 7 L T
TG D E < Ze DM R B T,

LRSS A =T KT oS ONVRIGPUNDA—T 7 RT T

in vitro
DH, 4

X 12. A EERBRAR

ONVETA—=T 7 RT I UNRTUNOG—T 7 KTy 7 OEPIEILRRNE % in
vitro/in vivo iBRIEM ., in vitro AERD A FEME, in vivo SBROZ TN, FEhizx LIS LT,
TP FILMBRERT, UVNIA—T 7 U RT v I TIEIUNAN R TUNOF—T 7
FZ v 72~ in vitro #BR & in vivo BBRO M T A FEf L TV 2 FIE MEA o T2,
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JIVETA =T 7 KT v ZIZBWT in vitro AR & in vivo RREROD W 5 &
Fhi L Wi BIX 12 B TH Y . 2O SBUIEGAZED 5 S H . M
IS 3 S E . AR RAIN 2 S H TH o 7=, in vitro ikBRD A& Fh L
TW= 8B D 5 AW FHIEIAIN 3 5 E & i b2 < (REMEESES S 1M HE .,
JEFAFE 1 dH Th o7z, invivo sBRO % F ki L T 7z 6 dn B ARG E
LS 5 H . G 1 SETHY  REIMEEIES O SO DFEREmN-o
7=

— 5., UNKTUNDE—T 7 T > F T in vitro &R & in vivo iR D
W52 L TV B 40 B TH Y | TEEHZEN 17 S H . REMEEIE S,
N4 AL EMEFRRFIN 4 B H TH o7z, in vitro RERO A FEhE L Tz
4 fh AT, SRS 2 ShETHY ., in vivo REROL A FENE LTz 14 54 A
o S 4 B REHEEREKL 2 Th o7z,

2. 3. 2 FEFHl o J7 ik
R RERAREZEBL TCOWARWVWEEBIZONWT

— AT TEEIES OAFRHES) © CIIHADIR S & A EIEML, ZReBmong
BN T IR AGE L IR T ORLERNH D Z ENELH I LTV DD,
DIV T A —T 7 KT T THHT 2= VEERET N U AT AR &
EHILTHHITH b 5T, HERBR N ER SN TEEGR LIRS h
TWhenrole, ZTOMBTIE T b EMMOBEM TORBRREN R D720, I
ERRIZIB W T 2 BT 1T 23R A i LT b & b COIKBREM &8 U FHM
THIENHETHD Z L, ENINDEERREREIZIBW TARIEOF M R
SN ELEBEZONI) Y T NN TN 2B A Efi L 72> 72 2 & 035
EWEFICFTH I TV,

UNVETHF =T 7 KTy ZTIEEEEEMND 2 B T 3D FKBEER )Y T
SNTWierole, £0 ) LR NEE L7274 > C (RE4 T T2 K
C. ZNEEIBNN: BEEEMEERELSR) CIXBEAREEOEEHIM 2, & O BITHT - 2 HH5K
AN TARRIN TR Y, FEHEENZEHE SN TND Z LB IS
SRS 2 Sl L TV R o T,
in vitro BRBROAREBEINHEIZOWNWT

UNKTGA—=T 7 RTw ZIZEB W TSR F M S T2 26 AL H
H1 8 dnH T in vitro BRO A THEHG MBI SN TV (FR 7). £D 5 LAWY
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FIBLAIAY 3 MhE b EL. NSOGB ((REMEESR, M5, KA
MR HE 2 L) T 1 MBET O TH o7, in vitro sER COFHBIE H 23K
ABRIZBNTEDOEE D LITEWEIHMIEE & U TRIE I B, HEgA
vawA vy Witk RN 3~ A U TR, ZhEEBN =Y i
JREKE) OB ThHoTe, ZOMDEHE, FRZAEYTFRIRAITIL in vitro Bk
TYERBEFF ORI 21TV, ERARRER CIXMERE T 2 50M 3 2 5 B 12 % CHERR
FERICKT T 2R 2T 2 HA ZRE L T\, =7 U X~7 (BB 1
%) TlX, BIEMKEA~E 7 0 BV IRIEOET VEMWNIGAIE L7202 & AR
E hoHiRE LA S, & MUSANOBM) OIMIEIZ K 2 E 2 sl L7z 2
EIRBREINT-Z ED . FEERIR in vivo RERIIFE I o 7=, in vitro
REBROFER, AN hC5 EFEAT D2 L. b MBROEMZ IR TS 2 & 235
D B, EARRER COFMEE B IR M 2T 5 2 & 2T RN RETH
H I~ rov o 2El] kO [Lactate dehydrogenase (LDH)fE| & X7 %,
TuALTy—¥ TAT 7 (EEFEEEZ) THEYRTT VBN EE LR
UW72® in vivo sBRITZEM STV eh o7z, in vitro BRERTIX Tk MHfamly
DOAREDO Y AHIRE |, [KEWFEICIIT D7 X BESIOMENE], 714
V=L A~DOERVIAAR] KDY 752 UmgEfEE] DM TB 0., BRR
BRCOFHMEEE CTh 5 6 /5B THERE) L #ieo Tz, L L, FBIKEHGEH
LT RN 72 UREIRE | DWEBORIKEBRIZB W TIME SN TR Y |
in vitro FRER COFHMIE H 23 BRI SR C OB B IZEE A - Tz

I HIZ, invivo 7 —Z DORPWMESZBER THTEL T BE B RO, N
VU Xv~T (B z) (W54 - oA Lo MESH. 2hEE - R BB
FEt% DM EOS OFIH]) 1%, ik bR Zua—F bk TH D Z LA, in
vitro SRERICIS T 2 MFHHE &AM 1/ ARSI 1T 2 - B 230F U
Th Y (Interleukin—FMKIT T 2HIEM) . in vivo (231 5 FHIE KA
FEHIN TN I L CHENEWNL O LTS T, LirLl, b
k& RHERGHED B D T3 =27 A FILTOBBHE K OVDBHE D RGN S Z &R
LTI EH, BV 720 in vivo T— & Z4fise LT = )
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£7.8%% in vitro RBROATFHFMLTWAHE

in vitro #ER COFMIA B

i R R C O REAT

Ny Y Fo=T

(BnFHAH Z)

AEED T1L-2 ZRE o BUTHT 2 K5G8, FFEIL T MIIA~DFEERE, ALOFURF R TE

A IMERTGUR 7 Z 2 THERPED T AT IS 2 fe

A 6 o A ORGSO

RN T~ A v (GBI

IR BEFERR ISR D in vitro HTEE /I

MBI R R GEARTE O E)

ZINuery

A B ML xS 2 M AERE . TRRBEIL, = b b—T R T Y U U AEITHE

B ABR A A I TSR L RS 70 — 7 D50 4
IR (AR

Y A~ 7 (BI5FHHR Z)

A H—aAfFxr-6 LETY—LOENE

RIE~ — T —DHER

T ) A= 7 (BUn A

C5 [HEMEM (BREE M) . hCs (ISX 3 28R, hCs D= b —T =y

~E T L EAL KON LDH fE O 28 &

KrvF—E7 177

(BnFHAH Z)

FE N VERRHEIE BB OWOF TR B R N {E ]

. M R R

BT 7 IVART LI

b MSEF O N T AV A LT 4 BIRICHT HARIBOBRAFE S, & MiuEfick g5

JRIBINE Sk F COARIK NI tafamidis O kT v A% A LT fiREEREIVER

Neuropathy Impairment Score of lower limbs

DB

T AT 7—F

TNT 7 GBIB L 2)

bt MRNOARIEOT Y IALIRE, FEMFICIB T 57 2 BESIOMRME, 1YY —

LASDOWY ARG, 7T 2 B ERE, Bi5 5

6 HBATIEEE D R— 2T 4 U6 Db

UV TA—=T 7 Ry 72BN T in vitro BERO A TEL 2T L T 72 H O in vitro iR K& OERIRFER (pivotal 3UER) TOREMRMEH (2>

WT

Fod L7z,
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in vivo RBR CRBETNEPEZFEAL TV ILBBEIZONT

UV TH =T 7 Ry 7 TIHGEHMEEEML 3 M H T, WL IEMEIC SO
Le® TV BAFAE L7 Teh, RO L e 27 VB & I\ T KB
BRSFEM STV ), THNT X —F =& (Bizff#z) &7 T
H—¥ TNANT77(EEFHEEZ)O 2 HBIE. WTILh in vivo ER T
a—Galactosidase (aGAL) / v 7 7 U h~UANEHINLTWE, 2O~ A
VX5 5FHAR I Globotriaosy lceramide (GL-3) &2 N Ceramide trihexoside (CTH)
WEETH, L, 2OYUARATIETZ 7 7V —HEETRD LN LERE0
OMLEREE 72 EORRIERSCIEREF R EDBO bNenZ b7 7 7Y
—IRDIFIEET V&2 EFEICHELL TWD &30 AT, BRI/ T X — & Ok
PRI 21T 5 Z & 1XTERY, Lo T, THAVE—E X—% (@5 T
¥HHL 2 ) TIE in vivo BRBR CHIAEH GL-3 JREN, T LA —E TAT7 7 (&
o ) TIEAS g O CTH OFR D eI STz, —J5, T Z—8
N—% (Bla L 2) KRR CIX, 777V —H CHZFICA LN BEIEE
AL N D GL-3 HHEICEE T 2 BB FR AL FEFHMIEE & L TREINT
W2, TN =8 TAT 7y (BIn R TIEL BRARER 2 RHl3 2 72
DO TFERAOEMEFEE 3 DA77 | IZHZ, invivo BB THRE I TV
7z D CTH &) S EEFHEHE & ShTunie ™,

FEEMOSETHL VR BT M) VLTI, B N—Y =y MR
DETNVEWIFELRNSDOD, FX—Y =y METIIERINOTTHE L £h

D B DO TLENE O 5TV A 72, FIRDKGERFERHCIRN S B R
HEEENTCHE L 72T > P2 W B S B ST, —RmICE
—V v MEIZBIT DR LD RARA > NI FAER O g X = o fk]
T HN, MiFE Alkaline phosphatase (ALP)fE 2N EFCHE O T DR 2 [ 4~
L5EBZLNTVWD, ZADBECKTIFFHMIfEE S LTI TEY ., 2ok
HOAKRER T [ ALP fH) 733‘3‘_5%347@1/59 ELTHRESNTWE, L
LM, 7y FTCIRUE ALP fEI#EE, P, JERE L & OREIC X HEN
NRKEHENNHETH D=8 in vivo RERTIX [JRH Deoxypyridinoline
(DPD) / Creatinine (CRN){HJ 23FFAf S 4L, FRIREER CTHBIVGEHmEE & L T&
EINTWE S, Elo, BX—T = v M CIE RIECBEEHCE O B 235884
HIEFINFET D720, ZEEETIIH 2D EOBEENA DN D BEET v
M OBEEVEE T VB 2 O 2B M R I SN o %, R ORBE LD E
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#£8.in vivo RBRTREL 2T LEMEFERHLZME

in vivo R TOFHLIE H

R R RBR C O FEAT B

THNLH—F X=X

aGAL / v 7 77 b~ A2 K5 fiEd GL-3 &2

X Mgk B 1A PN B2 0D GL-3 FRRIC B 5

=

GBAZ T 2 ) R REAT

THNE—E TLT7y aGAL / v 77 7 b~ A K500, g, Blgo CTH iR OEMEHEA 3 DR =T
GBAZ T Z) EREOBAEN A CTH 2

Ul =0 -l MUY AR U T >~ M2 X 2 R DPD/CRN fi
(GheEBm) BIEETT VT v M X 2 EEEIEORD 137 ALP i

JREEET LT v M X DGR ORP L S v SRR

NI A—T 7 FT y TOEIEERERIZIB VT in vivo

(pivotal BER) TOFMIEE IZ DWW CRLHE L 7=,
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2.4 Z5

FONFEBRERER T, BRI RTIC . RIBIEBIT L CTHMEDN G TE 5
MNE I A in vitro BEL W in vivo OME N SEFICHAT A 720 0EE &
725, in vitro BB L Tid. AL~V CORSRERIME, BERERE, SREES
SAETTARBRAE T 5N D, invivo ikBRE L CIXEFEY, Rt L E)
W% & WD BT B AL 525, A5 0p I 38 S BH 78 TR B O A D P )
SIRREDfEA N E F 37 LB 2 AV 2 in vivo RREBROFESE N KEETH 5
ANEEEIND, BMA DHA KT A 2 Tl ahSRERBR I >V TR 7 EE 3R 5
ERERICHDIEBTHo THET VI ZH W CTHRBRZ I T 52 ENEE L
W95 —J . EMA @ Committee for Orphan Medicinal Products & X A A4 —
77 Ry T OEEETIE, in vitro XY in vivo W DOT —Z NEEH I
LZONLELWVEOD, BIFNITIEH S in vitro 7 —F OB BFIH FTRE/R Y
AR E 0@ LAHMlICH WD R&ETH D Z LN STV D %, EEE,
RN CIERFIR DB CTA—7 7 HRE AT T2dh H OHIZiE in vitro 7 — & O
HTHEZZITIZME BN DONBELILTND % [FIERIZ FDA D A 2 AT
BWTHEL ORDEBRTIZET VEMIIFE LRV D, EEOBRKMICEE
IR RS RWATREME N S D12, BT VI ORI L BRAR A L < BfET %
VENHDHZ ENFHEHIN TS ',

AlEfREt L7z X 9 2@y 22 e 7 VB IS FELE L7722V GE TlE, in vitro iABR
DHTEZFHE LR T b nr—2nEx bnb, R, fik b€/
7 a—FVHURRAIO X5 7o e MERARESRML TIX, B FOSMCEKEER &
RETE TOFIAEE L WA NRE W, 2O X9 RGEITIE in vitro AERIZ
BWTERAMTF 25 L, BRI OR S 2T o6& ThHhL B LN,
X5, EOFEHE LTIV TA—T 7 L UHNOF—T 7 KT v 7Tl
HoHN, =ARN~T (Bin i z) (Rkesk - A7 0—R, 2hEe - 205%  EER
) XA T e ) XvT (B Z) (54 0 $4 hL—X siiiE. 2
AE - 20 - EEMEEMANE) T, EERAEMIAE A B LT~ U A TR
FIVER MNFRD IRy 7205, Al L 7=/l ik TlX Programmed cell death
1 (PD-1) 2 X Programmed cell death ligand 1(PD-L1) ®FELE MK < PD-1 TR
PD-L1 %41 L 7= S fZ [BIREAS L & > TR 2 DI, FEGHE A SR 23580 H i
RO T FREMEN B 2 S T2, AT, B RAEERE OB
T. PD-L1 OFBEAFHEE S PD-1 L PD-L1 2t LSRN E = > T 5
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ZEMHE I, in vitro TOEREFTZZET 5 &, AT CcEs L
HIF SN TN, 2R BT =60 X 5 (SRR B3 234 5 =
EHLEFEBRO—DEEZLND,

X 5T, in vitro 7 —# & in silico (2 KA eHfliZzflAE 5 Z & THRIK
TOMROTHESIDIZEO DL ZENAREEEZ DD, EBE, THFETIE
Fasudil™ <° 1-deoxy—galactonojirimycin™ ™ K 91T in vitro sABR<° in vivo
FARERIZINA in silico &2 FMEHE &AM L THRFE S i D IRMIT ST %
EFEnmOHRELH DL ",

in vitro BN BFNDO A7 BT ARERIRY 7 — 2 23l LA+ 522 & 6
A ZED DL FEE L TAHTHLEEZEX DD, BIZIEL, #1317 Tl
in vitro REROFER & B ER L U CTIRA ST AF ST D 5 AR &3 5t
STV B, FFRIC, 77 I VARXAT VI U THIRBORGDEDN S+ 70 E
BIEOMEENRECTH Y . HEMIGRBROEMIINEL Z 2 5ni-7-H, in
vitro sBR &R A Z R E L2 1 MRBRICIZRT 2 M+ tafamidis 2
. NI AT A LT URE RO ELREOR RIS E KB HENMF S
TV,

FDA DO H A X v ZARICFH SN T WD X 5 IZE T /VEM DGR O % 7R &
BRNWEORGETH-TH, EYEiHii 252 LT THL EBEZ DD,
RBMERLTHLT AN ZH—F _X—F GBI T Ly & —Y
TV 7 7 (B FHAH 2 ) TIXERIRIER &2 BRI S L7 WU 7 LB 23
WHNTWER, (EREFOBLENGFHMEIAFRETH D & STz,

IR L R OET VI EH W CHEGZFMT o2& b T RO —
SDELTEZLND, VERBUBT N ULATE, BX—Yzy NEOET
IVENIIIAFAE L7220, B ARGEHEE S T L 72 B 7 v E8IC X 2 Rl 3 1
HEN Tz, M T, ZOREBTITERESCEMSECEORE &\ \o ik b
RoNdid, ZEGEETILH 503580 BIBEN A 55 T T L OBEH
JEET VEM 2 A OVTZFHIA 2 SN TR0, BHoRELE w8 EH NS Z
CICH S TR TOIREREZFIH L L5 & LTWe, 72 Z D8 HORKAER T
IEEERIE RN T DRIl 72 STV e v o 7203, in vivo skl Tl A2
{EDFHMI SN TEBY . Z 0 XK 5K TOFHmNIR 5D 8A 12 in vivo
RRNOEZOT =2 ENET LA THD, £o. BEROET LVEW
EHOWDZ EEHERL T D EMIE LT, fhZEME R LIE o R R BRI
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BT 2N DA RT A TRFET D, FHZMEIEM SR LIE O FE R KR
TlX. Superoxide dismutase 1(SOD1)~ 7 ZAFEFTINIAL FHWOSITUWAH N,
SOD1 &7 /b~ U A 720 TII i ZEME MR LIE D2 T O R KB - IZEK T 5
JEIRZ MRS 2 2 LIxTE Ry, ZDD L ERICIVIERZFHRT 5729
B D ERIEREAIEET L~ 2R 2 W TR Z M5 Z ENEE L
W2 ENFEHSNTVD, TOXITEBOET NVEYSCEBOREL 2D E
F VW 2 G-I IR EE A L BELT A 72 Tid e < BRI THEAEM]
DTN S Z b EZHND ™,

BT, AR OBEECTIT RN, AR, BRI E0 D15 5D R A
W C. PDC(Patient derived cell) <2 PDX(Patient derived xenograft) &7 /L
DRINLZEAT ) RAD 72 INTW D, BEIZW < 2220 PDC X° PDX BERI SN TE
D ABINGERHWEHENIIFFSN TS, ZOXICYNV I TA—T 7
YRIZy THRBIITETNVEMOFEREEETH DL LWV R D,

UNVKTA—T 7 KT T TIXRBORDMEN D — A7 =3B &1
Hpy =7 VEMW AR LR B O ER S KNEERSGE 1 E 2 b, in vitro
IR D T OFHILAREE 7 LB OFIH ., & BITIIAEE 7 V8 2 EHGE
HEDETIREORBLR EfAx O TRIZE > THREZRRY 7 — 2 ZINE L, 3K
HEFMT 22 ENRMETHL EE2OND, A, B 1 BTER LA X
VARIIT IR OF B RITE Do, SR LR O D
FTHLIEHABRO TRICOVWTHEHRFEEL WS 2RIV T A —T 7
N7 v 7 OBBMEICEN D EEZBND,
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aFE K OE iR
OERFREI DR b TZFH M AIZONT
COUNNT AT R T T ORET — RN =V R L
AL AT REAR L LT, DEOPEHRE THE AT HE
P, ZRMEFHET 27D ET REFHEL E L O (TR
(1) =BT v ADHEE
* RCT
« RO
- fikoe f G-kl o> FE it
QFHT—& Y —2
- [EBRILEEER, vEoh R Rl
- FEIRBFSE, A 1] FERERR A
(3)Pivotal #ER D EHHE
- AFAE H
- XTHREE DR E
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