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Gurevich |, et al. Nat Med. 2022; 28: 780-788 [#|m18/% : A5 #&(FKrystal Biotech#t D3ZHEICKWITH N, ]
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1. RDEBDERKZHZE T 2

2. s (B 18 L. (BIMHa/N—b) 5l k. (BBIHEb/S—) 2/l k. (BIMEc/S—~) 25
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- BEBROARICIDTEMDFHE
- HEEBVCOLY RIRDFTE (IFX U gPCRICKDCOL7 mMRNADEEAT)
I EMICKRBREBIRME (P AUV T T4 TUIV) RIRDFHE
[BIREHEIRE]
- B RAEARR
- BUEEBDNR—RXSA VD SDEL
- BRERIREE. N9 ILT A BFRE. RERE FIHSV-15UE ICOL7 H1F)

B
— [EEFHHIEE]
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- EBERSE P UMAL (PRO: patient reported outcome) DEFERAITZ DR—IS5AUHH5D
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[Z Dt DFHEHIEE]
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EBIICTON I ERT UIe2EE
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BB DTREAHEE TOR/E* 1 8 55l(Clog-rankiREZA WV TR Uz,
- BMSERSEEAR ™ B 5RlIClog-ranki@EE AWV THE U,
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- BIEDIGAR A7 R UPRODERBRA AT (CDWTIE. METH LB IFTh RN T,
1 AlENTL2EAE LTHhoRLAIGNRIICERDO (R—X354 VENS590%LUTICTHA) I 5% TOHIM
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BIEREREIR—S 4 VEHNS590%U_ERE
BIDESHSEIENTREAE 2F TR/
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BoVEEL/ B SR LLEERER (KB103-001 BB : BHF—9)

NEEE=
T2 MR NRER ITTEH
(n=12) (n=11)
P EHIZERE 20.3+8.05 21.3+7.72
dhR{E (R/I\E, &=KIE) 19.5(10, 35) 21.0(13, 35)
F 5 (%) n (%)
12U 1(8.3) 0(0.0)
13~181% 5(41.7) 5(45.5)
19/ _E 6(50.0) 6(54.5)
S 9(75.0) 8(72.7)
TR n (%)
Eogs 3(25.0) 3(27.3)
AFE. n (%) BA 12(100.0) 11(100.0)
ERNZVINEST VR 3(25.0) 3(27.3)
Bk, n (%)
Z DAt 9(75.0) 8(72.7)
B (B REBESEREKBEA (RDEB). n (%) 12(100.0) 11(100.0)
—REIET A X (cm?) *°
INATaRYIEE: | n 20
FOELEERE 7.2+4.93
i RYE (R/IME, &RAME) 5.5(1.3,15.6)
FSEREE: | n 11
T EHE AR A= — 4.9+4.14
I RE (R/IMBE, &=AKIE) 3.8(0.9, 16.1)
NC1Z&, n (%) + 12(100.0) 11(100.0)
NC2Ze&, n (%) - 12(100.0) 11(100.0)
REBIRME (P HUYTT4T |
UIL). 1 (%) (=3t 12(100.0) 11(100.0)
[l 3(25.0) 3(27.3)
FICOLZHE. n (%)
(=Y 9(75.0) 8(72.7)

COL7 MBS —4"Y NC:EI5—4"Y

%5 (BIAEC/N—K) D1AIFBIEY A XHAKES (N1 VaRvIE65.3cm’ RO TS ERED36.2cm?) . ORIJLREDIZHETEN SR

HzEk

BEEROFETREL75.0% (9/124)) TUTZ, ;BERIBHEAMICKY) . B8R
HSNICAEBROFEREE33.3% (4/1241) TUZ. 401055, BRAEGICEHEUZTIREMEDH D
BEBRN19URDOSN. EHEAIER. (LIRS WY (RIEER)  BRERMIZ SER. TS ER. &
FREBALALBE. BABRAIFEZ . 5. ARk ESEMUALHE. RREES. HE. WRRIBEN OBIGHIE (BOD

BIUEDZDFE) CTUIL. 199D OB 1 24 IFRRERICEELIEBRTUI,
AHERBRICHBVTC, EEBESTER. BEPLICESLASTBERMNOETCFRDSNEFEATL,
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O REDT2EAHDEIS (ITTER) [EIEHRICHSF 3 EEHEER]

8. 10KV 12BEICHIT2EIBDTREHABE DEIGF. NAJaARVIBETENZENE2.4. 75.0R0D
85.7%. TS5 tmEt (el UIRIBEY/ 2RIBE) TZNEN0/8. 2/6 RU1/7THY). mEtHEICHE
BENRDSNFELE (p<0.0001. BFHECochran-Mantel-Haensze W&E*? LB DHAEZL) .

S REDELHME DEIS (ITTEH)

- STRRAH UcRUSE/ 2RIS 51 (%) T p1E::<2
>S5 ERE (BEHOFELL)
8585 14/17(82.4) 0/8 82.4(64.2,100.0)
1088 12/16(75.0) 2/6 41.7(-1.6,84.9) <0.0001
1288 12/14(85.7) 1/7 71.4(39.7,100.0)

%1 AERERENIN—ZSA VENS590%_EF
%2 R (8. 108U 2:BB) TERI{tLzCochran-Mantel-Haensze W&E

O Bl EM#HF TORME (ITTEE) (£ IAHRICS 1T 3 EEFHEBIRE]

BETLAEFT TCORE™ (PRE) (F. NIV aRvIETI13.5H. TSR T22.5HTHY., mEE
BICERENRHONFLURE (p=0.0216. log-rankiRiE. ZLEMDFERL) .

RIS MAEI TORE™" (ITTSEE)

NA TRy T8 FSRE pIE™
e Z &M (BEHOREEREL)
BlF= L BN E O (B).
i (E (5% (= ER ) *> 13.5(8, 21) 22.5(8, 64) 0.0216

X1 RYOERSHNSAIBH TLEE RUERERENN—2S54 VN 590% L _Eim4) T2F TORE
%2 log-ranki&E
%3 Kaplan-MeierskCKUHETE

© ISR (ITTRE)
[SEIAEEHER(C &5 B BIREHEIRE . 55 IBEERIC 1 2 X EFHEIRER]

BMSERSHEAR ™ (PRB) (F. /N JVaRwIBETI103H. S RE T16.5HTH Y. MEMICHEREN
ZHHNFE LI (p=0.0009. log-rankiRE. ZEMHDFERL) .

& SHSEASHEART ' (ITTERE)

o o il
NAT ARy TE PASACAIS: (BEMOFEREL)

Ell{SERsEEART *" N

o e - 103(94, 118) 16.5(0, 66) 0.0009

¥1 RIENT2E#E RUERERENIN—XS4 VNS 90%U ERA) UTHhSECRIENRIICERO (R—Z54 VENS590%LU T THA)
IBHFETOHB

%2 log-ranki&E

%3 Kaplan-Meier&CKUHEE
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BoVEEL/ B SR LLEERER (KB103-001 BB : BHF—9)

O RIEDIGARI7 OE(L (ITTEH) [5 TEKRICH T ZEIREHEIEE]

RIS DEREEEMICLADEBREDEMNGREHE 1IGA) RI7*CHWNT, 30. 60 RU90HEBICE
2EA8H CBRmE100%) UIcRIB IS, NA TRy IBEFETZENZNA/1361(30.8%). 4/1041 (40.0%)
KU5/66). FSEmBET1/561. 0/561K%0°0/3#ITUI.

Q@ IGARI7* (ITT&H)

. NAT ARy I8 PSR

Kb BHEDIGAR T 7™ . :
N*2 n (%) N* n
ST OBRE100%) 4(30.8) 1
3088 BEE0~49% 13 4(30.8) 5 4
BRES50~74% 2(15.4) 0
BRE75~100%FK 3(23.1) 0
SebAtE CB8E100%) 4(40.0) 0
6088 BRE0~49% 10 1(10.0) 5 3
BEES50~74% 0(0.0) 0
SBRER75~100% K 5(50.0) 2
SebAtE CBE100%) 5 0
9008B JBEE0~49% 6 0 3 2
BREE50~74% 0 0
SBRER75~100% K 1 1

*1 BRBEAEEMN . N—X 54 V. 3.5.15.30. 60RU90HEIC. JBFEE0~49%. 50~74%. 75~100%FKiE. T2 (A=
100%) 7 5Tl
X2 REE DR CFHB S NIZAIGE

@ PRODEFERAI7 (ITTEE) [5 IEHERICH T 3B REFHHEIEE]

N—R5A V. 30. 60 RU90HBEDEERSE 7 IhAL (PRO) DEERAIT (FIE) (&, N1V
NyJETZENZEN3.43,0.83. 0.40 K%V 1.50. FSEMET4.00. 3.40. 2.60 KU 2.50CLT,

@ PRODEFERAD7 (ITTEH)

PRODEFZERIT
R T NAYVIRYTB FS e
ababLa (N=11) (N=11)
n 7 7
N—RTA VF FHEHIZEERE 3.43+2.89 4.00+3.06
I RE (R/IMVBE, FHRAIE) 3.50(0.0, 7.0) 5.00(0.0, 7.0)
n 6 5
30HE8 FHOELIEERE 0.83+1.03 3.40+3.29
B (RIVE, RKXIE) 0.50(0.0, 2.5) 4.00(0.0, 7.0)
n 5 5
60HH FHELIEERE 0.40%+0.55 2.60%£3.21
hRE (RIVE, RKIE) 0.00(0.0, 1.0) 1.00(0.0, 7.0)
n 4 4
90HH FHEHIEERE 1.50%+2.38 2.50£2.52
I RE (R/IMVBE, FHRKIE) 0.50(0.0, 5.0) 2.00(0.0, 6.0)
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—BERERBADEE (FERUHAEX B ERGE]) EENETTH.
EERREHEER DT TBAULET

4. BNEME—E5IRELEREAER (B-VEC-03 (GEM-3) &k : i8BHF—9)

HAER ENEIERER (B-VEC-03:ER) [AREFHMER
Guide S, et al. N Engl J Med. 2022; 387: 2211-2219 [#li##8f : Aat8(FKrystal Biotech#t DZIEICKIITHNIE.]

W G BRI

AR s (KE3R) . —BER. BEREESL. TSR
FTHAY

FEEN

=t IR BFENURADRERERRE KB (DEB : dystrophic epidermolysis bullosa) &#&I(C
BVTBEBRICNATNA T IRYI T (—RB  RUITY FRIVIIND) ZBAR5I 2T &

TR, TTSEREEBRUTRIEBENNET 2N ESHZTHET DT &,

PIES £#%6nBULEDDEBRE3ITHI (18T 1 1961 /BA 1 1261)

FIRBIRESE

1. AV T7x— LR - AVEVNFOFERIEZRO6ABL E

2. DEBDERKRZM I ZH I 2

3. COL7A1 ZE8 VB LFZNREICLDDEBEZINREL TS [F814E (8. D dominant) DEBX
(F7EME (1. R recessive) DEB]

4. ITOBRERHICI 2 DODEERIE

1 13 - BRAL D KT SR BRI FIEBAIAFELIL T LD

BIREAE - - S REHERAO T ICH Y MEFMENRIF T, BRELTLRRL

BRAESE | EQRNEE

1. |ETINDEAIICHF LEE (SCC:squamous cell carcinoma) DIRREEX (FBEERE

2. B85 1 BEBICEREENRIREREZZITTCUVD

3. BFIRE: (URAA >/ FUOAA VT TU— L) [T T 2BEUE

4. BE3IHBLUNICEERRERICSIULTVS (N1 VarwIF LS ESELTWV) B ULLKEEERIER
2IFTVD

%1 AIBTEFOEMA VDL TERINT NS

BRBEEMNMBERUCE—RAIG T BIERIERT V21— )LICBDNT. N TIarvI T IV
FFSERERA26BEN SRS TTLEAE (100%) T2F TRATIRS L.
BEDOFRICEDIINAVINVITILOREXBRSE

cHERONA~3EmAKE $1.6X10°PFU/E

- 3m~ ORI 1 2.4X10°PFU/BE

-6mE 13.2X10°PFU/E
BHSERICE DN TaRVIFILDEMRSE !

- 20Cm? K D4X10°PFU/ANE

- 20~40Ccm? i 18X 10%PFU/RIE

- 40~60cm? $1.2X10°PFU/BIE

BREGRS®. BEFRSUCRAIBZRN24F-EE - TH W,

e NA T ARy TEE
e s — =1
FINEIREE ’,ﬁi'“?g (BUEH AT BT, B DDBRETS.
o 4 BRIV BB AR )
SHERTSE TREBE (h=31) : e
A= TR roeme L2t || BAEIE
S EE TR LD —Esi (BUSHBRRT B T, B EDEEETD. BifEAE ) ) OLEEER
< RSNV BB A RE R VEC-EX-
oeRoEERy | L & & (3087) || B-VEC-EX-02
Al . REIZ L —woaus S ew
LN g:_ ﬂ*éﬁ\ il | i —yyy-[=1 INA T AR T EE
WAL LD 7 ERERK | grmg muoBRSS)
2DDFBREIG (—x | 1 ARPAFET)
v 35t 65
' !
SEREIXEHEES : FEFMIES :
30B#% BRV10EE. XE10RVIZEE O | | 6xF# Q2RU248E. V24KV 268E)
Bl DL % (B3 BRI DEL B %

%2 BEET, YA X BESHBAROAENELULTVD 2 DD—HLIAlS

%3 BSRENBHBEEDONEBERD, TOMIVNERICERUZ106IIE1 DU EDRTZERIRLTWVED, 22, 24 XU 26BBDTE
SHRIBE PR = & A Z N2 DDARTFERIR

%4 BUOAGERORES (100%) BEIMETE. ARIEERICEZFHTE. FROBVEBEOBE FR{LE Ul G265 258D
Al seLBmnRt)
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o B IHE— EEIRLLREER (B-VEC-03 (GEM-3) S8R : 555 —9)

RIEDER

- BEEBICBNT, KES, BEZ2NHA LR OABEHLFELLTWNS 2 DO—HUZAIE (—XEIHERT)
ZERUC,

cRYFURAMERT IENA VARV IBER O TS URBICEERICEUMAITESN., —HDEIEIC(FE
1@NA VARV IR ESESN, A DAHSICE SRS SN, 5T 2HEMAAEF.
N—254 VIBDOEBERICEDVLWTREUR,

- —XREAHED 1 DHRLEICEAEUIES. ZDRIEIFE 1 BN’ SZERIEUle GRERS EEEMN HIR) .
UH'L. BT 2EIE (BYIOEIRUICAIEN S 2~3cmBENIzAlE) iRV iEE. 8T 0—XAl
SHEEUCEHESNTD. ZOBEIT DRI SSNET D D, ZDEE~NDERS(E. Z
DEDERCTEBRETENMICKVAIEIBEVNTWVD LKL S CEES Nz, CDBE5HEIE26
BREDERSEEDEES NIz,

- —RENGICHZ . AREAEMESEEO—HUBRVW_RAEEREIRL. IEER T T/NA IRy o5
WZERSUz. ZXRBIENDHIRSER. B1O0RSDEVDKRSEZBABRVELDIICUZ, FBYDBE
BE5EF. BABRS5E (FHICE D) E—RAIERTORSICERINCBEMIRSEEDESL
TETESNE (TRANGICERTEZRUDBEMAEFR—ISA VETETE) . ZXEIHEICHT S
NATaRNVIF )L DEMBEFERAEDERICKTFUR,

SHiEIEE

a3
[FEFHHIEE]
-6 B% (22RU24BE. XIF24 R U26EE) [CHFDEIBOTEEEE (ITT :intent-to-
treatfEM) (RIS HETIEER)
[EELEIRFHEEE]
- 31B% BRUT0EH. XIF10KRU12:BE) (CBIFDEIBEDTE G/ =R
[ZOthORIREHEER]
<22, 24RU26BEICHT 2RIBHEEM ZIRGORBEEE
(6L L)Y VAS (Visual Analogue Scale) 217 ((BEHERE)
(6K FLACC-R (Face, Legs, Activity, Cry, Consolability-Revised) 27 —JL (VMR
ERsTHii A7 —)b)
- (128l L) EQ-5D-5L (EuroQol-5Dimention-5Level) (lBBRRREDEHIE R E) X U'Skindex-29
237 (MEHEDREREQOLIEER)
EeE ks
- BEBR.BRREB. NIV A2 BFRE. RERME SRV RIDAJ)VATE (HSV-1:
herpes simplex virus type 1) fifk, {IVIZL IS5 —4"> (COL7 : Type VI collagen) Al

¥4 RYORIGEHBADTE (100%) BEAHEERE. BREEEMICKDIHE T FFROBVKBOE ERIEEUR (B 2B8-MU LD
P e ey Sl

6. HiERUHEX I ERATTE
BEOR1O. RRORBEZK1cmX1cmOEFIRICEDRDICEERUSEBICE TEM I 2. BEEE 1cm’H e DRSS 2
2X10PFU (10uL) ZBRET B,
RO 1BHI)DRAAENURNRES. FTRICHVERICEDITEHT 3.

1 B&HEYDRAHEE 3 - = gse 3]
FH (F5— TR : PFU) 1B&H T DERAEE (ML)
3R 2%x10° 1
3wk 4x10° 2

) BEIEHPMCT L ZERE UL DR E
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N~
—

FHEIFOT TN

P SRS AN P AN

of*

$O M

~
=
=

=

fRATETE

ADDBITHREANERINI

TTER  BBRERERSOERICHNDS T —REIBRFPHIRIERLINIEESE

-mITT (modified ITT) £H : —REUE X7 MM RIERIEIN. BRERNIMBSIN R=XSAVED
FEHHEEOFTIN A RLED 1 EITON2EE

- PP (per-protocol) £H : EABRIONIVRERG<HERZT 7 U R EETNRER D2 ES

- REMEITHRED ABRABI RSN EERE

FEHHIEE N CERGEIREHEHIES OB

F—IDFDUEBEZEZEL. McNemariREZA WLz (IBRRE - mHEIZE1788520.05) H'. AHB(F

AT A XHNE Wz, EEMcNemart&EZER U, IBRIRFEDBREICINA T NA IV arkyI 5

IVBBICLDEEMNREDAETSERTEHIC. McNemard v XL EZDIS%EBXEEEEHTE,

McNemar#wXtld, R—2_7B (/N1 V1w oI5 IUisRE ST rRIESRE) £C (N YV arkyo s

IVIEBmE ST EMER) RO THhol,

FEFMEHD T —IHRAULTVDBEICOVTIF. TERAEZERBVC. SERNEFAURE

EEDUFMEESHOEE . AFTELRT —IICETVTRALET 9IRS VhNDEEFTATZIEST

JVIZEDE KBAIDAAZZXLHMAR (missing at random) THHIEMELT. M=10DH>EHS

ULWETETHMAZDDTH D, CO—EDEIF. TS NEIRTEVLWVMEICET 2R EREZRLTW

%, 10 DL T—I vk (SAS PROC MITHER) DZNZENZ. BET 5t FIBCTHOMUIZ,
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B5 I8 ESRHEER (B-VEC-03 (GEM-3) HE8 : 1855 —5)

. Iu\%jﬁb%
ITTEH R MFETHRES
(n=31)
EHEHIRERE 17.2+10.70
hRE (FR/IMBE, RAE) 16.1(1, 44)
5 (%) n (%)
12 10(32.3)
13~18m% 9(29.0)
19k 12(38.7)
Bt 20(64.5)
MR, n (%)
gog: 11(35.5)
BA 20(64.5)
AFE. n (%) TIT AN 6(19.4)
PAURANXRIET SANEER 5(16.1)
ERNSZwINFEST VR 16(51.6)
Ef&E. n (%)
Z DAt 15(48.4)
BB (B) REBEEARE KEIE (DDEB) 1(3.2)
BT, n (%)
B (L) REBBESRIRE KA (RDEB) 30(96.8)
—REEY 1 X (cm?)
INATaANYTEE | EHELIZEERE 14.4+12.7
R E (F/IVE, =RAE) 10.6(2.3,57.3)
n (%)
20cm?Kim 23(74.2)
20~40cm?xKii 6(19.4)
40~60cm? 2(6.5)
ToOERE | FHUELEERE 15.6%+12.1
hRE (FR/IMBE, RAE) 10.4(2.3,51.5)
n (%)
20cm?Kim 22(71.0)
20~40cm?Kii 8(25.8)
40~60cm? 1(3.2)
Fa 14/22(63.6)
FIHSV-1H14E. n/N (%) *!
(=Y 8/22(36.4)
R a3 1/22(4.5)
FICOL7HiE. n/N (%) *
[=1ES 21/22(95.5)

COL7 : VIR OS—4"> HSV-1 : iU R DA )V R 18
%1 N=2S5A VEICIMEY Y PIVHRERES NI 2261(C1 T 2EE

¥2 2BEFEARBRONTNTH IS —IDHINERINBNES. ZOT VT IVIFREELE

%3 VTSIV 20RU/MLEBDBE. ZOT YT ILIEBES L
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N~
—

HAFEHATOT TG ) HUAS

P SRS AN PN N

of*

$HO i

~
=
=

=

HZzEk

BEEROFATEERIIS8.1% (18/3141) . BIIFRDFEIRERIF3.2% (1/314) TUIZ,

BI{EAI(F. KIBE 141 (3.2%) TUT,

FRESER QOILLEICHR) 3, ZOFEE. BENURFE LEENE 36 (9.7%) . #1H., FE. ZHEK
UERHIE 261 (6.5%) [CERHENF LTz,

BEERASERIF. 36 [BEX BMRO TR (B—EEF) . LUICIRIEERM] [CFRHSNE LA
WINBERBEFERLEHITENE L,

AABRICBVT REPLUICESLASEZRURLCIFRHONEBA T,

MedDRA version 24.1

—88. BEBAT —ITID . BMEDRIEBZZTF—IDIHI/BHLELI,

O HSV-1 (X9 BRERL (R EETNRED) [Z2M4HEHIER]

BE1EDONA VANV ITIVIESO2ENRBR T2 MO —IREL T, ST Ja—)VICHS T, 8581
ERESRDMBBAEZRRU. BEEEHD S5-I @AM ER (PRNT - plaque reduction
neutralization test) *"ICKWUIAHSV-1FEMARZFMLIcETHD X=X T4 VEFICIBER AN FRE
SNZ22BID 55 1461 (63.6%) BHFIHSV-1HAEZETH Y, MERMSHIND S5 64lF26:@BEF TIC
MBEIELFEUIc. R—R 54 VEHMBEREDBEEDSS. AR TIHOEENGTEZELEITDIENT
FEBBICOVTIE. MBERIGEFELTHY ., FIHSV-1 A BN 42 B2 LRICK>TERIND K
SIRTAERIBIFERDSNFBATUT,

Flo. R=R 54 VEDOHHSV-1 HABHEE RO REEO—RAIERT ICEIT2TREM K BEMR
MLlcETA FROESITUR,

¢ ZFEOEMMBPDOHHSV-1 5 (XL MBI RER)

(1:X)
6000
N—=254 VRO 26B8(C
5000 MERA7ZEREL T2 96

4000

3000

PRNT50

2000

1000

* URHBRFRUT
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oV E I SR BEER (B-VEC-03 (GEM-3) 55 : BHT—9)

S REDTEEEE 2 E (R—R5 4 VEFDOHRHSV-1 HEFMBERIGH) (REMBETTRED) (BT

B T TTan —RRIGINA TNy TEE n (%) BIRE (%)

BE BEm | 2% (95HIERR) * N

B (n=14) j
—REWGTSEREE N (%) | B 3.0(21.4) 1.1(7.9) 4.1(29.3) 2
IEBRR 6.5(46.4) 3.4(24.3) 9.9(70.7) 38.6(5.7,71.5) Y

245 9.5(67.9) 4.5(32.1) — ?

2t (n=8) )
—REEFSERE. n SR 0.2 1.1 1.3 3
FEBR 4.4 2.3 6.7 41.3 (—=8.6,91.1) 7?;

24k 46 3.4 — 7

%1 PRNTEHS, EiFEARUICBEDIE (1:80~1:5120) DEFE R VIV IVNREEBEEMIRICHI2N\A IaRvIF I EN U SS5—T
FERL (RREUICHITBR U S > TR S NCRRE) DRDERZAEL. FS—Ih50% TR T B IMERREZPRNTs0E L THRE

%2 RYDRMSERIDTTE (100%) BRABEEER. BREEEMICK DT TIF. BERDIBWVEBEDE LR Ul (B 28R EDRIE
SBRDYSRM)

%3 BFEZER BROA—HBOEEDETHY . NAJaNvIEDBROEEE S EREDERDEEGDELFL

NH = IE DU S

Of*

SO

=
=

)
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—88. BEBAT—ITID . BMHEDRIELZTF—IDIHI/BHLE LI,

O COL7[CH T RRERMN (Z2EFETIRER) [REMFHEHIRE]

THSV-T A DO FHED I IR LI SR1E DR UMERFEZAWN T, E~COL7 Z 2R E T 2 IgGHIE
Witk (ADAs  anti-drug antibodies) [CDWVWCHFHELIcET S, R—R 51 VBFICMERA D IREL
SNZ22BID55 141 (4.5%) BMCOL7 HiAkBzE TH Y, 26, BBDMBEREN —HUIN—X5 1>
BRIERMDEEZ184IDS5 1360 260,:BBF CICMBERELEUIZ,

Flo. BENAROOSNICEEELRDONBNSCBED—REIBRT7ICHF2TRERT ™ KEBERENL
JcETA I REBDRDESI TUIC,

¢ ZFEFEDEMMBEPDOHCOL7 Hilk (REM T HNREH)

BEES RIREREN (GB) HCOL7 Hifhk*? BEES MRIAERER (B) HCOL7 Hifk*?
1 =4 1 (=1
02-01
1 01-01 12 (=3 26 (=13
26 R 14 1 (=1
02-02
1 (=Yg 26 k%1%
01-03
26 R 1 =Y
02-04
1 e 26 F% 1%
01-04
26 ks 1 (=403
02-05
1 (=23 26 R
01-07
26 =23 1 =4
02-06
1 = 26 =4
01-08
26 (ks 1 =4
02-07
1 (=13 26 R
01-09
26 (ks 1 (=]
02-08
1 (=15 26 (=]
01-10
26 R 14 1 (=13
1 (=15 03-03 5 F5 14
01-12
26 R 14 26 F5 14
1 (=3 1 F5 14
03-06
01-13 14 (13 26 F& 14
26 R 14
1 =4
01-14
26 24

¥1 RYIDBIEHAIDTTSE (100%) REAHEER. BRETEMICK DM ClE. FROBVKEDB LR(EEU (Eft2BEM EDRIE TS
SBRDYSRMF)
2 JICOL7HAF. BETDFONIIVICHES T, 20RU/ MLEBR fe £ E Z I & 5T
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BHBME_ETRIEEEER (B-VEC-03 (GEM-3)

HER BN —Y)

S RAlEDTEEEE" "R (26 BB DHCOL7 HAMBERINH) (BRE T RED) [BRER]

—RRIENA T ARy TEE, n (%)

26:BBOHCOL7 itk o an o o=

7R (n=13)

—REHET S ZREE n (%) B 2.2(16.9) 1.1(8.5) 3.3(25.4)
JEBRR 6.4(49.2) 3.3(25.4) 9.7(74.6) 40.8(5.9, 75.6)
2 | 86(662) | 4.4(338) —

2 (n=5)

—REME SRR N - 0.0 1.0 1.0
IR 3.0 1.0 4.0 40.0(=30.1, 110.1)
o 3.0 2.0 _

%3 BEEEG EAOAR—HOEAEDETHY. NAIaRvIEDBROEEE S EREDERDEGDELFL
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P SRS AN P AN

of*

$O M

~
=
=

=

N~
—

FHEIFOT TN

W B
@ BB NELBME (ITTHE)
(FBTHEIES : 60 At (RINLBHITED) RUEBLEIRHHES : 37A%)

6n8% (22NU24BE. XIF24K/U2688) (CHBIF2RMEDTEEE K(F. N JaNVIET
67.4%. T EMEET21.6%. BEREE*2E45.8% (95%ISFBX™E : 23.6%, 68.0%) TH'J. MEERTH
SRR ERENRHSNELRE (p=0.0019, IEEMcNemart&iE. IR EATER) o
Fle . 30A% BRUT0EE. XIF10RU12EE) CBF2RIEDTRE/E™ E(F, N4 T aNvIB
T70.6%. S MEET19.7%. BEREZE"2F51.0% (95%SFEXM : 29.3%, 72.6%) T\, mEEREI(C
RETZNBERENRHOSNFELR (p<0.001. IEFEMcNemart®E. LEUHDFAERZL) .

OEXESHHIEH (65 B%) OEEREIXRFHEIER (318%)
%) %)
100 - 100 -
158036, 66.0) ‘ 51.0(29.3, 72.6)
\
80 s 80 Tttt
70.
67.4 0.6
B co- B 60
) )
5 =
Z 2
& 40 & 40
= =
21.6 19.7
20 . 20 .
O I O |
NA T ARy TEE TStiREE NA T ARy TEE TStiREE
(n=31) (n=31) (n=31) (n=31)

BBIZE (O5%ERXME)  *%:p=0.0019 RIENREMER) T11:p<0.001 (ZEHDFERL)
IEEfEMcNemarfRE (RABIFZERXNEZR W THRTELR)

1 RYDBIEEBAIDTTE (100%) REAECER. BREEEMCIDFTMTE. BEROBVEEDH LFREEUZ (ER2BEN EDORIERE
SBRDYSRA)
*2 BBEL BROA—HODIAGDETH ., NATaRNVIBEDBROIEG LSS ERBEDBROIIGDELRBU
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HER BN —Y)

@ ISR EMXRIFORBEEE (ITTEH) (ZOOEIREHHIER)

OVASZI7 (MR : 6l EDEE)

22, 24RU 26 BEDRIGRBM IR ORBEEREZRENVASAI 7 TFHELIZEI S, &/
THEYHEGFENZEN-0.61. —-0.88 K U-0.56 LIz,

O R=ZASAVENSDVASZAI7 ' DELDBMEE (ITTEE : RRT—9)

0.0
_0.2,
V]
é —0.4
-
21
7A —06
0)7
27
%b\ —0.8
5
gga)
] 1.0
=
—1.2-
_1.4,

22;88
(n=24)

B\ R ERERE

2488
(n=25)

p=0.0580

ANCOVA (HZEE : X=X S5 VfB). plE : LEMHDFERL

26:E8

(n=

24)

p=0.0717

N=R5A Y (FIEHRERE)

INA TRy IEE (n=27) : 2.41+2.606
1 2.67+2.370

TSEREE(n=27)

1 BUSIRBMIIRES(C, BENOCm (BHEL) ~10cm (RBDFEH) DEGEREYICEZE DI S ETRIDIZEZ T

@FLACC-RRT —IL*? (R : 65K DEE)
22, 24RU26BEDRISHREBM IR DRBEEEZNEESHNFLACC-RRT —)L*? TFHEiLIc &

5,22 24RU26 BEDR—=XSA VEHENSDELE (FHE) FZNZENNATIRNVIEET

—0.25. —1.25R0U—1.50. FSEmEE—1.00. —1.25K0U—1.50 LI,

@ FLACC-RRT—IL**(ITTEH)

FLACC-RRT — ). FEELIRERE

NATARYTE TSthEE
(n=4) (n=4)
N—R5A U 1.50%+2.380 — 1.50+2.280 —
2288 1.25%+1.893 —0.25+3.304 0.50%£0.577 —1.00£2.000
24;88 0.25%£0.500 —1.25%+2.630 0.25+0.500 —1.25+2.630
2688 0.00£0.000 —1.50£2.380 0.00£0.000 —1.50£2.380

%2 —BFWNRBIEDREY OZIMOZUCFHEZTV)., SHRBICENES D EBDOLENBRBHPRARRICOVT TBICEIVWTEATT

U—T&(200 1. 2R TFHAiLIz. BDELERBEEEDHD ZRELTND
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BEEOUEIGE. [BEDREE] [FOEDER](£22.6% (7/318). [ IZADEE] (£3.2%
(1/3160) . [fEdH/ NREIE19.4% (6/316l) . [RR /5 EEIAFH]1525.8% (8/314l) TUTZ.

N~
—

O R—=ASAL VD SEMRAEE TDEQ-5D-5L* ' DZEAL (ITTEE)

(%)

S RS AN G ITIAN
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_ muE WAE W EG
(n=31) 41.9
40
=0 258 25.8 258 25.8

22.6 22.6

EQ-5D-5LR 7 DZEHk
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1

-

~N BEDEE Sonmh NER BEADES) BH TRE R/ DETEAH

W

7

’ﬁlj %1 EUroQolZ IL—FIC R WBIFE S NI AL & Nz B AR DRITE A T . BRERE I OMRSE B0 0D 12 6 D B {8 C — AR 8072 RE B IR A 7 2
) ufz
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é @Skindex-29 27 *2 (W5 - 128%UE)

% N—254 VEROEBIAERICEEREDEREREQOLIBIZETHDSkindex-29 2 17 *2 ¥
) Lic&ET A, 2481 (B R R OHEEE) DSkindex-29 2 72 (FEH1E) FZFNFN. R—R 54

&
=

B¥(&54.72, 67.36. 54.11 R UEHHAER(F52.06. 65.03%U53.14TUT,

=

O R—2 54 VR UEHRAEROSkindex-29 217 *2 (ITTEE)

80 67.36 B R=RS1 U8

65.03 W EUEER

54.11 53.14 A HEERE

Skindex-29x 17

(n=18) (n=18) (n=18) (n=18) (n=18) (n=18)
=4 FEAR HeE

X2 3DMMEE T 29188 (RIE101BE. fER71EE. #EE12186) W SEM I N3 KEREDORREEQOLIEFZ. 100 DIRFEREICERL
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5. ‘BN EIEIE SRR 558 (B-VEC-EX-0255 : ;555 —9)

W BRI

HAER BN SEIEFERMIR S8R (B-VEC-EX-0258R) UEAGRIFFHIE ]

HER
FHAY

LR E CRESHEER) . etk 5 (OLE)

FEBN

BNENE S5 ERHE (B-VEC-03 (GEM-3]) &ER) [CSML. ABER T UIBEIIC, HBRKT

BENAITIRYI T (—BR  RURTY FRIVISIRY) ZipERE5dH & Mk (O—I)L7d —

N—) 8&]. RUB-VEC-03 (GEM-3) HEBICSNMUTLWRWVWREBEZHKREKBE (DEB:

dystrophic epidermolysis bullosa) lEZKES [FR REE) BE]C/N\A T aRvI T I 2R

593 ECRINATIRYITFIVESHOREERUTBEHZTHMT 5.

BRERNBEH

- RICRIERSDBBEDBEE (TSQM-9 : Treatment Satisfaction Questionnaire for Medication)
AAPDR=ASA VDO DFEZE(LEZTHIT DT L,

- 6.9, 12, 18RU 241 BERROSkindex-29 (EEHRE D#ERFEEQOLIERE) RUEQ VASZX O
DR=ZSA VNS DFHYE(LEZFMT 5 &

BAEIE S5 EEER (B-VEC-03 (GEM-3) iER) T/NA Vv I L ERSINZAIED
BRI Z STl T 2T &,

MR

DEBEZ&E47H
(ZEMEATNREN : 476, BEETNRED : 2861)
(HE T - 24607373 236 18RRLAT 1 2661719/ E  2141)

E2N
FRANEZE

FIEIRESE

1. DEBDERKREZMZET S

2. COL7AT ZEUBILRZNREICLDDEBEZIAEEL TS [F814 (1. D dominant) DEBX
[F&M (H1. R:recessive) DEB]

IR EHE

1. EBREX(EAYY 1 FERED R RS

2. BE3IHBLIARICIRREEANDSI N1 JarkwI P IR EFEFREV)
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BERF. RJU-—ZVIBRURR260BE
(112:BR) BERRL. SRERICRNEL
(6R) ORIGIC/NA T2y I 5 ) 728 1 D&
KIBSED10°PFU/mL (2.0mL) & T. BFTE
55Uk GERBIFFEZRS).

R, B-VEC-03 (GEM-3) HBDIZSHKETH
SEAHBRNDSIFETOERKE. OIS TAL e 1
[FBASCLIE M oTe,

& 1ZHFRI

. . TAS A TA8 TA23
: ) |
S0 \ u\ M TA25 | TA28 \}A\
TA6 | TA10|TA13 {QB TA2I . TA24
TA11 || TA14 TA26 | TA29
TA12' 1TA15 TA27 TA30
- BUSERIFEIGEREE A BiR5.
- B 1 OOREEICABRETEEN (FZDOREANEISES UL FEISEE M T (CRAsEUE SR UE
BEG. ZORIBERAIEIRSZRIEU, BBV TWDEHIBES NS EE. B 1005 Z8BRU
fzo
BlIEDER | - BEDOZR AU AN RHEUEEHIM SNBSS, FEBRIEIAIZEIRL. ZDRHSERN
BT 2FETRS L,
- BENBEEBERUCKRETERWVESF. REHZFHEL. KR TEDXRDICIF oIl R CRIZZ M
Uiz,
AOU—ZVTBNUORR260BE (112:80) SEKREUR.
e
- BHESZ REREE. \1IILY AV, BEGE
B
) - (iR E) AHE D EEIE™
SHiIEE - (18 LE) TSQM-9 X7
- (12 L) Skindex-29237
< (12mLLE) EQ VASR O
%1 B-VEC-03(GEM-3) HEET/INA YV aRwI LRSS NIe—RENGICDOWVWTEHT. R—ZX 54 > (B-VEC-03 (GEM-3) 5.5&) B
[GEIRSNZRIBER DTS (100%) BEEERSN FROBVEEDE LREEERELR
RAFEHE A ER(FIEE Rk (OLE) B TH DD IEXN RREBEEIFETEI LGN ofc, BT — 9 EEBHRD

HDURES N, RO DT D HETE S N, BfTIE. iR E CHRBE(CHITTIT oI

6. HiERUHEX X ERTTE
BEOE1O. AROBHZK1cmX1cmOEFRICEDRDICEERUSEBICE NEM T 2. BlEEE 1cm’H e DRSS 2
2X10PFU (10uL) ZBRET B,
ABD1VBSHILDEAAERURARENL. FTRICHVEFRICEITEHT D,

1 B&HrEYDRAHEE 3 - = gse )
F5 (F5— DR : PFU) 1 BB DERAEE (ML)
3w 2Xx10° 1
3mE 4x10° 2

) HEIEHPMCT L ZERE UL DR E
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. lu\%jﬁb%
by o] S P 2K
(n=24) (n=23) (n=47)
THELRERE 16.7%£10.1 16.3£11.5 16.5+10.7
hE (R/AVME, RKIE) 16.5(2.0, 35.0) 16.7(0.5, 45.9) 16.7(0.5, 45.9)
n (%)
3R 1(4.2) 4(17.4) 5(10.6)
3 23(95.8) 19(82.6) 42(89.4)
Fp (%) n (%)
EC A=Y 0(0.0) 1(4.3) 1(2.1)
61 BB~3% 1(4.2) 3(13.0) 4(8.5)
A~61% 3(12.5) 1(4.3) 4(8.5)
7~125% 5(20.8) 4(17.4) 9(19.1)
13~18%% 4(16.7) 4(17.4) 8(17.0)
19l E 11(45.8) 10(43.5) 21(44.7)
B4 18(75.0) 12(52.2) 30(63.8)
1Rl n (%) i 6(25.0) 11(47.8) 17(36.2)
[S5BHETsEF 5] [3(12.5)] [5(21.7)] [8(17.0)]
BA 17(70.8) 15(65.2) 32(68.1)
EAXF
FIURZTAUAN 0(0.0) 2(8.7) 2(4.3)
AFE. n (%) 7IT N 2(8.3) 2(8.7) 4(8.5)
FPAYAN(F
PSR R 5(20.8) 3(13.0) 8(17.0)
ABA 0(0.0) 1(4.3) 1(2.1)
ERNZVINIES TR 13(54.2) 8(34.8) 21(44.7)
Ri&. n (%)
ZDfh 11(45.8) 15(65.2) 26(55.3)
B (B RERESH
=57k (DDER) 1(4.2) 1(4.3) 2(4.3)
BEFRN G0
B (S RERST
% R7 K5 (RDEB) 23(95.8) 22(95.7) 45(95.7)
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B EEDOAR (ZEEETHNREH)

B-VEC-03 (GEM-03) BN S/\A TV 2w I 5 )L DR 5 7Z i UIcBE (inEE) 24 Bl AR HBRNS
INATaARYI T IV DR SZRBUICERE GiREE) 236122047 HINAEHRICERENE U,

7D ERE FRES06]) HWEEERZT TUEU. iREEFATLRICRIICERSNICES
THofeledh. ABRIKEEICKDABPILRIICREKRZT T URUIC. REDWRIF FERDESITU

fco

¢ EEDWER
MEEE (=24 FMEBE (h=23) 21K (h=47)
n (%) n (%) n (%)
=N
FBRST T 7(29.2) 0 7(14.9)
HERPLE 17(70.8) 23(100) 40(85.1)
SERPIE DR
J4#0—7 v T EE 1(4.2) 0 1(2.1)
ARIKFEE (CLDPIE 15(62.5) 19(82.6) 34(72.3)
BHEICKDPIE 1(4.2) 4(17.4) 5(10.6)
Bz
BEEROHEIRREFLMAET74.5% (35/478) . #hEEET70.8% (17/248) . FHFREBET78.3%
(18/2341) TUI,

BITEFDFERERIIRMET2.1% (1747 6)) . f#ERE T0.0% (0/248l) . FEBETA4.3% (1/236]) T
LTz BIMERIE. BB A (£ D 2.1%) TUT,

EEBASERIEI. 2 T1440(29.8%) 174, #HmBETIH (37.5%) 114, MBS TS
(21.7%) 6 ICERHONE LD VT NBARBRIRUEHIMSINE U [RBRERN 36 BRXLU
B AYE 261, &R, BEERM. LXUEMHIRIS. COVID-19. WIME. BK. B, ItM. [EZR
THERUBERENE 141,

AABRICBVWT REPLUICECASERNRURTIFERHONEBATUI,

MedDRA version 25.0
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BN BN RBGIZ SRR (B-VEC-EX-0255 : 55 —9)

L Eoplia
O SEER BEDHEE (TSQM-9217) NDFE (MR : #HiREE)

(Z2MEAIRNRER) RRWFHHIES) J\

P

B-VEC-03 (GEM-3) BN S/NA T aRvIFIL DR S Z # L TVNDEREEZMRIC, TSQM-9ZX 3 v

7 EATBRDON—RA5 A VR UORERREICFHE LIS RIERREDTSQM-9D 3RIHD X R

J7 (F918) (F BRI H'68.3. [FIEME] A'776.3. [ERIEEE] N 75.9THY. R—X 54 VEFH 9/

SOFIZEF B 2.5, [FIEM] A 1.5, T2RIEEE] H'-3.4TUT, )’{

i

O R—2 54 VERURERRIFICSIFDTSQM-9R 7 (REMETHREH) ;E%

N=RSA1UN5 J_%
BRICRBEE COZALE 2.5%25.7 1.5+18.6 —3.4%£17.2
1 1 1

100 N AHBROR—RSA VB

B RASREHS

I\

B 1
X >,
) l
5 b
e 7
7

JU

(C

RN

2

NVAN

/0

(n=22) (n=20) (n=22) (n=19) (n=22) (n=19) =3

P FfE: SRIBEE 2

=
=

=

1 [BRE] [FIER] RU T2RNERE] D3 DDEEHZSCIEE N SEM. MRS FHE 1ERE (N—X354 ) BERUREREREC, 3
BB (FRICKIRFD H I LI (187 [N EE D FENE)
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@ ZEIER : Skindex-29 A7 NDRE (WFR : 12RLU L) (REEEHNREH)
(RRHFHEIER)

12BU EDBEZWNRIC. R=XSA VERU6. 9. 12, 18RU241B# DK EREDREEEQOL

J\
1 ZSkindex-29 27 CEHELZET B ITFDEBY TUT,
>/
1
5 ¢ Skindex-29 227 2 DRBFHIZE(L (R BT HRER)
7
b 100 B ~—25/Y W6nA% M 9nE% M 1255% 185H% W 24nFk
?’)E (=28) (=21) (n=22) (n=18) (n=14) (n=6)
FHBEHRERE

== 80
s A

I
F? X 60

[e)}

q

>

E 40

v

(%]

20 54,1 153.1 | 52.5  51.8 68.8 165.2| 64.6 K 60.6 d 559 1534 51.8 | 51.2
+18.0 | £22.6| +19.7 +18.9 4 +13.6 £14.3| £17.2 £16.9 +21. +17.0 ' £20.0 £18.6 £17.5

J\ ol
j RS T Hae
€
/\> 1 3DMBETE291EE (BB 10IEE. IR 7IEE. #EE12188) OB NS K EREDEREEQOLIEZEZ. 100 DR RE(CE R
77 UT.O[FERUI~100[ZEEFBEICREBITD] ZLAUTFHO L. SEAEITNEEVGZE BEND BN EERT
7
{'1
[
& O SEBH EQ VASAOA7ZANDEE (WR : 12KLE) (ZEMHEITNRER)
2 (RHRWFFHEER)
/O
% 2B FDBEETRIC. NR— XS4 VERD6. 9. 12. 18RV 240 BB D—RN R EERELEQ
N7

VASRO7*' CeHiiLIzET A IFDESUTUT .

~
=
=

=

€ EQ VASRIO7* DEFNE(L (R BT RER)

N=RSAVHSDE(LE . N . " 4
(FH+HEE(RE) 474226 2.0+21.4 481229 3.4+139 3.2+22.5

100

EQ VASRO7

N—2S5A VEF 6181 91B#% 12nR# 18»18% 24nR#%
(n=28) (n=21) (n=22) (n=18) (n=14) (n=6)

¥1 EuroQolZI—FICK IR S NICIZE LS NI BBRIRREDAIE A (EuroQol Visual Analogue Scale).
BERREZO (R TTIRDBVERRE) 15100 (BETEZRORVERRE) THET 5. AA7HAETVEE. ZERENREFTH
BTEERT
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BN BN RBGIZ SRR (B-VEC-EX-0255 : 55 —9)

O RIEDTEFAENDRE (MRBECH (I B0 EEHFEN) (REMEBITIRE)
[BRREFHEIRR]

B-VEC-03 (GEM-3) BN S/\A T aRvI 5 )L DRSS Z M UICBE 1961 ZXRIC, BlIEDTE

A
B R e FMUIET B, 1B, 3. 6. IRV 120BH T, TNZTNBI.5.84.2.61.1, 824KV o
62.5%TUIc, Ff. 196101841 (94.7%) Tl BEHBRSIOV I NH DER CAEDTLERE 2 A ﬁ
2HS5NELE. 0
g\\
QAEDTERAHE [MWR : i EE] i
D
o RN E A S EE S (%) e
e B-VEC-03 (GEM-3) & B-VEC-EX-02:8 %
SR 35E% | 6nA% 188 358% | 6nA% | 9nB% | 1258% P
N - . 13/19 14/19 17/19 16/19 11/18 14/17 10/16
Al DT (68.4) (73.7) (89.5) (84.2) 61.1) (82.4) (62.5)
#1 B-VEC-03(GEM-3) sEN'S/NA I arXvI 5 )L DR S = U 24 B DS B B3R UEH o7 561 & 5T A EE
%2 NR—XTA (B-VEC-03 (GEM-3) i{88) FOBIRS NSRBI DTS (100%) BAfEEE RSN FERDRBVWEEDB FR{IEERELRE
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>,
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b,
!
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2
JA
/O
%
JIx
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Bl i

—EREGRAN DR ([FRERURAENXIERGE]D FEENITITH.
EERREHEER DT TBAULET

6. EINSSIM{HIESIRiEStIZ 551 5% (B-VEC-EX-02-JP5KER)

HRER  BASIEIFERtEIR SR (B-VEC-EX-02-JP5lER) DXEREFSHIE]

W G BRI

FHLY

LR (BW25EsR) . JFeRMiR S (OLE)

B#

FEEN

INATaARYIT T (—HRE  RUR T Y TR)VISRD) 561 BEOEIE DT 2EE #51id5
o

EIP4ELY)

INATARYIF IR EINBEDENEDTLEE AT D &

-HEEZNUEEGEEEROERR, FEENUORRBRICEDENA I aNvIFILORE NN
URBBUZTHIT 2T &

CBRRBEEOR—ASA VEHNSOZBLEICEIENA IV aRNvIFTILDOREM R U BB M
3T &,

BRNEN

c 6. IRV 120 BEICH TR EREDREREQOLIEZESKkindex-29 R U EIREDFHIR EEQ-
5D-5LRAT D=4 VIFEDFHZELIC DV TEHET DT &.

- BHEAILARZ DA )L R 18 (HSV-1 : herpes simplex virus type 1) ROVIELOS—4"> (COL7 :
Type VI collagen) [CHT 2HFIAICK>TRESN/NA T aNvIFIVICH T B RBRIN7Z T
é:to

CORUN2ABEICBIT 25— REBEHEDRFEEZTMEITd T &

< 22.24RU263BB (61B%) ([CBIF2—XAHEDRANSH B IRICHSIRBEIEE D FHE(LZ:T
figdT &,

- 2600 B N URBRCEZRIBOBEDBEE (TSQM-9 : Treatment Satisfaction Questionnaire
for Medication) R 7 %#5Hii g 2 &.

1 NR=2SA VEBICBRSNRIED N A T aRvI 518522, 24 RU26BEDOWVWTNHADIFR TS (100%) (CRHLIEZEE
EEL. FERDIEVEEDE EREEREL

2 N=RTA VBGERSNICAUEH/NA VNI 5 )RS5 8. 10KV 12BEOVSNHDIFR TR (100%) [CEAHLIEZEEE
EUHBRDIBVWKEB DB ER{EERELIC

PES

BAARERESIKF KB (DEB : dystrophic epidermolysis bullosa) 2&5%41
(R MBI NRER : 561, PP (per-protocol) 6] : 441
VIR (13~18m%) : 261719« 341]

E7N
BRANEHE

FIREIRE%E
1. EBORKRZMZHT 2
2. COL7AT1 ZEBUBLFNREICKDDEBEZMNEELTWLS (B4 (1%, D dominant) DEBX
[F7BM (%1, R recessive) DEB]
3.AYVTF—LR - DVEVNSICEZ 2B E
4. BBLED T DD—RENG (20~40cm?SKiE) HdpY) . IFOEEREFH TS
- REHERD T (CHh Y, MBHMENREF CTERTHY. BRELTLRRL
FIRFRIVEHE
1. 8572 FDEAITEEIMDRPEN B, NA T aRyI S IV DBAICERLEZNF T EBHRET
il
2. —REMGICHBBRENEXAYY 1 ERBOHA (2L ZREHEDHE. NA JarvI T ILkS
FIMRRIICERBEEMOERARNHIMICE DT, BENBRICEN >TSS, BERDRINSNTVS
HEF. REBENEAYY 1 EEERET)
BEIHBLUARICNH ARNETFEEEBRTRICSI (NA V2RI TR SESERL)
BBEER (T BEMICREF L (SCC:squamous cell carcinoma) DIRFEX (FBEEE
B 1EBICRENIM 2 EEN (F R Bl EE

U~ W
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EASIEIESR#ER SR (B-VEC-EX-02-JPEER)

HERTTA

NATaRYI T 7ZBILRAEBSEEUT. £%27A~3mAm(E2.0X10°PFU/B., 3ml LI
4.0x10°PFU/BZ52EE. BATR5S UL, BSEHEE T2 F TaEES= T, 8. gligDt 1 X
WO TNAIaRVIFIVIREERZZE X, VUV IZFERUT. BlE2E (BHIEHLTWVDIBEZRL)
[ZF1cmX1em GRFFRDE D) D/NVI—V T REAZEBREICIRS L. BRI T ~2cmAE
P4 XCHYNUIEIEEBEDBRKMAISHBM A ER U EIC. 2% 7 RIS EBEM ZE R U TA
EEHEL. BlEIFH24BREE-TR L. 1~26EE (658%) I3EERRT BN, 26588 (658
%) LIRBIEMEICIGU TRE MR EN, 36, 38, 40, 48. 508 U'52BDREZEMHBE Uz, INA
ARy IFILDRIRIES%I08 (£78) (CZ2MEHAE/ Bk T Kz REUIz. . LIEISE
BEULAIENABUBEKRUES. 5 T THNE. BURIENFHEITZE CAEABRTIZEN
TEBTEEUE,

RIS DER

C FHIDOW R EBRD—RENE(E. 20~40Ccm?FKiiE.

NATaARYIT T DORESEBBRETEMICLDEIEDTEEABEOFFMICIE. —XEHEZ 1 DFEIRL
2o

- —REBRUOZFOBERIGIF. BEAEZ ST _RAIEDEEICEDRIC. BICRYITEREURE.

- DEBEHEDEIMNFMHE D=6, TTOAENTTRICEHAELTULZELTH. TTDAEDIER CHIEEH R
CBDDERIFTDIEHIC. BETDE1E (—REMBDERK2.5~7.6cm) DEBENNE(CHTDIEN
obolc,

- —XEIE (BERILTWVWRIESE) ZIRIGEL. NA IV aRvI )L ERSUEE. BBRETEEMOHMICED
T ZOBEDRERISTEET 2 ZREIEZEIRTEDEEL. ZRENE R 50 ZIREITDEEL
1o

CBBRETEMFHEBBERICRARO DD IRENSERIRT 2T ENTED LU, ZREIEDE
BElE. B EBE T 2RIEN BB —BUIEEEZSITONDLIICTBDH. 6 D% EREUE, 212
L. CNE—XRENUSGDBEERICEDZNA T aRNVITILDEICE TN TSI LU,

SHEEE

B
[(EZFHEIEE]
- 6nRRICBITZ—RAIBDTRHE
[BIXEHIEIEE]
- 3nBRICBIFBD—RENSDTTLEATHE*
RRBIFHBIRE]
- 9WBRU12A2BRICBIFZ—REIEDTERHE™
- 52JBBICBIFBSkindex-29 X7 D=5 A VIEH S DFHYE(LE
- 52:BBICHITBEQ-5D-5L AT 7 DR—=AS5A VB SDZEL
26, 38 RUBS2BEICHIFBHEQ VASRIFP DZE1L
-+ 22, 24RU26BE (61nFR) [CHIFTH—REISDEISREBEN THRICHIEBEER (VAS) 23
7 DIFIEAL
- 26 KR UB2BBEICHIFBHTSQM-9237
ZEM
- BEBR.BRRAE. N IILT A RERME GIHSV-1H1E. ;ICOL7 HiF)
%1 R—25 1 VBICERSUBISA N V2RI 218522, 24RU26 BEOVTNO DR TR (100%) [CBIELIETEE
EHEL. FROBVEEOE LRILERELRE
%2 N—25A VEIORRSNAIEN A Y1y I 7L 58, 10KV 2BEONTNHDER TS (100%) [CEIELIETEEE
EL. JROBUVEEOE ER{EEREUL

¥3 N=2 541 VBTSRRI NIZBIED. N1 VaRvIFILI591B% (36, 38 RUV4088). 12n8#% (48, 50KRU52;:88) LT
N DOERTTEE (100%) [CEAEULIECEEERL. BERDIBVWKBDB EREERE L

fRATETE

IERMREHAREE (FARET LIR DM DTz,

6. ERUAZBXIIERTGE
BEE1E. AROBBZHN1cmX1cmOEFIRICBDRDICEERUSEICE N EM T 2. BlEEE 1cm? St DRSS 2
2X10°PFU (10uL) ZB&RET 2.
RED1BHI)DREAAERURENREF. FRICHEVWFHRICEDIETEHIT S,

1 B&HEDDRXKHAZE 3 - = gse 3E)
T8 (5 — TR : PFU) 1EH I DERAKE (ML)
3R 2x10° 1
3ImE 4%10° 2

F) HEIEHPMCT IV ZEREB U DR E
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REMETHRER (n=5)

THEHRERE 36.2+£25.9
hRE (R/ME, &RAIE) 22.3(12.8,68.6)

F i () :

12T
13~18i%
19mA £

St

TERI N i
[S>5LETsEF ]
AR n TIT N

Ei&. n BHAEA

BRI (B1Y) REESURFIKBIE
(DDEB)

B (H1%) REESURFIKBAE
(RDEB)

FOELRERE 7.4£7.6
hRE (R/IME, &RAIE) 6(1,20)

—REIETA X (cm?) | N

oAl |lwNno

o

BiIETFE. N

5cm2kiE
5~10cm?=K;iG
10~20cm?

= NN

O HSV-1 (X9 3RERG (REEETNREH) (R M4EHEIRE]

B1EONA T aRNYyI TV IESDEAENRBRLEMFHHDO—IREV T, SR RAT V21— )UICHE-ST. B5H]
ERSHZDODMBERAZHRINL. REEFHFDTS—I @A PFEER (PRNT - plaque reduction
neutralization test) *"[CKUFIHSV- 1 FEWN DA AZTHHLIcET D RN—=X 54 VEFICIBER K
PERERENZ3BDS B 2B TFIHSV-TIREBETUIE, 26 BB ICERESINZ260D55. 141
PRNTs0h"1:320m05 1 :640(CZfEL. 18IFE{EZRULEEATURED ., WS NBIHSV-1HiAEMEA
AEZBAD ERICIODTERINDLDOBRTMMAERIDIFERHSNFEATLUL,

@ HSV-1[Cx T 2RERMLOFE (ZEMETNREH)

BEES RIREREY (GB) PRNTs0
1 1:320
02-01
26 1:640
1 1:80~1:160
02-03
26 1:80~1:160

%1 PRNTEHE. @A RUIEBEDIE (1:80~1:5120) DFE T IV TV IVMEBEEBFMRCSIF BNV awI S ILEi Ui
S—OR (REUICEITBHB UM ES > TR I NICRRE) OFDEZREL. FS5—I050%F TR T 2 MERIREZPRN TS50
LTRSS

O COL7[CH T dREBERIN (ZEEFEMWRER) [REMFHEHIRE]

FIHSV-1 A DFHED 1 DI L IR SR DR UIMERAZA VT, EMCOL7 Z 1B E T 2IgGHIE
YR (ADAs @ anti-drug antibodies) [CDWTHFHIELE LI, R—2 54 VEFIC34], 265BEI(C
2B TEBNS N2 TORFICE VT, ICOL7MERMTH Y R TR TICIEREBUICRE &
WEBATUI,
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EASIEIESR#ER SR (B-VEC-EX-02-JPEER)

O BZREDOE MNBEROHCOL7 Hilk (R MHERE)

BEES MRIREREY (GB) HCOL7 Hiis™!
1 =
02-01 ks
26 =1
1 =1
02-03
26 =4

%1 FICOL7HAE, BiSETD ORIV ST, 20RU/ MLERBR fo & = R34 S5

WZEM%
RLMRATHRETSHID. HEEREAH)10¢ (LHERD A4, TR LERR, LBHR

B ER, TOEENS1H) . BIERIF0FITLI,
AERICBVTC, BEEBESTER. BEPLICESLASTERMNOETCFRDSNEEATLU,

MedDRA version 26.1

NEESEN

L ESplis
— RS D2 (PPEE) (XE. BN URENHHIER)

—REMEDTERAE* Z5HiLIcE 5. TEFHHEE THBH60B% (22, 24RU266BEOVTNH

DEFR) Tl £461IC57EE (100%) BRENERHONK LTz, iz, BIRFHEIEE TH231H% (8. 10K

U12BEBOWVI NN DER) TH. £441C5ES (100%) BR#ENROSNEUIc. RERWFHBIEE TH S

973)%1& (36, 38R U40BE) KU 1218% (48. 50RU52:BE) DLWINHDERTIE. £45Ih 341
5t (100%) BN RBHSNE L.

O R=2SAVEHENS53nART6NBRICHFIZ—REEDTLHE " (PPEE) [(EENUEIREHEIEE]

[BIREHBIEE] [FEFHHIEE]
EBEES N—2 N N . . N N

- . 8;8H 10:E8 1288 2288 2488 2688

SA U
01-01 BEM 100%Ef 8 100%Ef 8 B 100%EfEE 100%Ef 8 100%EfEE
01-02 EDinté 100%EAEH 100%EAEH 100%EAEH 100%EEH 100%EAEH 100%EAEH
02-01 i 100%EAHE 100%EA 100%EA 100%EA 100%Ef 100%Ef
02-03 )i )i 100%EAHE 100%EAHE 100%EAHE 100%EAHE 100%EAHE

OR—=ZASAVENSINANV120REICHITS

—REIS DTS (PPEH) [HRFRHFHEIRE]

BEBS 36:8E 38:EH 40:8H 48388 50:8H 5288
01-01 R R P R M R
01-02 100%FRAH 100%PBAH 100%PBA#H 100%FBAH 100%PBA#H 100%FBA#
02-01 100%FAsH 100%EAH 100%PBAH 100%EA#H 100%PBAH 100%FAsH
02-03 100%FA#H 100%FATH 100%FAEH 100%FATH 100%EAEH 100%FA#H

1 BUBDTLEMIF. R—2 51 VBIGERINZASES (100%) [CRAMULIECEEERL, FROBVEEDE ERIESRELE
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HAWARNT T—RE e~

INA AN %)y frsssar)

B B 75 OE | (B HPMCHIL) S (—15CLLT)
B3 8 M| &F-HPMCYIL) 3608
. ® - we R P & 58 & S | 30700FZI00001000
Vyjuvek®Gel RURGY RIVINRT e
REEREES M RS UNRBE BR 7% B8 %8 | 2025510R
OHICERBIINEET 5k BT 5T, B, N— =2 I ER BB

1. 85 %??&l:&é}%%@f&%ﬁh@%&ﬁ%@(:l& EMOEIE N CHEEICHETZRE, )
. = i e — I BRI ZETOTE,
RERSUEREOKBIECH TS+ - BERZRDEDD 8.4 AREHMERORHEEEALCRESN TS, BIERORHEII O TERS

& BEBROEEEDBEBZMISHRENDEHT T, R fE
AR EECRIABZTHICBR/UENARZHERATBLS4
EREEZEHET DL,

2. #= -2k
2.1 BERARLE
2.2 FBOEDICHUBSIEDEHEEDSH 2HE

3. iZR AEIE, flST FEXRIBAE
31 @
AREEMNHEE SR A 7)1 AROE FOXO— (HPMO) 2 )LNA PIL1A
TBREN, TNTN LR EZHT Bo
) (134 PILERE ML)

HIRDIZH DA IV ARBEF R L TLDD, INSOFREMEHTER T 2 RPIETE
?;JJ\Z%’E_;:?E%ICEFB%@'%:C&(KT‘-EHMTCB’)\ ARDERSICHEUTIFEER LM MEZ
[CHREIT D&,

9. HENBERZHIZBEICHISIR

9.1 SHHE - BHEEFDNH2EHE
9.1.1 RPLREDEE
LSSk T2 N7 Y NG VR ON Rl s dsyalichar iy gVeivdE Y

DNZRENDR ST D &,

9.5 i
FIBNFHIRL C VD TR DHDLIEIC(E, SBR_ EDFRIEN BRI Z 01D Hif
‘[Jﬂéi%f(:]@&ﬁﬁﬁ‘g“écto Y ERAVCEIEFRESHHREREBLTLERN,

15.2.188

9.6 &Iiw
5 5]‘:‘E§®EE§’|'$&U“?L%§®ﬁﬁ'f§%%h§b\ RADBFNSPIZREN T DT,
.7 B

6 ARBDIARENREUERRABRIEEBL TR,

11. BIfER - AES

ERHDEETIETIE, 7 7UNIRUY)VBRERVerofifs. DYV RIMEZERL TS,
A RS ISDIREZZERL. 1NN TINS5 TMIZRINY 3(CEDEEHRRT BIchICBEFIEINT
(AL

HPMCH)L (131 7 )URRE1.5mL*?)

2% =8
EOX0—2 66.00mg
ROXSE—IL 1.31mg
BIEF DL 10.59mg
UVEEKFRF MDA (KPELT) 0.45mg
UVBE—KFAUD L 0.24mg

E2) WS RS DIERZERBL. HEEDREG®. N1 TILDS1BSHIC)DRARED2mMLZRINT 210
BRPEEHRRIBHICHERBESN TN,

3.2 K
15H E HPMC%* )L
27 RE~BEBOIEXDOR SREBAAEEDBR

pH 6.9~7.4
4. e, IR IS MERE
RERBEIREKEAE
5. Mk, IR IS MHEEICENET DR
ARFHRERSILREKBAELHECHSNCRECOHMERIT DI E,

6. FiERUHEENXIIERAE

B A0 AROBBZH1cmX1cmDBFIRICIZD R IICKERIGHBICH FEH I 2.
BISEE1cm’HIcDIRSEIF2X10'PFU (10ul) ZBZRET . ARD 138852 DERAFR
BRUBKREF. TRICHVFHICEITELT S,

6.9~7.3

i 1B&H 1) DRARE 1BSBI) DRXRE
(FS—ORAEN : PFU) (mL)*
3R 2x10° 1
3L 4x10° 2

) BEIEHPMCH IV ERE UIcts DR E

7. BERUHEX B ERGAICREET 53R

7.1 BUSH AT 2F TIRE T2 L, RBEEDRER. EEICKIEORIEZREINEL
RS NTIBEEZDRY TIFR L,

7.2 BUEDEAELICSSZANS DRSS EE T U ROFHULLVBISDBEERIN T 5T &,

7.3 BASERIENBERVCEEE. REICUCHZRISDBEEETI ST,

7.4 BEESNCSEIFTREGRRONCIRSZTU Lk, B1O0RS THRTS .

8. ERREANIER

8.1 ARDESICHIOTIF FRDBRICHITDARBONEMEELEDIC, ABOEERD
ZEUZOMAROBEIEMERDEDICHELRBIAICOVNT, BEINBEEICXER
HOCRAL. BARZFTHOERERSTDH L,

8.2 ARDBFHN SR SETO—EDFIEDHMIF. HSHFTHEENRE T DRERUERS
Flew =27 =885,

8.3 ARDETKRSIS, EEINZDZHEZETICASIL. BEFBERENBELICER
ARECHIUICIBBICDFEAT 2 &, ARENTT T IRICIE, BRSEFOHBZ T
DICKFBUICHE. EEBCTEVIRBRNTA S LR U LT EEOSEEEDD
ETRMBI DL, Ko, BEXEBERKICH U, ARDBSICIIFIRE T HTREMED
HBHENEAZFCOVTHTOHRBL. EERSEASH DEBH RO SNIIZEICIE, R

2z2) =8 ROBHER - READGSHNBTENBBNT. BEAETHIT. RENRHS-HE
E RURHY 5RILIIRD 5X10°75—2 I3RS 35S BB TS &
Pt (PFU) 11.2 ZOHOBEIER

Al JUEUY 0.1mL 1% E~10%K7%

[ S 8.0mg RESRUR MRS #I3E. AU

UVBOKFRFT RO L (EHKYELT) 1.14mg " s

HEEAUD L 0.2mg 14. J:EE'\

e 141 BB
VYB—ASNUDL 0.2mg 1410 AemBOESE B, 5 SERYOIIRE) [CIHREFLEERL. B

[F5T&,

14.1.2 FESNEF/NA 7 EROHPMCH IUINA 7 )V R =B TERL. EP OIS
EOITBDE,

14.1.3 BBRUERF|NA 7 VR OHPMCS ILINA 7 JVIFEERE LBV &,

14.1.4 FRE /EAVUVICHFEBEUEARRE, —20:5CTREFL. 6BELANICKRS T
BT

14.2 BSEBOER

14.2.1 {E5AVUVIICTHESNARBRIERTHERUCHSHERTDE.

14.2.2 ARZEERSUICE, FEEBMEOBKEREBEY RO SH CIRSEMIZ246—E ST
& B 2485 ICEOK IR EM ROBHZRUNL, % CIRSHBUZEES .

14.2.3 FRBOAROER. MOIHERBEHDNA TIVROCBSAYUYIES, BRAERE
FEYELT, SEBERBEDFIEN FRERTEENRETIRSFIBY Z27)LIC
HOTBHEZITV, BUICEET DS,

14.2.4 FOTRICASIZAEICE BBICKTHRWRI L.

15. ZDfthDER

15.1 ERFR{ERICED<IER

15.1.1 ABOEMD THBIEMIE IS -5 (COL7) ZHIRT DIEBTEILRT FHEIBR
BHEAN)LRZ DA JVZTEL(HSV-1) [CDWTE, EG TR EMEDOEREFDR
HICKRDEYDSARIEDERICET DIEE (AILINFE) | [CEIETERINIE
—EERRENEDSNTNDIENS, ABDFEAICHIHTIFE—EERREE
BT RMNENDDEICBET DI,

15.1.2 AROERSE(CHHSV-151F R OFICOL7HEDEENBH SN TN,

15.1.3 ARR5%. BEORBMEICEDA )V ART I —DEEND. ABIRSEICIKREM
E(CENSBE(CE, FIEFEZEERITDKRD. BEXFBERKITIEE I,

15.2 FEERPRIERICE I<IER

15.2.1 ARFMTDRCBVNTEBEBADHTHOBOSNTHS T AR SHOEE
FEFHEUZTIFEW. [9.585]

21. FERRIA R UHR

21.1 RUSERTER, —EHDERICHRD T —I D EBINZE TOHEIE. DEHENRICES
IRFERIBEFZRMI D&,

21.2 REFESHREOKIECRT 2T 00# - BREF OEMDOHL. BEERDER
FEDBYENBH RS NBEMH T T ABDEATESICHRDMAE T HICBEBLL
ENARRZEERI DI ONEMEBZHT D,

21.3 [ELFHEREIEVEOERAZORMICIDEYDLHRMEDERICEI T AR (FL
15EEFSEI7S) | [CRDTRRS NI —EERARETETLTARZAVD K.
TOERREOEANE. VEGEBEZHF T,

OFHHEEF AN ZEZSEELIIEE L,
BFANDUEIIC T TBRLEEL,
BT TIELFE TGS/ =T — & i
MBZLT R OERLEERTETETT
(17)000000(10)0000

#2025 1084E] (552h%)
20257 B1ERL (5B 1h%)

(01)14595557358016
BN EREEEERENRISRTES (XHERERVUBVEDERE)

Krystal Biotech Japan#{&tt

T105-6923 RREBEXE/FI4-1-1 WSEINS AT D—
RXFALAIA D TAA =23V VI — EEtSEATSHLESHERD)
S BRANSSEEH 9:00~17:30(+ - B - 178 - RitAREER<)
EFEES 1 0120-000-591

VYJ-2500239
20255 10A4ET



