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/O 8 ml—o)aﬁxLEﬁJL’ﬁmb %IE ﬁBTEﬁnlb @TT&UEéﬁﬁﬁ Fﬁﬁa)j: /:'_E':O
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EELZT/N)LREET mgDELERFTAREE —MEEARDOABERUVESE
BB EIZ DT
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BIEDIEEDNDERIZDNT
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&, AERFGEAREDOAS, BEAIBOEERUVEENIBEDETCNESR
[ZDWTHRNZEZEZFT72IL/NgE10 mg., 820 ng’zU\H%MO mgd)izLEJi
FAREE-SEEAROAIERUVEEAHBNIEEIZDONT

(B ¥No.6)

EELHTULAMEI00 mg R URIFE200 mgDELENR o AR EIE —HP A B K
ROAI B RVBEEABDIREIC DT
(E#No.7)

ERGBEVTYIHT L6 mgDAEY SRR G XITREEY R RBE RO
ENEL, SLERFTEIBOAIE. BEEHBEDHRERUVEEXIIBIZEDIEE
DEHIZDINT

(B ¥INo.8)

ERGATFYETA200 mg@i%ﬂﬂ%%uﬂumiﬁii%ﬁﬂ%%%@?ﬁ
ENEL, SLERFTEIBOAIE. BEEHBEDHRERUVEEXIIBIZEDIEE
DEHIZDINT

(B ¥INo.9)
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ERMTITA/HTEIL100 mgDAEY BEREXILFEEYRERDOERE
DER, BERTARBDOAIL, BEEYPROEE RUEREIBIEDOEED

BARZDNT
(E#No.10)
ZB11 EESRIFILYTE IO INOEERGAREE —HEEAZOAERUVE
BEEHRIOIEEICDNT
(BHNo11)
#ZfE12  NipocalimabZH VP EBWAEREBELTIRET D EDRBIZDNT
(BEN.12)
ZFBEI3 TNV FNULERVERBRAEERERELTEET HEDRIBIZDNT
(BEHENo.13)
3. REFE
E= EERAERROBEEERIZONT
(TARUT78e20 mg R UREEE40 mg) (B¥INo.14—1)
(ZEV77481%., Bgel mg. FEE3 mg. [Ee6 mg. FEE
12 mg, RWAKO0.1%. FEODEE3 mg, FODEE6 mg KU
BOD%E12 mg) (B#IN0.14—2)
B2 IANAEAEOBEEMFEAIZOVNTOIRSHO—EFRIEIZDLNT
(B#¥INo.15)
4. =Dt
Za 1 ERLONEEDEVRERE BN ERAESZI PV TRAMEFEETS
CEMNE Y WS B IS EDOFFIFHMIZ DL T
(E#No.16)
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G LT BB - B iRy
BRE SR !
HHAMEY L B (Vo Je—
JE— WO S E) S S
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o RIKIE cAMP ORI 5 PDE4 1T T 2B 2 H T 5, AFIZ XLV AN cAMP
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ENA OREEZIHIT S

UER] (A4 (i)

7 e—MER B g aEAl (R IR 208, RO - 94 ET5) |
e U hEYIZHE 0.1%., [FEE 0.03%/NNEH (#2717 U AZKFY)

o AL I TFLE 0.5%. FECE 025% (FLavF=7)

LRI BB V8 S A ((ERIIT I S0 7 g BRONLE ST & 72 %) |




e oA FKEO0.1% (B RraLFy o §igr 27 v) %

(Vs o B sE R L]
. ARSI T D E ST 720,

4 / 29




i Zd

s
Ju

7y I ([FA)

Dbt 27 FE4mg >V Y 04 mL,
@) [l K FE#E80mg vV v 0.8mL,
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W, AT XU AT (B HE#Z) & LTHIENT 160 mg %

WE - 2 JF%IZ 80 mg & K FES T 5, #IEIF 5 4 B R#% LAREIL, 40 mg
Z 2B L, ZTFENT S, ks, YERE 4 BREURET, B OIRE

I T 40mg 208 1 A 1F 80me Z 2 I 18], RPN 52 L TE
Do

JNE
(KHE 40 kg DL EOBFANE, BH, TH I A~T GEETHBZ) L LA
(2 160 mg z . #EE G 1 E% & O 2 HE#IC 80 mg 2% FiEFT 5, #)
[Bl$¢ 5 4 B LAREIE, 40 mg 230 1 [F10F 80 mg % 2 3AIZ 1 [l 2 FiEH
T2,
IR 25 kg DL I 40 kg RIiOBEIE, @, 77XV Lh~7 (s FHH#R)
& LCHIENC 80me 2, FIlEle - 1 B [#1% K OY 2 £ 1C 40 mg % B¢ S
T 5. FEES 4 BEELEEIE, 20 mg 08 1[5 X3 40 mg % 2 I 1 [A],
ETERT 5,
IR 15 ke DL I 25 kg RIGOBEIE, @, 77XV A~7 (BisFHH#R)
& LCHIENC 40 mg 2, FlEle - 1 @ 1% KON 2 B I 20 mg % B2 F S
35, fInES 4 BRBLIET, 20mg & 2 BIC 18], B FERT S,
GBI &P, BUEAEHIER, FRuEEm)

(KHE 40 kg DL EOBFANE, BH, TH V) A~T (GEETHEBZ) L LA
(2 160 mg z . #EE G 1 E% & O 2 HE#IZ 80 mg 2% FiEHT 5, #)
[B1$¢ 5 4 B LAREIE, 40 mg 20 1 [F10F 80 mg % 2 3AIZ 1 [l 2 FiEH
2.
IR 25 kg DL I 40 kg RIGOBEIE, @, 77XV Lh~7 (BisFHH#R)
& LCHIENC 80 mg 2, FlElie - 1 B [#1% K OY 2 M H£1C 40 mg % B2 F S
T 5, HES 4 BEELEEIE, 20 mg A8 1[5 X3 40 mg % 2 I 1 5],
ETERT 5,
IRHE 15 ke DL I 25 kg RIGOBEIE, @, 77XV LA~7 (s FHH#R)
& LCHIENC 40 mg 2 FEe - 1 B8 [E1% K OY 2 I 20 mg % B2 F S
35, fnEG 4 BRBLIEIT, 20mg & 2 BIC 18], B FERT S,
GBI B H R, FRRERE )
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o HIBMERIEL (UC) 1. £& LTHIRAZR L, LIZLIZOD ASIEE 2 TR 2 KGO JHIK
RO EAMIERFRMERIETH D | AW THREER (CFAL 26 410 A 21 HEHT &
AETHEE SR 393 5 ERE S 97) ICHESNLTWA, BRRIER E LT, mfE, THi%EE
ST HIEEH & | ZI 5 OFER K ORI HE R SUTRER L T D 5 2 RN 720 #0
SUAr RN

o UC O¥EWIEHIT, F& U THEERE & BEFMHIOG U TEANRIRS TR Y . Eaelioxt
LTl #27 v ) AZKFY, Pt INF-a fifk, b7 7> F=T7 7 2 U, NN X~7 (&
G Z) SERHVWEND, 2095, FLINF-a Pk THLIA > 7 U X ~7 GEIET#
#z) PWNRBEIGEAR LTV D,

[ BA & D]

e b FTNF-alZkfd 2t FIgGl &/ 7 a—FAHRTH D, AFRITEBWT, ARIKIX 2008 4F 4
AICBEE Y U~ FIAR DNEE - DR CHRGER SV CLARE, S MERiie, BIEEMEREME, sRE
THER, 7 v — 9, EEMERRRIEREIR . BETI—F = v M, UC, S &K, IE
PERZHE, ARNRVEVTMRIE B OBYEMENRBOE I FR D 2hfE - IR CAGR I T D, UC IZxfL T
L2013 6 HITAR SN TEY, MFFHEIZ40mg OREEERG & INTHWD,

o A, BRAUC B XI5 & LT BR (M14-033 3U%) . /NI UC B A2 x4 & LT RfR
AR (M11-290 3R) ORFRRFICHESE, BAOHERFHE L LT 80 mg FREE 508, K&
WINRORE - FHEOBINCFR 2 BER e AR FIH — A ARG RGBT,

(TEABER - Rri]
o ARSI, RIERUS K O SOGIZ 38\ Tl %’ %E"E%?“Zo TNF-o &i##& L, TNF-a & fifa 2 m
® TNF-a ZBE & DFEEZHET 52 LITX Y RIESUS KOG RS Z2 3l 3 5,

[rEsk] (A4 (—ie4a)]
(kD RhEE - B RAEAT D)
o LIS — RRMFEA 100 (f 7V F <7 (BIE X))
o VUR=—FFESOmg vV UM (2 A~T (GEin L))
o AT T—TRTHE4Amg v UM (VATXXvT (B THIRZ))

[¥st o Bt

o A UCIZXIT 5 40mg 1 [ 500 YL » &L 63 OE ST HIE T, 80 mg fEiE# 5 H
15« H T 53 OFE Tk THEGR S T\ 5, /N UC 1292 YL - &L, EU Tl 2020
11 H . KETIE 2021 4 2 A ISR S0, 2021 4 6 HHIE 15 OFE TR CHR ST
W5,
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B a e BHL — PR
Yot 77— .

A LT INE T H T 140 mg —HRAR
~ ()
s [ TV F =7
D B oM RmE ORY o oSERME Y oSl A E )
2) FFEUTIHEEAME D~ FVHIIR Y o E
oae - 2 R | 3) AR OB A X E W (AT a A RAIOEE TR
GARES XED)
(F#EEsEAN)
D BHY oM ERmE OhY voSERME Y ol A S )
WE, RAIIEA 7T =7 L LT420mg % 1 B 1 ERAOKST S, 72
B, HEDOWRRE HHEET D,
2) R NXITEE D~ l\/l/f[ﬂ}]’j) LS
WE, RAIZIEA 7 F =7 L L T560mg 2 1 B 1 RERRAOKST S, 72
R - A& B, BEOREICLY BEEET S,
3) i ARAR AR OBMER AT X E 9 (AT v A RAIOE G THHEAR
GARES XED)
W AR 2 @ EO/NRIZIEA T F =T L LT 420mg & 1 H
OGS 5, ed, %%‘@Jdm%c:ot UBENER -
(F#EEsEAN)
B X | EEAEIES @) FohisEIES (6) B EEIE,
oA M | 104
A ERE |« ARPFE HF3E1AHI3A)
A G & | RMP, MRE#GME, RUERGERT -2 =& (LY UMH)
O | FAOBIRAERS (B2 4 12 A 25 BAERASRERE 1225 55 16 &)
M =
G
o EMEMIIBAEIZI T 2B %5 % (GVHD) 1%, BB D E 8 22— Th 5, GVHD

VI B RO T ALCERR R I L 0 &% GVHD & 181 GVHD (cGVHD)
c¢GVHD ZHJE L7 BFIZBIT D THE (FURBOHIIZ
T 21%., SRR T31%E HE SN TEY (Blood 2011; 117: 6714-20) |
FEWZJS U THE Y A7 ES- L, BEJiE cGVHD B2
BARBRTHD Z ERHESIN TS (Blood 20115 118: 4242-9)
BIE, AFIZHT D cGVHD 1237 5
DBFE TIEH—RIBFE THORIBRANREB( G T
5 C ¢cGHVD (2315
W —MFEENEAN B - R ) .

F7.

—RIGFEE L TAT A RBHAWLILTWD A,
TIRIBEBMNEL 2D, LMD,
TWRIBPRIIAESL L TRy GEIMAMIBAE T A KZ 1 > GVHD % 4
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DT ZERL) ITFRIER | FFRER

¢GVHD O EJE

B HEFWIMOFRAEIT 30 VA LT

g
7
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o RINT, AR TITEMEY o MMEAMIR ONY oRERME Y VOoNEA ST e) M OVESE SUTEEEMED
~ MUY o SEICAR D RhRE < IR THERRENTWD, 4fix, HEEH L. ¢cGVHD ¥ %
x5 & LT Ra R 2 520 U . AEDO G MR OLEMEP R TE L LT, EEL SR
TR — A AR 21T o 72,

(1ERRE - K]

o AEFTNEFFuoFF—F (BTK) ZHETLES LAY TH S, cGVHD DFEIE
IZB5- LT D Z EDVRIE STV 2 B HIBOTEMEAGIZES 592 BTK #fHET 5 2 &b,
c¢GVHD (23 2 ARMENIIFF T 5,

(3] (A4 (—4))
I@@%ﬁﬁﬂﬁiﬁmﬂﬁé@%-@%%ﬁ?é%%
AN (3237 ) — B ET =FIL)

[#E4k D B FE R ]

o RIKIT 2021 4E 1 ABUE, < MUY CoNEICR D EIG AT U & LTTORE, BN E ST
#9100 77 [E THARE SN TN 5,

*  c¢GHVD IZxt LTk, KEZET 29 WETHERB I TV D,
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ooz = e BHL — PR
S =YL 7 7 — S8y ARG ] T

N i —HhAE
- ) 7 & 1 mg %2

ie & | el AR

)]

QU > SR i R
O FRLDEEHRME Y » VERER

RE - % R U o oNgE () o NERIE) . U o NEIE, TN DE, U o NERRIE
CTHAREREM)

(U > R )
WEL. AR ARE LT 2mg & | B 1 EROHREGT 5, ok, &
FORREIC & VMRS 525, 1 A 1[E4mg ZBRARNDD L,
(HRATE Y o B R )

HiE - B & Wi, u U AR LT, AREHED LOm2 UL EOBEEIZ 2me, 1.0m2 K

WOBEIE I mg ZPlAs e L L, 1 H 1 BREARGS D, UgE, b
7 7 RERPHBEOREBIZE VG5 EAHRET 525, 1 H 1[H]4mg 2B 272

WZ k.
QNS ISEY)
Ho5E X 4 | ERAERS 4) FrmeEERS (6) B EESM
o3 A MM | 104F

A SR B | KR (BM3FELA2H)

K R & F | RMP., HIRE#FAE. 2FEEE

a O Al | wHOBIRHERE (BEE S R2HK) F491 5)
W ooEE

[ xGep ]

WRETESS « IREFRD D b, U NEORMSERE 2 23 2RE (LUF, T UovE8RE)) 13,
FA/NRINCHAE U, a8, BIROKR R, KiERE, BA LoMESZ 24, K
HTIZ, Vo NERED Y B, Y o NEFBIE, T — LR OERY o NE TR (B
) ITHEE#ER L ShTn5,

U 2RI, SMRRIBIR SN EE T H D56 b H 0 . BB, BESBRIEEMTbh T
D05, AR ZRIBIR IS L TR 577, BUE, ATV TY U ERBICRLEISE AT D
PR AR STV 720y,

[ BAFE D% ]

) LA (KER) 1T WHAIET S~ A VAR S 37 (mTOR) FHEFTH D . AHIC
BOWTROA (780 AAFE Img) MU 2 WREFNEE, SAHA (F/30 AR2F L 02%) 23
FEEMHEREALIE I PE D FRBR A IC4R DG CENENAR I N TV D,

R B2 RS2 5 SRR R X, 2017 4F 10 H 2> 5 ENCAFZERRR 15 B AR R A 7 B S8 A% o B R
BFFE - TRERHEERF JE I K DRI EEIRBR L LT, UL N E, U 2 T K VT — A
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Wizt & LI ARIROBERIRBE G LT, A, 1L, BEHANEY » BRI R 5 A
EOATDMER CLRMESHGR S & LC, SRR IE 2 TR T & 1T o 72,

(ERT - Fei]

o U UNEREBOBRRITIREIZ /> TN DO, PIBK/AKT/mTOR #2588 BFIEMIZ LV |
MY o E O Z HIE LT B i N RGBSR 7 OSB3 L, U o YE N
AEORFEHHZE Z T2 EBNREKDO—2>ThbH EEZ LN TV,

o AL mTOR LEHKTH Y | PBK/AKT/mTOR &AM 45 Z Lick v, U VEREICH
kR RT EEBEZOND,

CER] (A4 ()]
o KRV T Y UNVERBICAR DTS 2 A9 5 R ITAGE S LTy,

[VEsk D BEZE B ]
o 2021 43 HEUE, AT WT 109 OESUIHIL CTHEGRENTWEA, U U R E
VA% D W THEE STV A [E ST I3 72,
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X AT WA L EI SR ] -
B a e BHL — PR
Bt 70 () X7 AET WA L EEH 100 mg BTG
— W & | T ravid—% TAT7y (Einfrz)
2hoEe - R | AR
\E ., RUoVREREE GFEAEZRLS) BT, 7oV vavd—¥ T
S N7 7 (Biaff#z) & LT, 1 EHRE 1kg &7V 20 mg Z Bl s EIRA
U BT, B, WREOBAICE. TALILI VS~ TATr (Gl
THRAHLZ) L LT, 1 EHAE 1 kg H729 40 mg % [ S iF RN 57 5,
B 5 X 20 | 1- (1) #rasknaf EsRg,
kA S M | 105
AL R E | - KRHEE (BFf3FETLH19H)
A RS | RMP. IRESEE
e Ol | FOBIRAERS (G244 11 A 25 BT ERAERKER 112589 &)
i
[ g ]
- R YR

W ERSEEEHEETHY . VY Y —AHFOT ) a—F U N RiESZE Th A o -7 L3
VA=Y (GAA) DEGHIKIESUTIEHE TICRRER L, 7Y a—4~rN0f, BiF. B
UYY—LNIZERT . ARHIRE (E%E0HUW) (IZRIET D FLIRAR - ~JF (IOPD)
& FLRHIDIRS I SIS B IR AR 4% (LOPD) IZ S5,

IOPD TiXLMER, IR, Hi/META R L. SREOEEITAERL | FLUNIEIZEDL Z N
WA TV D (Orphanet J Rare Dis 2016; 11: 65), LOPD CTIIIER I A7l a - £ 0 |
AN 2 IHER X PO MR T TH Y . F7-, MERARREREE | EE RS LR b b,
DT, BWEROEITIZHES oM KIL, 82K T S8, BEERICET 5B LGS
i, EIEOE O T EZ 7257 (Muscle Nerve 2008; 38: 1236-45, Neurology 2005; 63: 1688-
92, Brain 2005; 128: 671-7), R ~NFDOFERITITMEAE LS D08, IS VIERITIFRARET
BH5,

AR I B 7R IR OHEERAESEIZOWTC, FIAERAZ Y —=2 7 O5eHEF Tid, 10PD
1359 103000 HHAD 5 6 1 AAKT M, LOPD 13/ 34000 HiZED 5 H 1 AR & HE I Tlh U
Hum Genet 2019; 64: 741-55) . 2013 4E2> 5 2015 A0 S 7= R EEFHRA T, AT
DN SIROBEIT 134 NEHEFFS LTS (HER 2019; 77: 1245-8).,
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12 /7 29




FIZ XD AR AR T DARFNOFME VLN HER SN2 LT, fEIRTEAERGE %
1To7-,

(VERRET - ]
GAA X, VY Y —LbWNTTZ ) a—r it 28FETH L, ARRIL, GAA OB T2
BIKITH D ALGLU DFR{L S 7 VEEFE T bis-M6P ZFEA SHE-b D TH Y . MIAN~DEGA
HHEBRIZ L W ALGLU L0 @mWah Rz md 2 E RSN 5,

(FaE] (R4 (—40))
A APA DETEEEA SO0mg (T AT vasZ—¥ TAT 7 (EinfHz))
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R [ - W

B a e BHL — PR
S T3 O 7P EE 10 mg, [FIFE 20 mg. [FIFE 40 mg O —%
(¥%) @ TN ERL 1% @

=23 ie | TN

G fe - B R | EmlEE

<A >

WH, RAIET P2t LT 20mg 2 1 B 1 EROFEST S, 72
B, A, ERICE D ETET 52, 1 Hig K& S5 &I 40mg L5,
<UhRE>

Ak - A& W 6 L Eo/NBICIE, T L L LUTAE 50 kg RiEOBEIT
25mg, FESOkg L EOBEEIE Smg D 1 H 1 BIRERAFENGHET 5, 72
¥, MFhn, RE, SERIC KV B EIET 523, 1 B R G- EISAE 50 ke &
D% E 1L 20 mg, AH 50kg L EDOYE1F40mg & T 5,

(© = THEBE)

R @® 1- (6) HrEEHES

@ 1- (6) HHEEIRL, 1- (8) FITLIBINIFRD A (FFAWIHE T Db 0)

OAE A WA 45
"

&Rk aE | - AGRHES (BF249 H30H)

A G & | RMP, mHiREZMRA

R

GSE3/Y

SN OBIERE S LTk, AEEIEICT 2 FEEMIRED R 2 om S TRilENH < B a ., il
VO mME & 22> 7256 EMRREZ LI L 30 RS, @IS D 2SR IERCE i
JEREMERRIE, BORHE S OlfsiE®s OGS 0F. CKD OFFE, FERIFEDIFEDTED b HEEIT, Ca
P, ARB, 7 U UA T Y CEBEERILE R I b OO G KD EYIRIEETT O,

[ BA % D]

-« 7 UL NEE 20 mg BE KX ONAISE 40 mg FEIZOWT, 2012 4 1 AICEIMEREDZhRE « ZhAR TR A D
ik - FAENAGE S, 2014453 HIZT7 V88 10mg AR SN TV 5D, AL TIE 2015 4E &
D 6 kL EO/NRORMEREI R S BIFEHEE Shv, A%, E NS T RBR AR S & 222 4L
& LT, BT ITBAgs SN HERIA & & HITHKGERFE 22 SHLT,

[ERBS - HFiK]
Bt (T UAT v T BISRIKIN S OiFBENEVY) O ARB THY ., T VAT v
M1 BIZRIE~DT L oFT v v M OFER 2 @RI E L, BEERZ 7R~

[Za3E] (A4 (—4))
O E VTN, FNVAPFIE L A RFIINN, AT HAE L vLFEF, ALY
VB TIVIYIE s UL E

6 UL EO/NRO I - HEAVER STl 5 ARB
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[¥st o Bt

SRS TCIET O Z s (BLUF, TARSED) IR STV RWR, KREDOT 1 RT v 7k (T
NP NH L A RXRY IL—H Y UL LIT, [TAK-491]) 23BA% S 41, 2021 4 6 A BITE, BX
K& Gt 40 LU EOEIIHIR CAR SN TV D,
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ERGE e [FE - W

H iH # i U 4 BHL — PR
NV 4 A -

T LA MEE 100 mg, [FHE 200 mg — A
77—~ ()

23 ie £ | 7 ENU AL E T N T A KT

T PE LA
L, B AREDERERNRIRR 2T TV D EBEICRD,
e L FEE
CTHAREREM)

<SR A >

W RAZEY 7 E R L2 LT A 50mg BRI E L L
T1H2ERAKGT S, AFERED N5, 2~4 BRI OMIRECTB
PEAYIZ 1 (8] 200 mg £ THEET 5, 1 [ 5-&IX 50mg, 100 mg (X 200 mg &
L. WFNOREGEIZBWNTH 1 H2ERAREGT S, ok, AR CT
R - & | #ERET S,

< 5 M ESE >

WE. RACETZ E RV A L2 L LT 1 RI200 mg % 1 A 1A
B 5, e, A, RIS KV @ EET 5 A, ek G- &S 1 5] 400 mg
Z1HA1EETS,

CHARERE)

B8 X 2 | 1- (4) #ihee, 1- (6) HiH&E

A MR | &S (B2 6 H28BHFET)

A %R A - KERHIEE (B2 11 A 12 /)

v G S i RMP, TRIE & R

B

GIE3735:9

- BARD @ MEREDFWELIIH 4300 T AN EHEEEND (EMEERT A RT 42 2019),

- B ARG A R T S 720, BT RE OIS X, Koy 0 B TERWBENM TN D, Cath
PR, 7T UoUFT v MR RS (BLT, TARB)), 7o VA7 v v BRI ER L O
FIRFEN BRI L Shu, SO IZBHERSE 2N % 7= 5 FEN FERRER @M b, Of
AEEGLEBREESND,

[BAZE D& ]

- =2 LA M50 mg, [FIEE 100 mg K OAIEE 200 mg (22U T, 2020 4F 6 T BMELARAITIRD

WHHE - DR THAR I NI,

S ARFRTIL 2010 4 L 0 | ML ESEICFR D BRFE D3 B AA Shu, A, = > L A BEE 100 mg K ONEIBE 200mg
(LR, TAA) 25T, ERNBIAHREREGRS 2 EERARI & U TRRBHGEN L ST,

(1EAFT - Fri]

7R A L2 T B D AKE (LA, TASR]) 13, R RGZRESHCT 7 E
Uy zr (IR, VALY IZffEEL, Y27 e U ick 2270 74> (BLF,
INEP)) P (MAESRHRMEM, 7 b U o AJGIER R ORIRIER) & VALICE D7 v v AdT




U RS RIRA~DT o F T 2 T OFESLEZRIFFICIT V. BEERZ 77,

[E3E] (A4 (—ixs))
QYN H I T ANVAFE L AR I TR R ET I ALY
VR TIVIPE L N LA

72355, NEP FHESRI TR THGE STV,

(vt D BAFS K]

- 2021 4F 6 HFRFRUZIR W T, B LA RIZEE T 54068 - R TRCKZ & de 110 DL RO E S 3H:
WCHARIN TN D,

- WLESEIZAR D EIRE « ZHRIZHOWVWTIE, ry T R OFETOLER I TN D,
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(A4 RS e - wmiE

I s Bl —EBAE
TrAY— ) | B~y 7 BTN 61 mg EElps)

o ke | BT IV

HBE - BB | RTURAYFALFURLT I oA =R (BpAR K OV B

A - AE @ BAQEY77IVALLTCLIEHG6Img % 1 H 1EROEET S,

B8 K 2 | 1= (1) BAZS E AR

HEAEMWE | ey b7 20mg D ATTR-CM (253 % 5%4% (2029 43 H 25 HE T)

A SR E | KR (G211 A250)

RMP, 2HlFHE*

A& W& | KBEERTOY T 7 IVAATAVIVRAO KT AL LFURLT I B F=U A
(LLF, TATTR-CM] ) BFICKT 2R EFEAREREICB T~y 7 7 &L 61 mg
LT, TARAF ) BERFOERIZOWVTHIUET D,

B! =

(x5 ]

* ATTR-CM L, FT7 > RAH A LF o (LLF, ITTRY) HROREMERMER 2 37 (T ImA
R) MEICODRICILE U THBEREZAELSD27 30, K=Y A0 —f, TTR OB FERD
HEIZ b b3 W) 72 i FBRLOE B OFESRIE NI 7 v » 7 | BT 1 v 7 KOV EA
A EORRERFEZRTIENMLN, TRIFRUEUTRETHY ., < OBFITLIEIRIE,
D S MPEOARR, DIEIESEIZLVEELIZED,

o JREHEIZOWT, KREOT I v A R—= ABRAA RT A U THREI N TOHIEHIT, FIRE
D EH K O FHEN T 2 Bt ERIESE OXHERE (T bty 22 1), 72, AR
TERIFRAT — M AV FOBEEHICAEE LI-ONYHA DHERESTE 1T KO E, WONC@
M D ATTR-CM HBE 2k LT, B F vl 70 20 mg OFGAHEES LTS (DOHESE

77 A 1la, QR 7 2 10b),

oo DAL D ABEUIRR OB G 2 ERIRREELE LT LAREREFTDH &
LT a— I EAERMOLERREN 2 mm AR5 &
HREAERICE DT I A NIEENRBOLNRD L
- SRR I LV TTR BIBRY VXV ERFEE SN D Z & (BRMOEGET,  DLHEE R R OV E
LTS5 TIR BIETAEREETLHZ L))

[ BA % D]

o FKANZ, 277 IR (LA, TAE]) A% & TN T vIVAITH D, ATTR-CM DO%)
HE - IR E LT, BEAROE S Z 7 vl 7R 20mg (BAH) 21 mm, K 8§ mm) %, i@
WHE Q1B 1R 80mg) ZWNRTHDIC4 DT ELVORANLETHDLZ 0, BEDOHA
B OB A S, WHHEEZFE U A XD 1 77w THREATRERA IR M Ol & L
TAFIDBAFE S 4L, EF G ITEAGR GG R S LT,

(TEABER - Fri]

o AEENTHA XU (Ty) KOVTF ) —N-LF ) —LAfEGE 7 BEASROEREZHE S
TTR O 4 ERICHEE L THER~OMEEZ JIH] (Z2EL) 3252 & T, TIR OEMEL UGS
PERAEIR 2 237 (7 2w A N ORZ T2,
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[F— BT R OhEE - Do %H]
s EUHETNATENAL2mME (XT7IVAATIIL), 2B, ATTR-CM IZMZ, hT v A
A VFURIFHMN,ET I A AR = a—a XF—|2R506E - 2R AT 5 GKFEHIE -
FEIT 1A 18 20mg),

[HEs DBRZE IR )
e ATTR-CM DZhEE « ZhR T, KET20194 5 H., FRINT2020 42 HIZFNFHARINTE
0. 2021 4E 5 AREA TS50 UL EOE I TERB I T3,
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7R ERER 200 mg

Trorxtxry s TAT77 Einf-HEL%)

FXa [HEH (TR U R—a PRI REH30) FEF DR
FTRBIT D a3 H i S i R 7 i o S BRI O HLEE E 4R ] oo
Fn

TR R R

CHE - =]

WE . RAICIE, EEEEAAE Xa K FER O, REEGREO 1 [E1#
H&, RGN0 OGRS C T, 7o TS 3y b TAT 7 (Bis
TR Z) LT, LT AEXIEBEOAER OHE THIRNE 53 5,

A £ 1 400 mg % 30 mg/Zy OIEEE THEARNE G- L, fitl T 480 mg % 4 mg/4y
DOEET 2 R IRN 5T 2,

B £ : 800 mg % 30 mg/5y D TERARPNER G- L, #iV )T 960 mg % 8 mg/sy
DOIEET 2 R IRN 57 2,

[FVE - EICEdE3 A EE]
AREL, EHEERAE Xa RFPLER O, &GO | BlEk5E, &
WG D OGRS U T, UToEtB0&E5ET52 L,

EZ{E AR XA F

ey | EEEFRE R T | AR O
FLEERERLN | 0 Rttt 550 L E 51
58 SHFRE AT SHE 2L |-
B AEE N I
2. bmg, bmg AjE
e Y :
10mg., ~BH BiE Ak
J—m 3,3 | 10mg. 15mg, ~BA Bi& o
T RFH v 15mg. 30mg, 60mg, “~HA Bi&

e G o

1- (1) BARK & AR

BoE AW

10 4F

A E R

- FKFRHEE (F34E2 H 15 H)

O S 2

RMP, miiREZFAE, 2FIFRE

s

TR FESS (BRI 11 A 19 BN ERARER 11195 1 5)

WM =

GSE-S/SY

o BUEEERVEMATHRICHMA —E ORI G TRIT D Z L IFBIRTIIAR#ETH Y | FXa HE
FROIBWERI G & 70 5 BB CTlE, B RIS < et EF2Iain 2 . PrEeEFRICRE 3 5 K
MAFET Y A7 OEEINIEEN 5 Z ENRESINTWD,
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o EEEPHERGRE OPTEEEEIC X D MR O MRS FHEIC R L Tid, BAEREIZIE U7k 1 ke
RO HIE & | FIIRIC K DA Ot & & b, FRUSHEE D PLgtE K O Rz FIET 54
B8 % Yty ORUR - 2 JE PR R EE RS 5 VI K- 845 g N 7' e b e e s
WA OFRGNERE SN D, & BT, B HFUEE SRR 550 00 H i Ky o B Peig-ors P 5
(Z LD HARENBE SN D M, A MMEDHESL L7 AT 20,

[ BAFE D]
o KANE, TUTRY Ry N TATy (BT R) 2ARIES LTS RHRIRESR T H
60

e [EHATIZ., 7UVAIV s A Y—RXRT A THRASHICT L 0 KA (ANNEXA-4 #BR) 2
BRIG S FL. A%, HEEEIZ LD . ANNEXA4 RO AAANDT —4 & & Te LR R & Ve
IMGRRBR AR I SIS & | RN RERGEAGRRFE N 2 ST,

(ERT - Fri]

o AEKIT, EEENE FXa HERICE WS EELZ AT 5 6 b FXa ORI Fi 2 ZE 7 =
A LRI ETHY, MO FXa ERISHET 5 2 & THIAME FXa & FXaflEHE L DR &
ZBH5E L. FXa BEROBEEEER 2 R4 5,

[FE3K] (R4 ()
ML

[#E4k D B FE R ]

o Api XUTRivIZ X DB A A 7 i SOk i R #E 72 H i O R BLRF I 35 1) 2 Bkt [E /R
R OHFINTER D506 - 20 R T, KETIX 2018 4F 5 A GRIEAGRHIEEIZ L %) 12, BRI TIX 2019
4 HIZENEAREZRAG L, 2021 4F 6 HBL{E, 30 HELL ETHERBEN TN S,
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B a e BHL — PR
BHREKT ¥R | =7 A 7L 100 mg BHLAGR
— B’ A | TurRTor
o 4 o BB A TR M OV B R RS IR U k9~ 2 IR B 7S L& o 1 -1 0D 1 PN IBEHE B
%) He 5
: : $5E O JENE AT
IR A E OFFRIZEBWT, FRRoWT iz ERd 5,
PR LR R OB GEIEE NS T A AT e LT 100 mg 2 1 B 1
g mIgtERTCRE O 55,
HiE - HE
JilaA e HlOREREEZ 1 BE L LT, JMaAs e Ao S 15
HEMNS28BHE T r /27028 LC200mg % 1 A 1 [BIFLERTISRE
N#5425, Zhae 1 EAYHE L, UgZ oM EZ# KT,
H 5 K o | BREAEEN - Q) Fifk G EE L,
HEEHM | 6F
#® A s xRE - RHEE (Bf24E12 H 25 H)
A R & | RMP, iREZTA
Ol |- RARIE - WIS RS E
W =
GIES/I5Y|

SRR e OV B R SRS AR IS A 5 BB ARRER. (Hot flush M OMETT) o ZE IR T %t
L CIPfaA /L o MR T D AE o MifeiE (LN, THRT) ) 220 58&F 056, 5
wHT DB,

AHNZBWTCHRT #EfT 2EBFED I bFEAATHBERIN 17 HTALHES LD,

[ BH 3 D4

HRT 236 2 A /L& o H O 5 WIS FEIE I & 2 F NI O FIE 2 . JRRLE
ﬁ%%?ék@$¢%%iz T'Ex2HT HEFICHRT 217 5 BR2IE, IR LE K
RVECEJFRT D 2 ERENA TR & 7o TV D,

AINZIN T, AR E K OFR B R PEAERIZAE 5 Hot flush ZEDFRERITLR 2 2hAE - 2hF Tk
RENTOWDLHEERTLE T, IRELE S EORAFDOLTHY | B2 DHIE, 1 OBARR
DOFf 2 DYIAAR T U F & O TE BB 720,

HAERG AR RS RO ARFAEESES L0 A [ IEHHBERLMEC BT 5 R 0E
VTR (HRT) Offidh) 1222 BB ELENEH S, [EERE EOMEMED @O RARIK -
HISAAFRETRE ] TRV T TR EOMLEERE V] LHET SN, 20k, BEAEZBE D
DR EDOFEIIG CIoHEEEIC LY. BEBHE ST,

(AR - ]

TuaFATru 0k, FENEERMRICRET S e S AT U mK (BLF, TPR) ) |
HLTCZA M F U/ K (LR, TER) ) OB TRILZMET5 2 & LOMEMEIZE
B4 5 PR ICHE A L CHAMESERIIREGEIR - DPEAE 295 Z 12Xk v . ER 2354 2 e
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[EgE] A4 (—ida))
LR WU IR« B A L
A A RaryenNyF (ZRANTVF—) - §ff ) V= F AT 1)

[HEs DB ZER L]
AFNL. HRT (ZF1T % 7= WSROI BI 9~ 2 2hhE - VR T, E. ME, LEEZET
100 T ELU ETHERB STV D,
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X T Ly EE 0.1% — R

XV T L

T A A ERPREE

R

it

Er RN P 5
WE. A, S YT AL LTO0.15meke ZHBEOREZEEEHE

72N HRRRICERIRN G35, &%\MELELTIE_O%QVWJmMm

O TIBNMNFE S 525, WllE# G- LB G- O & LT 0.6 mgke Z# X

Eﬁ;é_

. EETE 45 YL E TEREE A+ HAEZEL) o/NRIZE, 4V T A
& LTO0.15 mgkg RN G320, EHET I mgnzxBLETHI L,
7ok, MEIZS U T ENZOX 0.1~0.3 mgkg O#FH CEME G- 508, FlH]
Beh- LBNEEORRE L LT 0.6 mgkg ZHZR2NT &,
Friserlikm iz 5-
WE . RS, 24T A8 LT 0.1 mg/ke/Hf &V Bt RN G- 2 BRAE L .

MBS U T 0.05~0.1 mg/kg/BF 3™ D ET 5, kK5 81T 0.4 mg/kg/lRFE T

kﬁ‘é’k

. EETE 45 UL E TEREE A+ HAEZEL) o/NRIZE, 4V T A

& LT 0.1 mgkg/Ff X 0 Frfe RN & G- 2 BdA L. 22 JE U T 0.05~
0.1 mg/kg/RF g D ET 5, A G REIT 04 mgkg/fFETETHZ L,

(@SS ENI))

(M@ E i E 2, UFDO R ICEETIE,)
%MW%%
. EETER 45 UL E (TERRBEE+ HAZIEE) o/NEEROEACIE,
&V7A&Lfawmﬂg%ﬁ%W&QLLMg_ﬁLT1@:0%orv
0.3 mg/kg DOHEIPH TEMELG-T 573, BEOKREBICS U CHEEEET 5, 7272
L. #lalfs Lok r LT0.6 mgkg 2272\ L, HEHEE T
I mgsy & B#ETH &,
%ﬁ%mmaa

WE . EEENR 45 ELLE FERRAE+HA®REE) o/NEEOSACIE,
&7 5 E LT 0.1 mgkg/lF LV Rt RN G2 BAAA L, HEIZIG T 0.05
~0.1 mg/kg/FF T OIS 523, BFEOWRIEICIE U CHEEEET 5, K5 &
104 mgkg/FETLETHT &,

(TFARERIE )

oK 5

1-(6)87 FH = 3K

B EAEYM | 44
A S R B | - KREEE (B2410 H 30 H)

O S

RMP, it

Na 4 o0
284 7 Z2J




Ol | R EIE MRS

® =

(x4 ]

s TAMAETRIREBIEL, TAM A DOFIET LB OMGE TR E IOEET 2 TANARIELZ G &l
TN EESNTRETH Y TR ARBIEOFHER A 5 70U B\ 2Bl TANAE
FREEL W L, 1R AZBMT 2 Z E RSN TV D, Fo, ITWIAZIED 30 43P R
T 5 L R BERELZRTARENH D & ShTnd,

* ENICBT DRRAD TAAEBIRIEOFIERE 1T S TRV, E% 1 0 AU 15 R
MOEETIT 10 T AEDHTZY 413 A& S TW% (Epilepsy Res 2011; 96: 89-95)

[BAZE D#HE]

- ARFNL, 2014 9 A TCTAAERIKEE] 228 - 23 e L, /NRICk 2 Hik - HEDAGE
SNTWB,

- SRHEEE L. 15 LA EO CADAERIRIEDOBE T HAKI O AL - HEOFAIMER OVEZ
VDR S Nz & LT, REGE AR A AR RS 21T o 7,

[ERBS T - HFiK]
cAKFNE, y-7 2 EEEE (LLT, TGABAJ) ASBHIEOR Y U7 B E UREAEALICH G L. GABAA
ZRIE L GABA OFHFEEZ K S, GABA OIEAZ T 5,

] A4 (—idn))

« TAMMAERMRIBIZMR D R0RE - VR %A L. BANSHT 2 ik - HEPKRIN TV LHEEAL L
T, BAVUERE Smg i (7B R, BT X EE 2mg (B TH¥RL), S —~UbR—)L
HEM 250mg (7 =/ S E 22— F R U L) T LETFUiE250mg (7 ==hA 2 F RV
L), RA A UEETOmMg (FRAT == kA 2F bU T LK) BARSNTND,

[#E4k D B FE R ]

- WM I T, 2021 4F 5 HBIE, ARANTAR STV,

s 2L BRAD TANAERRIRRBITMR D068 - 2R & LT, RIEOFHTERFA 2018 4F 9 HITK
ET, 201942 AIZ RA Y CTHEGRE TV D,
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FEINAMEE - R BRI SEHENE
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3 UERE (AChR) | HREMIBFREFOL VX F—F MSK) .
DL 2BFAEEELE 4 (LRP4) 7 &E] Z2FEMRRET SECHMEDHE
REFHETLHRECRERETH D,

« BHEHMAROERIZEY. mRHESHORMCENEST SN, BEREHOD
ZIRFEEHESHNHETEDERSERT 5.

R m OB E
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1. BAEIZEBTA2REEFHNSFARGTHD L, HLLIE. RAREENEEHRTHDIZ L,
2. BEEL. BITREENBNI &,
3. ORI &,

s EEMBHEMIEEHRTHY. T 0 FICHESN-2ERFRAE
[CEDILKABOLEHEEMBNEDEESHIL 29,210 A, AO 105
AEEYDEREIL23.1 ATH>T=,

LUELY, SAARBOEREHE-T .

o AT, BEHENEDEBRELTRATOA FRE, REREDEF
AN IV VART GEEFHEERR) BFNEARBINATLLSA, Chod
BEEICH LTHRT T REEBRTRGVEENEFET S LMK

ERLODLENR HEINTEY ., RENDEDTBEECHT H5=—ADEET B,

*  XEITFeRn ZFME LTHY. mEKECSHEZETCREI/ DT Y
GZERLSEDI ML, EEHBNEBE~OHRVAFIND,

UELY., EREODEREFIEVEEZ OIS,

o BELRICHLTHRTTDCEFDEEHBENERE ZHRICEKH
DEMMERVREMZREA L-BNETHEEBRSER S, TEFTE
HBIZBWT, AFIDEEICEY RATHRD LI OD. KFIFFE T

B % 0 A g SRR E ORISR EHERZERO oG o=,

s BAE. 2HSYEEHRNEFEENRE LEERARELIARBROE
EEFE LTS,

UELY ., FAROARMEESEWNEEZ 5N D,
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R m OB E

c FSIURHALFL (TIR) BRERT7IOL PR Z2—0/1F—
(TTR-FAP) (X, TTIR Bz FOEEZRA LT L ERBHREMLEDERN
KETHD,

o HREGFERICE>TELESNLSER TR NEBIF/IEBET S L
T, REHEEE O, L. BEBEF0OEADHEBIEE R UEHFHET
£, ZUITENGITHESBERRERIREN S,

OFRMEFRAEEMDIEEERY
1. BAEIZEBTA2REEFHNSFARGTHD L, HLLIE. RAREENEEHRTHDIZ L,
2. BEEL. BITREENBNI &,
3. ORI &,

o TIRFAP I, 2BHT7 S04 F—SRIZHEINBEEHHFTH S,
s EBEAEFBHHERREOHRFXTEREIN-2EEZRAEICID L.

TR EEA AFIZH TS TIR-FAP DEEFEHIIFI 100 NEHETESN D,
LEXY, 5SHEARBOERZEH-T,
o KEKEDARIZIE, FFisHE. TIR WEAREILFI R UESF RNA T3
(INFLZoF b)) LERE, JEEFEEE) BHdHH. FF—F2. B
EHILZNE. Infusion related reaction (IRR) I X4 . EHIMA
B LD nE R BROVDEEFOREENEFET 5,

o FKRNFNRFOIUF b LEFERERITESFRNA FEHETHLHH.
RTHEEHRFNETHLISLY., BHEFROER® IRR REHOU RS
MERT 5 ENEIFEN S,

UELY., EREOZEREFEVEEZ NS,

% 0 T BE
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s Sk, KBHFFETHD

UELY ., FAROARMEESWNEEZ 5N D,
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