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Abstract: Dystrophic epidermolysis bullosa (DEB) is a mechanobullous
disorder caused by mutations in the COLTAl gene encoding type VII
collagen. Tt has been included in China’ s Rare Disease List, with
clinical management primarily focused on preventing mechanical trauma
and infections. In recent years, significant progress has been made in the
development of advanced therapy medicinal products (ATMPs) for DEB,
with two products already approved for marketing and multiple others
undergoing clinical trials. This article reviews the fundamental
characteristics of both approved and investigational ATMPs for DEB and
discusses key considerations in clinical trial design, aiming to provide
valuable insights for the clinical development of advanced therapies for
this condition.

Key words: advanced therapeutic medicinal products; dystrophic

epidermolysis bullosa; gene therapy; cell therapy; clinical trial design

AR, SEiE BT 25 i Kk R B SRS R K PR AR
FWARE (dystrophic epidermolysis bullosa, DEB) J2 B.3E [R50 , BUW
BB, AR Im PR 5K L 2GR 7 24 W R ) 2 BE B YT 24 W Y
WA MEZ—. HET, 2BREA VYJUVEK,ZEVASKYN 4 2 A JE A
BT 2R BT TR PR RIAIT ) A 2 A R I R
I REA GC101,WG1025 25 2 A4S 7= i 35 45 i PR 1 36 B /i
A, DEB J2 4 VIR J5 ol HE(Y) COLTAL SEPH % A 588 |
AR BILBRE R R Mo o VIR Ji D o7 T 2 B Rk G I 0% 2 1 4



Chin J Clin Pharmacol

3285

Vol. 41 No. 22 November 2025 ( Serial No. 444)

T B T B2 RS B 40 Al D 2T 24 1y 32 21 B4, il i
2T i 40 B B ok 2 S BB R R AT A Y . DEB
e I R MER BANRAE A — FP 2B, AT [
S IR S o I PR A E A R A 2
R 5 5 AR T B e ik 2 B0 A 7 728 3 B o
COLTAY 28753634 . DEB W] 73y i Y (6, 1K @ P 33t 4%
DEB( DDEB) I 44 {4 {4 e 38t 4 DEB (RDEB)
J&%),RDEB i # Lt DDEB " 8152 , (04 12 Y Kk
Rl FEAE T WA o o Ak & R Rk 41
Mfidi ( cutaneous squamous cell carcinomas, cSCCs) , iX
/& RDEB BEIET-H FE RN, 1697 EFERA
W7 USRI h F I 2 vy s

AICHET DEB BB FFAE , L SR YT DEB 12
AL TR BB S IR ST 24 i R EE A DL, A
7 AR VARG 7V <o = N L 5 A S 4 8 e o
PEPEAN S5 07 TR T I PRI BT A R R, BTE N
DEB SEHEGYT7 25 I RDE R R A 45555
1 BEWmE#HETLR
1.1 VYJUVEK '

VYJUVEK & — & T g i 5 1 &Y
(HSV = 1) A iy 55 K97 25, #5487 COLTAL JE[H )R
FRI T DEB B3 #9451 iF, VYJUVEK m] %% 5 £ 5t
S LR ST 4 240 L, %5k VIR I 2 11, AT 3k 33
PR HI . %25 53K FDA #itvEH + 6 4~ A K& LA &
AWV R H ol 5 (COLTAL ) FEH 72 S 501
DEB RYE# 0 10697 o JTRE 7 — I/ I3 I R e
(KB103 —001) 1 — 25T I & 1ifs R 56 (B — VEC - 03)
PASCRf B,

1.1.1 KB103 -001

WF5¢ KB103 — 001 & — T B rpgs T bR 45 | Fil
BL ) 23 N2 R B 17 I i R, B 7
AT B - VEC 7E DEB (83 #9224k 253807 DA
WA RNE . EEH L, O H 20
AR, AR ERE bR o0 2 8 1012 A58 @G (&
SCR A5 AR 90% ) 1Y L] 22 58 4 A E A [A]
W 4 BB Tl Ma i b M, e,
MEEA S TP EFE 2 ~3 D ROFILECA i, B 1 1
520 1 BB s B2, N T I3 T e
B, ZIEERN=18 2 =5 B3 =2 % A
M <10 cm®, <20 em® 3] <50 em’®; 25 25 57 2 M e I
1 x10® PFU #5555 1. 57 x 10° PFU(fu & T 2452
Ji BEFAST ) o

A 12 12 180F RS EAE 10 B 235 2 2
] (CFE4ER:20.3 %) S 5 AP, by S 44 L

# ;7o RDEB, SF-34 455 L1 B2k 9. 08 em? | Hifv 455 11
HEAUE S em’

VI, A 9 Nl T 35 BRI H A
RFM, EHBREY ARE DR, ZHARFEMNS
B — VECH) K¢ NS A & (AR AR B 45 2507 0 o
HFA A RS AT, Nt 23 AR BN S A
T T

RCERETERI AR O 1y B IR TR A AR A Fh ik ss 1
VIR 58 Jir 2 1 P 838 56

I PRAG R T T, B 4 A X HREH 56 8 10,12 i)
SEA AT I L) 4 9y 82.4% vs. 0% .75.0% us.
33.3% 85.7% vs. 14.3% ;i85 41 FIXT HRZH 28 5¢ 42 T
B RIS 13.5 d(95% C1:8,21) vs. 22.5 d
(95% CI:8,64 ) ; & K 2H A%t B 4 Hr 4 o8 A A i
AEE ] 43 51 2 103 d (95% CI:94,118) ws. 16.5 d
(95%C1:0,66) . FIEARMIFN R, DEB ;1423
B - VECIRIT B3R %5 SR 1M, I8 - e B 32 10 2
Z T AFFI AL 2 5 56 WA BN T2t
X 58 AR B8 SURFEA AR JeTE S I DA K dik =
AL PSR E R R SR S PR R 2R e SO IR R 1k
1.1.2 B-VEC-03

R —I Z s | [F) 32383 N2 BRI 0 BROBUE
P I I R X 5, B B B — VEC (L Ath &4 FK:
KB103) {697 DEB 1A &k e ek, Ad=6 4~
) DEB (35, A & — X 45 1 K /N At ) 6 L A1 XL DG
Be, HAM ¥ A 78 2 1 R 2R 2 il it B 4 ok
e H . REXTBREAL T RCHESZ B - VEC B2 5] (R
TEFNEERS ) B R A SR EBIA YT o 45 2550 Bk 405 11 1
U E KK 4 x 10° PFU ( <20 em®) .8 x 10° PFU
(20 ~40 ¢cm®) 1.2 x 10° PFU(40 ~60 cm®) , JfHiE T
R KGR, FEA LN 22 .24 JHELES 24 .26
Jise A (100% ) 1 o 25 57 5 S BIR B SR 56
8.10 JH 55 10 12 58 @A (100% ) i H i) 22 5
AR S AL HE 2 22,24 .26 JA LS8 B4 ( visual
analog scale, VAS) #E4r B PREE (6 % LI | ) 1 &0 . iR
TR IE S B AT B VT IR (Face, Legs, Activity,
Cry, Consolability — Revised , FLACC - R) 523 (6 % A
)&, BFERREERTTE R 26 JRiaYT I, LA RE AN 1
MAMWZEERTIE . bR T ELRH A, b N
D7 AZ AR PR T — e AR VT E () R A T (B 52 3K
UK A TE B A5 N M R 4 52 T TIORR 25 1Y
B - VECIBYT o B JAXT 32 RN 2 A0 1 it FH 1 6 51 i
A ao e K A )

ZIRE LA 31 23210 (20 £ BHEF 11 24



13286

v T R 25 PR gk R

413 S22 2025 4F 11 J (45 444 1)

PE) a4 30 4 RDEB 35 F1 1 44 DDEB fE 3%,
P2 A IRIT W0 0 T B FEL R 2 ~ 57 em®, Hidh
T4% ()5 1 R < 20 em®, 19% 4 45 1 1E FR 7E
20 ~40 em® Z ], 52 2B EE S I 97 A 405 11 Tk R
R 2 ~52 em®, Hith 71% p9 45 D TR <20 em®,
26% H0; TR RLEE20 ~40 em® Z[A], 218 & A4
K17 % (1 ~44 %), H 61% JLE ¥ ~17
%) o 64% [ZIRFE R RN, 19% R

Il PRA RCPE 7 T, B 5 B — VEC 4L Ze a5
ZHEF 22 24 JRERES 24 26 JE SE AL A (100% ) 1 H i
I3 R 65% . 26% , 2 5K 39% (95% Cl: 14, 63,
P<0.05), REREL S B - VEC R4
8.10 JH =55 10,12 ASE 2@ A (100% ) [ L il 53 5
68% 23% , 225 45% (95% C1:22,69,p <0.05)
I HLIE 05 11 BRI e R B S AT T AL 4y
Mro BT VAS $E43F1 FLACC - R $E43 R7ESE 1143
B3l o W05 B, HLAR X 1k 25 9 20 17 0 2 Al
5%, B M2 S B A e A ey , e 2 T AR e

LAV 18 B2 (58. 1% ) il T 45 14l
A R, REZHON R SR ™ 8RR O 2 B sl
B3 B iAE LT 5 Bl E N R, R BAE
TR, B4R > 5% A R FH 355 5 81K
cSCC LLBE  J7 95 Wk AL &6 . 3 1] eSCC BN N
SREIEIFTC . B > 5% (R BN KB
FERR LI K% EWRNR S . R R A A R RN
M 1R BTG
1.2 ZEVASKYN ™

ZEVASKYN J2&—Fh 3t /38 B 1 A Joa 4 i iy 3
PRI 1, ok 30 Sy 7 5% ORI AT T BRI G
PAFRIE COLTAT BRI A IR I A 1 o XS4
MR AL 1 ~3 )2 .29 40 em® (R S AN A, ey
FLAiAYY RDEB S AF R JLEW GO, JFRE T —5
I/ W afifilm PRI (BFFE 14563 ) — 351 10 i DR i 35
(5% EB — 101 — CL - 301 ) Fl—I5 A3 24 Fide vk
KRV 5E (B9 31095) DASZHE b,

1.2.1 EB-101(14563)

& — TR L FFOhR 2 SRR [/ 1 a
WIS, BFE RN EB - 101 763597 13 2 KDL I
RDEB & h A st M ek, FEEMNEE 2
P BFTE o o =340 I 52 JE B BF 58 R4 T B
B OIS ARRGRIT T2 M0, DL R ) 10 AR ) B4R
MG/ R Rl T . AL 13 % I DL 112 RDEB (1)
ZRE I HAEYR T MU B Z 2> 100 ~200 em® [
1B T FE— KRBT AR, 6 5K 40 250 cm’

IR Fr, 18] 640 AR . AT R 2 502 3.6 i
12 4> i, 5 A2 e B AL =50% 143 F EL ]

ANBT 7 B2, FHAER D 28.6 5, REE
ZRENFVETL 4% ) BN, 42 44510 (38 4b
PEPEG DR 4 e 1) 2 TARRIGIT . ZiE
PR EEHFRY 6. 16 4,

7 BISZAAF ARG T 121 B R34, 4 52305
RAT 14 B EA R0F, ARSI, 5 F%
A RET 12 IR SASA RA RE, B TR
VIR JR BB A7 PR TG 3G TgA 35 m AR FE
12 11 AMESGY 7RI D rp 4R T 12 BI0aay T A R Y
P ER B, Ho 9 IR SRS ARG G SR BB SN |
BB . RAET 2 BBET, SARRIEK,

I AR RO T T, LS AR TR 1 i
S5 FURGS BEZH AN W] B[] 5 B E = 50% Y £ H
Fefil, 3 A H 40500 94. 7% 100% F133.3% ;6 4~
HEE, 45k 94.7% . 75% F1 0% ; 1 4E B, 4% 51 H
68. 4% 100% F1 33.3% , IREL ML TP N
FI5 495 11 AS [7] A i) gk 5 1 B =30 em” (9455 1 HE
Bilo 3 AN HEF, 23090k 71 1% F175.0% ;6 A~ B, 43
Wk 57.9% F 25.0% ; 1 4F B, 43 51 K 26.3% F
50.0% o PRAZMEL S T 18 M40 10 7505 R
R L A [] i ] A AT PR =T75% 45 11 el . 3 S H
i, 2351 81. 6% 100% 1 33. 3% 56 /> J I, 4351
65.8% 15% 1 0% ;1 4£0F, 4351 K 39. 5% 100% Fll
16.7% . ZWFEAK FBENL LT, X WF T2 2 5 P4k
A REAFAE AR A7 o

ARG AR T VIR g D 2 11470 4 0 440 L e e
1.2.2 EB-101 - CL -301( VIITAL,301)

ORI Z s BEAL R4 BE A TR I AR e
ETEVEM EB - 101 XJ L AR R 97 T 58 (standard of
care,SOC) 7EIG Y7 RDEB &35 K im AR 45 1 1y A
RPERIZe e, AZH=6 2 InIKHfi2 N RDEB f} 3%,
HZEDAEP LA B (I Z AT A S %) . b
T, A AR A A B ICB W, I 2 R 2
A HA I, 75 HRLERT R =6 A~ H L 1A =20 em®, Jf
BRHZER 2 W0 1 (o SR FFIBOE B2 kA 1, 3 43
KRG, HARGEH ) o Mg & b, i) 5
VERETT IR T FUAE X0 B A b 43 11 o B9 52 33 DT
BCA A X LL 1 1 B Fe AL 3 Ly EB - 101 2H 5§
SOC #., EB -101 £ P 6 1~ 40 em’ B4 A,
B AL o AT RS 5 24 JH &/ 50%
AR B (2 J 5 AR PEAL A L) i Wong — Baker



Chin J Clin Pharmacol

3287

Vol. 41 No. 22 November 2025 ( Serial No. 444)

FACES 1 2 80 80 7 PF 49 & & ( numeric rating scale,
NRS) PEAG 19 92 it 1 DL AL G L [l 28 5. A
BRSNS 12 JERI 24 JE B 58 4 A 1Y) B4 g )
JE RPN o BEVTINSE 2 ~24 J4 . X858 %
J& , R E NN TN 15 AF R D i 5%, H
WS AENERAEEATT 2 W, IS 10 4F R AR
LG/ [R5 o

AN T 11 Z 2 E 3 86 M,
NI 23 % (FEH 6 ~40 %) {345 2 %
JLE (3510 6 2 F116 %) 7 151(64% ) KL, 10 4]
(91% ) RN, 2 Bl (18% ) RV BEF i sl hir T o
T2 1 - 4 Bk 3.9, EB — 101 2134 &
B3 R 156. 4 em?® o 5 E P35 RO ] 35 5 45
(FuHH:0.5 ~21 4F)

e PRA 25 P T T, 2 05 EB - 101 201 SOC
5 24 J 20 50% @4 n Le il o 5 ok 81% Fi 16%
(P <0.0001) ; EB — 101 Z1 71 SOC 2045 24 J5 -+ ¥
SRR —3.07 4341 -0.90 43 (P <0.001) , YREA
&i:EB - 101 44701 SOC 255 12 Ji] 56 4 A A 1 b 5] 43
5l 14% A1 0% (P <0.05) 5 24 JHi 58 4@ 15 9 EL
#5350 16% F10% (P <0.05) o HAMRRIEL fif
FEHAWPIR VP AL 1 3% PR DR AL R R 5 AR
HR 12 A 24 F 2= T5% 0510 BLA i SE . EB
- 101 1701 SOC 2155 12 J 20 75% 5 te il 3 5 h
46.5% F17.0% (P <0.001) ,%5 24 B £/ 75% @4
Fe 53 5 K 65. 1% Fi1 7. 0% (P < 0.0001 ), &4 i
T IRR ML SR GR RS S T A R IR S
M AR AR o BT D ERAL AT A A3 A, R
A EA 2,

LAVETTT, SR VS A By 6 R
(JEHA 3 ~6 J) o 11 B2l sty 1 62 A R
o 2 BIRE KA T 5 IR SAE, Herp—fBilk B JIRBIAR
AR, S S A IRIT IO R, R AR =20% 1A R4
ARG TARG RSP ER, Hoh 4 521808 &
A4 IR EB - 101 £5¢, R BaHF BRZH 4354 24
T BRIGET AR A R, Horb 3 ik SEB - 101
AR, TG AR . RRAEFET .

1.2.3 EB-101 -LT -001

oW T EB — 101 3697 )5 WA RO A2 4
HHHARB DTS, A3y I W . A REDE
Wt VG SRS R A B S , e AN
R P BEUER G O s SSC ] 52 il 10 e s B¢
(Replication — competent retrovirus, RCR ) 1F .,

THRIGIA 22 ], AN A LS 5233, Hoh 2 ik

A 5T 14563 ,10 fil3k F A58 EB - 101 - CL 301,

ARG A R K], A RIRIT T A R A
PEo H 3075 12 A AR A B4 B £ ik
) =50% @AM =75% @A W A 5 518 78. 9% vs.
10.5% (P <0.001) 52.6% vs. 10.5% (P <0.05) ;34
7 ) 18 A HIRyr dURxt BRAL A 15 1 38 3 =50% fir &
= T75% #4194 5k 60.0% vs. 13.3%
(P<0.05).53.3% vs. 6.7% (P <0.05); 597 )5
24 SR YT AR B 1 05 1A B = 50% G Fl
=75% M5 4 0 H ] 4y Bk 75.0% ws. 12.5%
(P>0.05) .75.0% vs. 12.5% (P >0.05) . I IHI%
T O0 LA R BN B35 405 11 AR P A AT el o

SMRG M R, ERAT 47 BlIRA R4,
Horr 10 Bl ™ EA R FAER 6 HlRA R/ BT
FEBEE BRI, B A T 14 Bl Gy, R th it
T2, RKRESFEMIR LA RFMF, IR H
P 5 G AR L SCC LR IR DL L X 1. ™
ANEFHIER R TR 40% , Hidh R EZ50h SCC, ¥4k
HILAE EB - 101 3897 45 3B AL, RIEE 54 5k
SPAHRIA RS, KB DTOIEUE A B A
R A iy 3R a8/ WU EE o
2 DEB SE#tiaT A MG R LR 3 H7

BZE 2025 4 8 A ¥, 7E https://www. clinical-
trials. gov/ Pl L “ Dystrophic Epidermolysis Bullosa” >k
RHEIEER X R G5 R T2 4, A
FIAYT DEB FSCIEIATT 24 Sl AR 36 3 30 1), A
WA AN T o e HEIBIT 25 5 26 AL 3 240 45 . COLTAL
FEDRAGE IE 1Y £ 20 N el 2T 4 40 i 25, nT RER VR T A
f& % 5 {& (40 NCT01263379, NCT05725018 .
NCT04186650) 1 ~" Hrht by ifr — ¥ 0] FE B T 40 g,
KR T B BE. Y AR R0 IR B (4n NCT02323789
NCT03529877 .NCT04520022) 120 B4y 5 174, %%
FARASEIGY T, A At 5 (NCT04227106) ' 5 4
JANE L, S5 T I 78 0T 40 (4 NCT04173650) 7
RNA JZ SCEERAFIR (41 NCTO3605069) ) 46

BBy M RTR G A B 45 2y, BRIA S
TAfAh , 20 R R aa 24, R 43 i T B kA 1, 2
BONT A B0 1o 18] 78 5T 1 240 A — e oo Bk
T2

MG RIS 43 300 A B2, 1 T4k 7 T B B, 12 T
AbF T/ 1 HAR B, 3 itk 1A B B, 7 WAL F 11 A
B B, Fea AR W 530
3 RIRIEIEIT R ERE

T DEB B98I FRAE , DA XIRYY DEB 92 it



13288

v T R 25 PR gk R

413 S22 2025 4F 11 J (45 444 1)

FAL F 0 & B Bt 0 S5 HE 1R 7 245 A R JE AN B0, 456
CHFIL 38 PR YT 7= b I R I I8 Bt AR 18 = R
WY % DEB SGHEATT 25 i IR IR B e e R
AT .
3.1 IR E K KE AL

DEB (B 1R AEAE AR I e 26 80 4 S PE/KE, &
BT RIRTE R R BB RAE AR FEE R
FAR I8 RIRIZEE DEB Kl PR ™ &
TR 22 SR, 8K, DDEB fB# R B, RIA
BERME, R R RKE, FEAREHERAR,
RDEB [ Ilfi fik % P . DDEB ® = &> —1ji & F
RDEB 5| i (95955 T 45 1) SCHR# BH , 60% 1 5835 1
PR T HE R 30% DL EmA, 15 1 AR K
I AR SO R I 2, 1 PR A 1 He & R M 11 T AR
IR RRIZ i DL RE R AN I & RE £ 46 R JER s AR
Sk Fn FEHERAR SNSRI
[ARER N ST il G N i N EVA-= £ 3 151 TN
b FFE (k) BR800 U , A= 06 o & B . 7E
S I T Y R R, SCC Y RUK: Ky 76% ,40 %5 i)
SCC HIBET-FIKF] 84% ' 5 AP BEAIMEAER K Jik 1)
M DA SGE SR e L, HAT IR T ik R
RRFREIRYE A RRIRYY o XPRETR Y BB A DAL BE
WAL AT DU AL AE RIRIT o SCRRIR YT A XL
Rl PR B T ILE /K FE R 3R L, 45 T R I W B Il
FIRE R AR B i & 2

%t LA L DEB #4515, DDEB #il RDEB 77
TEIGIR TG 2K, PTAR 4 77 o 7 55 £ % DEB B & A HE.
H AR ARG RIRE G B A B e deiayr 25 5, 18
O3 M ANBEIGR ST 25 RN FE R YT 245 fh o ANBRIR T 7
E AL A T 40 A 0 2T 4 40 L ) 75 R T A0
SEDNAYT ™ b 1 B HE COLTAL SN 10 £ Jo 40
TR AT e A0 (HRANE IR ) H5H7 COLTAT JE R 1Y
FEPIRYT P i (RN ERC) o ok, A 4o 2E i
FI RNA SEAZTTRRAL T R B R PEIG RIS B B . 1
AbF I RAGTITFE i B 1) 56 D8 4 B R, o 2 — b A i
SRR, DEB M N Z RS2 R, HATH
I RIS 22 5 1 T B W45 11 B &, 10 VIR PR ) 2%
i, A3 T PR, AR SR
3.2 ZikFEEF

M\ DEB filfs IR 75 2K th & , 25 18 Ae #5697 25 5 1Y
IR EAL, A IE M Z I . ey &
FEHSH DEB B, — R AR 2% % T
WA, LN G, FEAALE/NMERS ) 323K
o B O RES AT It n] S e PR /N T ARG T

AT, PR 2 S K AR Y A 15 B AN ] T AR
P51 TR AT R R MR 5 SR i 22 I 2 AR 56 4
FIERR A SR 0] o B X 52 M 45 11 A i R 2%, i 2
JERYL B IR ABEIRAS AR TS T D 1
AHEBREH HEAT A E o
3.3 RAWigit

# 8 3) DEB 27 WL , B FHHE D, @il e ik
IR EA . I PRI HE R T BEAIL O R i
T, 8 T 328 A 22 5, ATk R 52 1
PO I Brive S (IR v N (T B VA NP U e U L D
F1, BEALS B 2 g0 AL R X BE 2 . ZE AT RS 0L T,
HBCRHE L R — 2 Bl AR e IR 25 ) 5 A5
25 B AN RN 25 25 B AR AR o
3.4 BHIHEEMH

ARV 8 bR AR 98 Se R0 7 25 5 0 R SR R
e 5 i , ATERRTEA [F] B[] PPAN AN [R] 72 B2
P FV A I O] | 2R ) A A e ) S R
A FREEIT[R] AR A 0 R DR i 19 O A 035 o
HEPON GG D0 AR A DR IR Y 80815 O L R AE &
AEOLAE . DEB Il R 56 H AT BE A ZH AL 4% LB TE N
FI A [R]4F i 1 22 i3, PR H8 An i % 08 L B 1Y i
FAE
3.5 ZREMEN

X TR Rk 45 245 07 U 25, 1 B R AR 1
AR T NES, WA R RS
[T X 4 BN R AT RS, SR 32103 N
Xof BE BRI 5T, T REXT 4 B R K S5 (R R O 1k ) 1
HORPRAR . AR SCHEIGYT 25 5 (R R A E AL, &
APEVEY AT REIG AR, N 25 0 Ay 300 2 SR i R e
BV ZBRL = &y, 348 T R DG T 4 & I IRa 15 0, I 5 B AR
B k5| ki) SCCAHAER .,
4 itig

H AT, 77 W 5% DEB (3G 97 T Be SO B %t
FEEREAR 0 4 B EIETT AR IR T oK o Ak, B
# DEB Ui 0 T ML 58 UL K Sk iR YT 25 ik & 1)
A%, DEB iR YT IS ik e, BT, A3 2 3otk
RIT At BT, — ORI ENR T A, — O T
FEIASIE R B RAHIIEIT 25 0h . D3 oh, Bk 2 15
HEVRTT 25 ST A RIS, 4G COLTAL JERAL
TP A JoT 20 i s 2 A 20 i 5T COLTAL B 5 1) i
BRI RIA YT 24 0 AN ME AP . RNA S0 U
M4, HAZ 1/3 b1 I IR B, A SGE I o
Hrify7 DEB W5k ia T 24 i BRI R 3R 3 11 I
PRIREE 25 T4 I PR 2 2 N5 oK L 32 e % R



Chin J Clin Pharmacol

Vol. 41 No. 22 November 2025 ( Serial No. 444)

(1]

[2]

[4]

[5]

[6]

[7]

[8]

[9]

[10]

[11]

[12]

[13]

JeitiRIT 2k
5]6 LS

ATHCERE T B A FEVE %07 T, 44 T DEB
RIS B G 5, B e DEB
AT I RBE SR 32 5%

FDA. Approved cellular and gene therapy products [ EB/OL] .
2025 -05 —15[2025 -08 - 10]. https://www. fda. gov/vaccines
- blood — biologics/cellular — gene — therapy — products/approved
— cellular — and — gene - therapy — products.

U. S. National Library of Medicine. Search results for " dystrophic
epidermolysis bullosa" [ EB/OL]. 2025 - 08 - 162025 - 08 - 16 ].
https : //www. clinicaltrials. gov/search? cond =  dystrophic%
20epidermolysis% 20bullosa.

FER 2 ERR 2P IR RIS E R AT [ EB/OL].
2025 -08 - 162025 - 08 — 16 ]. https://www. cde. org. cn/
main/xxgk/ listpage/4b5255eb0a84820cefd ca3e8b6bbe20c.

e AR AR G 2 R BCR] . SRR I2 T 5
(2019 4EJi ) [ EB/OL]. 2019 - 02 - 27[2025 - 08 - 16].
https ://www. nhe. gov. en/yzygj/¢100068,/201902/
073540€8{83h4a54a28684 d23e2ae2f5. shiml.

THBREE, 0707, KVEL . 8 Al IR 2 B WA AT B30 4k (R B
i [J]. o ERRRUEZ izt . 2019, 35 (6) : 380—384.
R DA P 2 BIARORES LAY AR 2 i
EHR ER P EEMR . A2 W% H R EB/OL]. 2018 -
05 - 11 [2025 - 08 - 16].
¢100068/201806/bd1611850 {f14bc8888c149567fe0aS55. shiml.
LI B SRR . BRSO MR BRI LE IR T R [T ]
JURI 224 . 2019,25 (1) :56—59.

FDA. VYJUVEK[ EB/OL].2023 - 08 - 07[2025 - 08 - 16].

https://www. nhe. gov. en/yzygj/

https://www. fda. gov/vaccines — blood — biologics/vyjuvek.

FDA. ZEVASKYN[ EB/OL].2025 - 06 —27[2025 -08 - 16].
https://www. fda. gov/vaccines — blood — biologics/zevaskyn.

U. S. National Library of Medicine. Gene transfer for recessive
dystrophic epidermolysis bullosa [ EB/OL ] . 2023 - 08 - 22
[ 2025-08-16 ]
NCT012633797 intr = NCT01263379 &rank =1.

U. S. National Library of Medicine.

https://www. clinicaltrials. gov/study/

A phase 3b study for the
treatment of dystrophic epidermolysis bullosa ( DEB) in new and
previously EB — 101 treated patients[ EB/OL]. 2025 - 06 - 27
[2025 - 08 - 16] .

NCT057250187 intr = NCT05725018 &rank = 1.

https: //www. clinicaltrials. gov/study/

U. S. National Library of Medicine. Ex vivo gene therapy clinical
trial for RDEB using genetically corrected autologous skin equivalent
grafts (EBGraft) [ EB/OL]. 2025 - 01 —29[2025 -08 - 16].
https ://www. clinicaltrials. gov/study/NCT041866507
NCT04186650&rank = 1.

intr =

U. S. National Library of Medicine. Mesenchymal stromal cells in
adults with recessive dystrophic epidermolysis bullosa ( ADSTEM )
[EB/OL]. 2017 - 03 - 03 [2025 - 08 - 16 ] . hitps://
www. clinicaltrials. gov/study/NCT023237897 NCT0232
3789&rank =1.

intr =

[14]

[15]

[16]

[17]

[18]

[19]

[20]

[21]

(23]

[24]

[25]

[26]

U. S. National Library of Medicine. Allogeneic ABCBS — positive
stem cells for treatment of epidermolysis bullosa EB/OL]. 2022 —

10 -07[2025 - 08 — 16 ]. https://www. clinicaltrials. gov/study/
NCT035298777 intr = NCT03529877 &rank = 1.

U. S. National Library of Medicine. Safety and effectiveness study of
allogeneic umbilical cord blood — derived mesenchymal stem cell in
patients with RDEB[ EB/OL]. 2020 - 08 —20[2025 - 08 - 16].

https://www. clinicaltrials. gov/study/NCT045200227
NCT04520022 &rank = 1.

intr =

U. S. National Library of Medicine. Phase 3, open — label clinical
trial of EB - 101
epidermolysis bullosa (RDEB) [ EB/OL]J. 2022 - 12 -05[ 2025 -
08 — 16 ] . https://www. clinicaltrials. gov/study/NCT042271067
intr = NCT04227106 &rank = 1.

U. S. National Library of Medicine. MSC EVs in dystrophic
epidermolysis bullosa[ EB/OL]. 2025 -06 —25[2025 -08 - 16 .
https://www. clinicaltrials. gov/study/NCT041736507
NCT04173650&rank =1.

U. S. National Library of Medicine. A double — blind, randomized,

for the treatment of recessive dystrophic

intr =

intra — subject placebo — controlled, multicenter, multiple dose
study, evaluating safety, proof of mechanism, preliminary efficacy
and systemic exposure in subjects with confirmed DDEB or RDEB
diagnosis with one or more pathogenic mutations in exon 73 in the
COL7Al gene[ EB/OL]. 2021 - 08 - 25[2025 - 08 - 16].
https : //www. clinicaltrials. gov/study/NCT03605069 7
NCT03605069 &rank = 1.

E 2 b E PRZG PG . IR SEATT P Il R
WA SR S JE N [ EB/OL]. 2024 -01 -18[2025 -08 - 16].

intr =

https://www. cde. org. cn/main/news/ viewInfoCommon/
08bd57€9962a5e9de6920£626d9ab149.

VILLAVISANIS D F, PERRAULT D P, KIANI SN, et al. Current
treatment landscape for dystrophic epidermolysis bullosa: From
surgical management to emerging gene therapies and novel skin
grafts[ J]. J Hand Surg Am. 2024, 49(5) :472—480.

HOU P C, DEL AGUA N, LWIN S M, et al. Innovations in the
treatment of dystrophic epidermolysis bullosa ( DEB): Current
landscape and prospects [ J]. Ther Clin Risk Manag. 2023,19.
455 —473. 2023 - 06 — 14 [2025 - 08 —16]. doi: 10.2147/
TCRM. S386923.

TANG JY, MARINKOVICH MP, LUCAS E, et al. A systematic
literature review of the disease burden in patients with recessive
dystrophic epidermolysis bullosa[ J]. Orphanet J Rare Dis. 2021,
16(1) :175.

XTI, Bz TR, 55 . ORISR SR AT (9388 A2 22 FR T
JriEbrgiit e [1]. Eankhes,2024,36 (2) :212—225.
FEEH, HER . BIRA REURIE R SR ARIE 96 7 0T 58 2E 1
[J]. SEFE ek . 2016,9 (2) :127—132.

ZORINA A, VZORIN A, ISAEV A, et al. Current status of
biomedical products for gene and cell therapy of recessive dystrophic
epidermolysis bullosa [ J]. Int J Mol Sci. 2024, 25(19) :10270.

GUO S, DIPIETRO LA. Factors affecting wound healing [ J ] .
J Dent Res. 2010, 89(3):219—229.  (U#s HHA 2025 -09 - 15)



