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[ Abstract] Rare diseases are characterized by extremely low incidence rate and small number of patients
in total. The drugs used to treat rare diseases are called orphan drugs. Currently, 450 kinds of rare skin diseases
have been identified, most of which lack in effective treatments. Supported by the policy-making from the coun-
try and pushed by all sectors of the society, drugs for rare skin diseases have been emerging continuously re-
cently in China. This paper reviews the current accessibility of the orphan drugs for skin rare diseases that have
been approved in China and in other countries and regions for a better understanding of rare dermatosis and or-
phan drugs for the diseases.
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1 #ER

T NARIILIG, X —ZR Rk, B
BB RBIRGRR 6 A ERVE B P X 2 DL A 5 S
RIERG—, FEE I I & Xk B AR T 20
Tigess, SUREANBORTAET 20 71, HHEUHHIGYY
24 i 0 L T R AR i R X
WL Y RE R BB R AT 172000 B8 1kt B
fe B AR BIR 2 AR R 2 o P A L A
SURRBIRHRNT 1750 T8GR EILERFNT 1/
P o R A L A R R AR, E E A
HEA PR H W B 2 bt b = 2 0 i
F RMBUE T 1600 7,

IOLZG S48 T BB . 12 W Mia I7 55 W i 24
fo HFRERN A UG 0 B B D 2 R AR
e PG IRRAR, A DL 2 W 0 O R T I
ZWFXE, HRT4ERE 505 W 7000 #4 {L
AW BCFEWIRAIRIT 25, 1983 4, 26 [l i
(TILEZR) , BT R REDS . 7 E TS5
HAEEEOR R, AR R T 38 EATULZ T S
Tk, WiE, HA BREHAEE e X AR G IR
LR L, S ILZg R,

I 60 B4 B Jok 5 L9 249 450 Fh ST fu s et
B R | A P B R | B e PR R IR | B K e g
S5 WA R DL LRI 19 H 2 TR AR 28 4
X 2 DL ) A B R, AR B TR LS SR
BRI RIWTI L, O B Jbk UL F A PR @l ok
TUES, ARSCOREXT H i AR T R R L
ZIYIHATERR

2 EfEHR KRR

2.1 it i &k A

AL I K B ( hereditary angioedema, HAE)
MG BRI AE, H CI-INH, HAE-FXII
ANGPTI, PLG 3£ 7L v 8, fe& 3B MIKKF
vy, HEMSBOKM, 29 85% 1 1B AFAE CI-INH 5
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[RIZA8 T30 C1 BRBEIHI5] (complement 1 esterase in-
hibitor, C1-INH) KRR s# RS

HAE W07 (48 Stk AR IR 7 A IR YT
E 2021 AT AU 285 B 2H 255 T 728 285 52 1oy A i TR
TpEf 2 KA HAE B BREE r b, #7730 HEAy
(icatibant) . 3 F I K (ecallantide ) F1 ik % 13-
CI-INHfER HAE 2R AR — i it 2L
B S — Mk B2 Z RS PUR, 2021 44 HE
Fri AR BT ELE A0 2021 RIEZREEGR 2 5 E Sk
HHEMTIRIF RN FAEM 2 2 DL EJLE Y HAE
SRR SCRBRR A H1 4 1 3% 8RR T it 41 7 5
L A R RATE

HAE BB P3G Y7 7 i, C1-INH [ A ] Gl
AR 1Y C1-INH 2 5 90 9 22 0K 1) 88 T3 T 19 By 7K
& A, Wik (haegarda) J&E AT HT HAE &
TER B T IESTRL C1-INH, 2618 FDA Stk HH T3
B 6 % VL E B E B HAE K4E, N2 Ak (berotral-
stat) & — MR PEPE IR ARG 40 R, B2
A T 1B HAE K AR 1] D ik25 9, BF5E
7R DL R AT 2 BRI HAE R AEREL, H 32 1%
R0 RIR A8t (lanadelumab) & —Ff T
B T4 AR AL B s T4, T S o 400 o 1l e
MR, MY HAE %AE, — 35 I R A 52
R, SEERAMLL, 82 F—K 300 mg FIARFIL
BAFUATT R A HAE B AVERECT- BIFEAL T 87%
2020 4F 12 A, SOIRMICEGAE b EBAE B
2.2 SETERENE

ZETHEREFBAE  (tuberous sclerosis complex, TSC)
Je—MZ R G2 R Y O B, b
I TSC1/TSC2 JABRA I EL, e nl REBRk . i |
R, A, O il EEZERE . T, 2R
200 J7 TSC & #, TSC T 2018 “FHEA A (55 —Hit 5
DL E ST AR B Tk 2 R 4 TS 0 A £ 4
. WL | B, MR, BRIk
PUESL, TSC LA SRR . & I Bfs . O HERESUL
Jo L MR LA IR | I AR T LI R 4

WMo LB, TSCI1/TSC2 5375 -8 7L 3h 4 76 h &
KHEH (mammalian target of rapamycin, mTOR) i
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FBEVRE 5 AR 55 19 22 05 AH G mTOR #1771 4K 4 54 ]
(everolimus) E.#%3E E FDA #t#E H FI697 TSC #H3%
B STV LR R | S A R 4 e A
R LR, R FT B o, Ak B m] T e
iR R R AELE BRIk A B e E
i, HfEHTF% 2697 T HHAE T FARYIBRAY TSC
MG BT B 402 4 B, FAZE BOE e
T 2019 FEH A E K ELR H 5%, 4hH mTOR ) 1 5
0.2% V5% B HE] (sirolimus) BEREFERE [T, I
HOHFIRIT AR 6 % K L) JLEE TSC A 56 ) 11 5 1M
LU, MIZIEROE Y, B BN,
F 12 G 60% () B AR A 00, W WA RS R e
AU R, R Y

3 SRR AR

3.1 EBRMEFRRA

ALBEPETF IR R (hidradenitis suppurativa, HS) &
— B 32 R B IR R AL B RAE PR . —
T HS 28K B FN RE LR R TR, 25K
HS AR BT R LY N 0.3% , 17K Hb X ER I ALK,
Z3490.2% M EEPE 15 ME T Z ORI
JAALER R, FE HS MR 0.033 49%
HS £ 2 R (AL, h PR R BN e . WA
BERAFIRAL R RIE IS | 257, RS R 52
i, S AT AR A R R OR B R I, B
U I A P B AR PR . HS R IE I RE | A2,
J S R I AR B, B X HS R AL WF
FERIAWITR A, AR Wi 59 38 7 LT T 1S BR 97
WA RETR (R 1), PIIEAKREAL (adalimumab)
Je— M 4L IRAE 1gG1 BUHT TNF HseBEdTik, AT
AR 1) 45 4 2 5 L F TNF-o, 5035 HS BB i 15 .
PRI I 40 FEAILX BE e PR 3 7, FEVR YT 12 JE
BIIE AR BRHIRIT A (40 mg/ ) 1K F] HS I K 2% fiF
( hidradenitis suppurativa clinical response, HiSCR) #5
1 (RE SCN M A0 e P 25775 B BCR D = 50% , HL
JOHTHE MR R I S0 ) B0 R L) R e TR
FIAL, 2018 4F, S FDA ALl 5 A 4 H T
12 % K UL B HS B IR ] R
(ustekinumab) J&—Ff# [a] 1L-12/11-23 [ B 50 B 41
K, —IlE RO A T 17 Bl EEE HS B, 45
R IR AT IRT7 40 JE B, 829% 1 B S
[ Sartorius #¥£43 (modified sartorius score, mSS) HJ¥

F 1 ARG M TE BR A ARSI R A58
Tab. 1 Clinical researches on the treatment of hidradenitis

suppurativa with biologics

EL/EA TERILE o7 g Z:7% 3k
BIAARST  HTNF-o 1208 HiSCR = F  [16]
BRIFIA
BRI PUIL-12/10-23 408 82% 315 mSS [18]
P ATE e
R AT JUEEHT HUIL-17A 248 70% ik B K [19]
Fif

HiSCR; LMt IE R G K/ ; mSS: PR Sartorius PE43

R EGE, 47% 0B E KRB RZE R, IL-17A
R AT HS BRYT, —im RAE TS 4¢ T v
i &5 LB BT ( secukinumab ) I8 JF HS Y I7 &L
20 P E AR HS M H TE ) A U RBTIR YT 24 M5,
T0%KFNI IR, HAcetRar, Bt kA I
i AR 6 B B
3.2 ZRERBEERER

2RI TR B )% (generalized pustular psoria-
sis, GPP) JEARJER P AY | I R 2R3 0 21 5F
o BEH Y SERE b B R R AT RN TE R P e, B
JERVETE R MW, AT AR BOR S T st BB
B s B KA, AR DR R Z R, TH5
B, GPP HBEAETE IL36RN JLH 245 | %3 H 4 b
IL-36 52 K45 5T (interleukin-36 receptor antagonist,
IL-36Ra), IL-36Ra AJ3##d BH 1k 1L-36 5 HAZARZE G M
MR RAE R, GPP HH 1L-36 BIHFELE AL A 1Y
YRRz —"200 o [ — 0[] B R 5 R B, GPP
FBHTATE IL36RN PR 2878 Sl i i . B R ik
FaAR 2 IR AP (spesolimab) & —Fl A Ak
P IL-36 Z A g EHTR, — 300 LI PR30 7R,
35 BIGPP FBEEZIMR A BHIRYT 1 G, 54% 18
IR BN et FEAS T BR a2 R, 43% 1Y SR TR B
PIEATE PR 2GR . S5 FDA B At 3R
BUHT RN GPP (3697 ; 2022 4F 12 A, EFE 255 W
A PR Ao 1 0 BV AR R T R R b
SR ETT, TR GPP 2tk R AERIIAIT

-7 M XfEFESEETESS GPP WK K,
IL-17AHI I R 7E GPP B3R 7 v o A4 197 28
FE—TRIF AR ST o, 12 B GPP R A R 3552 T
JEFILHPUATY, BT 16 G, 10 P8R E 1k KS7
FOFE N “HE R s AR E R P R A R
(ixekizumab) fZ&—Fp AJRILEY 1G4 BT REDTIK, F
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FTR, AR BREBHUIRITH 5 0] GPP B &,
80% (1 A TEVR ST 12 J] J S B 5 B 454 o AR
ERERE ( psoriasis area and severity index, PASI)
PP EE L N % 75% (PASI 75) 1%
3.3 ARmRERER

2152 9 T ER JB R (erythrodermic psoriasis, EP)
JE— MR LR E R R, TR AR B Y 1. 00% ~
2.25%'>", EP IGRFE I K J& & ki ML BE, 855,
FK00% VL EiARm AR, BEEEA LB HE
SERDAC . BUR BOK IS RETAER, T H A RE 1 B
JIRE | M FE AT 5 fa M 2R A 09 0 KAE . 2018 4R
JUHT IR EE e BB R [ B b W aE Jf 4 i T EP
JEE VALY 3 WARIE . KA 509% L L Bk Kk &
HECN BOK M AR A5 R, GRS 3 AR uErTh
KL, WETHERE EPPY, EP MESRIRIT A
FEBTAE A HATEZ T WKWK | RS, e
X EP ZR AL I HEFEAWTERA, TNF-o 55, 0
YR A PG EAPL (infliximab) | KARPEE (etanercept) .
PSR A BT, TL-17A SRR, nw] 2235 JL P, K
AEREAPL, 1L-23 4500 ZE A JUHHT (guselkumab )
A IL-12/23 $050) 2 w) QRG22 0 T EP IR 9T,
HJRBH R AP M7 8RR EE EP K
S GEIG 97 OB ASAE B EP B E R L T IR 9T e 8
(%£2), —miZueBBPERETE 78 T TNF-o 405
167 EP I3t SE RN 12 )R, SR
VHERBTLEL AR VG 5 4 R BT 3k R BT A 43 AT 48%
40% 1 50% 1) (4% 52 R PAST 53383 75% A L
MM, H AT R 58 R K& BRp X EP
AL, 8 BIBEIEIRIT 12 G5 5] PAST 752 H
P T 91 R SR S5 T R AT L BABiRT EP YA,
SRR 10 B EP B F A R E AT JLHSUIRYT 16 A,

T2 EWHIRG TR RS AR AR G AT 5T
Tab. 2 Clinical researches on the treatment of erythrodermic

psoriasis with biologics

Zyarc MERIRLE TR ITAL 2% ik
PERFIPGEST  HUTNF-o 125 48%3kF] PASI 75 [28]
RV PiINF-o 128 40%3iK%] PASI 75 28
BAARBAHT  HUINF-a 12 50%3k%] PASI 75 28
WRATER BT

FIEZFUIAHT HLIL-17A 16 B 70%ik %] PASI 75

WEANGT PUIL-23 165 90.9% 3K £ I IR A Ik
EPG T4l 3t

PASI 75 JZ 450 ARURI™ B R FE PR B0 /0 0 34 T % 75%

[28]
[28]
BLIL-17A 128 ¥J3KF| PASI 75 [24]
[29]
[30]
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70% 3% 3] PASI 752" 55 — Tl PR F 58 7R 90. 9%
(10/11) 1Y EP BF AN ZEwr JLBRHTRIT 16 i J5 k15
IR BV EN G IP o T H A HE R e A P
BT, KA BREAHURN SER UG EP iRy
3.4 BHRHEMER

HHRFEMA W (livedoid vasculopathy, LV) J&—
ol 20 DL (08 e O e B TR 1 A PAT SE R R, L
At I PR 3 3 /0 IR N R AR B A M Tt
Y, AR A GERERIE, HATAK &S i
R FEWMARIE R, 4 5 A ZES LV 1 &0 %D
ARG, TRTESF I /N 55 9 E28 40 B T A B v 7 1 R S
MLt DL SR 2 e PR - 5 s AL A A A I A
LV &R AR i JChRfEinyT, A Rtk LEk
FHI R — N U U BE 25 W) 2 B ATBCh W 6T 7
2, HAARYY R AHE TNF-o S0 2501 0
iR | Wbk ST e BREE H (intravenous immuno-
globulin, IVIG) | Hiifii/MR 2555 FHRIDPERE
— P Xa BRI, SEGEHTERZARLL, R BENT
kg2, HIEFSOIMMEEmTshs, 78 LV MR
RN T2, — IR G LRGSR R, 73 BILV
BERZ AP YA H 10~20 mg 1697, HA60 fi#
HIORIT IR EOR B B e, B2 R,
TF—I RS LE R K& B 80 i LV B 2 R4 Al —Ik
1.0~2.1 g/kg B IVIG 3697 )5, o 76 4] 35 HUS B
USSP, BCRRIS Iz IR S R IR AR AT 22 A, HLA
DT R R TR S SR A

XEPFHEGE LV B, IEERE A SRR
N, AR AR P BT IR R BT A TNF-ao )
AT B AR LY B B s T g R B
TNF-o A] 175 5 21 5 Bl S 0% 0 40 i 5701 ( plasminogen
activator inhibitor-1, PAI-1) . 42 ik Ifn /)N 4 B8 4 1 %
W, FITR AR B R G RE T BN R
S BRI B s, TNF-o 410 3 500 76 2200 557 1)
LV B E GRS, 29 BUR E TE TNF-o 411
WA 12 J8] 5 A0 T E B R 2 I 2 i 759 L) &
A BORBOIR T R G, TR SE A 2 A A
HIBBIRE K

4 HEEMEREKR
4.1 BEREMEXER

F BRI 2 — 4L A B PUATE B Ik T
BRI . KIRTE BN FRAE 09 B2 IR, B35 KAEHE |
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KRRGHE , KIERE R R | AT PRI 1 3R B P i e
. FEBIRIEE S — PR AR, KR
TCREEAE (0.1~0.5) /10 J5 MY A LA I%
PR 1 H BB RRAE, G R R IR
B2 JR RGBS 1 A ot 1 K o8 | PR MR R RS, R T
PRI7K HEL i T ZE L . 4k & 40 TR B R L T AR K A
fir, FZEHRAH (rituximab) J&E—F A EILHT CD20
MR, ) AT I BB NIRT, —
T BE AL I P % BRI %) L T W B 5 8 R A3 i )
T H RN 2 2 B A T SR R R
My, SRR R, 52 AR, FlZ g
BHEM TR E m TR L WMERH, Hb
BRI 2 RGH & BK, £ E FDA £ T 2015 4F
BT R Z 6 P OLA BRI E, I T 2018 4E4it
HEZ T rh S5 B OIS IR YT . 2020 4EER
D Bz JER Ao AR 0 2 25 % A 1) R R A8 45 AR ma M 72
F 28 APVl T8 BRI ) — B R,
HE 2020 4E R H (S BRI W R IT &
W) HEAEHE R PO R WA R 2 SR fE &
JE T R R R IR T R R —, RS R
FEAE A KR 2 PR S IR T R
Mz ERHCAAEPE B, BR7 35 B AR
T A A IE I 2

KA KIEH (bullous pemphigoid, BP) &
BEONE UL A B R R T K, BRR R
20 8.2 fil/100 J7 N1 AL G IRIT T E A
TERE R TR R . VU 3R 3R 280 A ORI s 2 O I
PP S A 2 A S T R R, N TAE 80897 R A
FETE 2R BUE W R, Rl 28 o B8 JC
¥t (dupilumab) FIE 2R B HT (omalizumab ) 55 HE
FRITLYIVTVE A B IR T R (R 3) ., RS
ZrR N, 122 BB R 2 RTIRYT I BP BE
RGN 70. 5%, 23. 8% RAFTRAF Efp* B
T JE BT RE R A IL-4/10-13 M55 5, —I
Z DR RIS I T 13 4% 52 i 3 1) Fe
IRITH) BP HR A A5 H R 12 ) 5 s o
PRI R B T BR BB — R0 1) G0 2 BR R
FE MSERESUR, —IRGLRRIR, 1E 53 fil4
Z RO ERBPURIT R R T, 51 B EE A X R G b
BRI O A, O EREGTIAIT G 67. 9%
RE PR AR SE AT IR 1 2015 AF BRI B ik Ak
o AT Y BP A5 AR R AR 2 E R I
TREBUIE R BP B =By 25

x 3 AEWHIRNAT OR M RAGIEAR I PR
Tab. 3 Clinical researches on the treatment of bullous

pemphigoid with biologics

ESL/ 4 PEFPLE  FEAs g 230k
FIZA s HT CD20 1226 70.5% 38 5% 4 [46]
i
AR BIL-4/10-13 13 6] 12713 fE s [47]
IEROEIE e =N
WIOPRPG,  HiIgE 301 67.9% LB AR [46]
T4 THIR

4.2 BUBEVMREIR

MAEYbrE E9N (graft versus host disease, GVHD)
I H T B A G 5 20 A 52 2 AR MR D S T |
) —Rh G BE MRS , o UL T4 32 S Bk DA 36 1t T 2 B
MR AR RS 100 H ZBTs2 )5
APKE GVHD 43 Sk S8 PP, 1815 GVHD I KR
R, T BURE B e B 1 A BERE AR,
RBER:, WREBRZBZTHAPERAR, FF
B WIRSERIL, A, @ EIRES , BmiE, A
JIE, SR8 E 2 B0 MR MR 218 M GVHD [
—ZIRYT IR, (HR S B XM B BB R IR T R
AME,

PHAEJE (ibrutinib) & — 7l Bruton 1% %2 R I
( Bruton’s tyrosine kinase, BTK) #lI HF, —WMUAT
42 IR R GRYT R W8 M GVHD B 1S
WRP PRSI GVHD B RS PR R A R
67%, ZIPFEURE N T 2402 2AFERNGE,
BTEIEE GVHD $2 4t TR IIA T Jr . 2016 AR A
BIeAEMEE GVHD 167 J7 M4k 1536 [ FDA 7 /Y 9K
LR E , T 2017 SFEALHE T TREAE R iR )7
R PE GVHD AR

Belumosudil f&—F 11 Il /) Rho #H G % 45 il 82 i€ £
F #4 -2 ( Rho-associated coiled-coil-containing protein
kinase 2, ROCK2) #0451, W3 1t T 9415 5 5 3 f
B P0G I F 3 (signal transducer and activator of
transcription 3, STAT3) i/ Th17 F1JE 6 5 Bl v
T4, W n3E E bR STATS T4 58 9 1 M T 40 i
M DIREY I PR IR 56 B0 R, BEARIA YT RO AR
A2 M GVHD i 3% 42 52 Belumosudil 36 J7 (1 3% (A A
RN TA% ~T7% , HIH32ERAF, HRIPHRARE
1 55 08 1 TR R S At S e A R 25 ALY
FDA T it # Belumosudil H T-BE1E 2= /D PIIR RGEIHYT
R 12 2 LA F GVHD B3
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5.1 RERKT Rtk ERE

KT AR EEE (cutaneous T cell lymphoma,
CTCL) 2 T R IR — B2 A ik L0 R, 354
A 25 i (' mycosis fungoides, MF) g Sézary LEAE =
CTCL M2 . 8 . MF 2 B2 KR — 2R 5 W, 8
] B U F9 AT o 2 O s, MIF Y K Ry
(0.4~1.0) /10 J7 N, 2 Wi ik (9 b 7 4F % 0 55 ~
60 2 3 S E O B BT R, P
MF SBE WIS o L AR AT, S 39 ~45 2 )
A RS, IR RI SRS | BIEW . Bk
BB ST, IS W IR, [N
H R A AL R MEF (912 Wb S kAT T
1%, WF5 &K B MF # DYNCII2, CD14, COLI8AL
fFRAOF B, CRABP2 HIEIAREAL, LikorT4
YHCH MF RIS WibREY Y o b MF 1 22
Ve, AT B RSN R IR T IR, PG 2
B XS CTCL AL ARSI TS AR MR A, B A
Ik RN REE
5.1.1 JRikHzy

FIT R —FE AR, 38 g ) e e A e A T
LA T AN . BAAR DU 40 A e T 4 2 1) (4 AR A
PERTIMIS BRI RCR . AT B TE S F A 2 |
1, B T BEAE 4 52 0 HAth B K€ 6 7 9 30

MF ##H
5.1.2 REEIT
5.1.2.1 4k A FRZEZ5Y Ly MR 0 nd 4k,

IR A T, AR — I X MR 1 R CTCL &
FHimRIRgh, ORI Z T8 H 300 mg/m’ 1%
TRZEfRAH 54%, 521 FDA Stk DLV 27T I T Bk
TEX = — P RGNS OV AER) MF 835

5.1.2.2 HEHXCBLEHIEN HEA LB
FRH H  55) (histone deacetylase inhibitors, HDACi )
E A U0 A A G 2 £ 1 2% ST A eI 2R LA fin 2 4 R
WA | SR I, S MR 4 A
Wl . AR AN T ARSIV A K S 1
J& T HDACGi, C# 3% FDA #tifi H] T & KM if H
CTCL BFHMIRIT Y, PIRA R [ [ EHFR i ik
FEVE HDACE, ©F 2014 AF7e b EAHE BT, M
IP AL A — IR A B AT R R BRI RSN
T 40K EL S (peripheral T cell lymphoma, PTCL)
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& HRGIHGE SR 2R R G IRYT R A ER)
MF 3, POIkAR R o] et 1 - 4 w2 1 A o
5.1.2.3 A ERHL JE2—FP L CD30 A
PUAHER 259, 8 MF 3697 J7 10 85 55 [ FDA #2740
JLZGBERE, 2021 4F B8 [ 5 20 0 W B 4 B s it
WEFTIRYT CD30 FAYE A BETE 32 %7 i R AR T 1R
S B JEk TR) A8 K 4 Rk L A MF N R
5.1.2.4 BIRSFIZREHT 2 —F AJRAL CCR4 g
PR, CWESERE FDA F [ E 5 25 5 B A HBUR
T 5238 B0 — K RERIT N E &SR
£ MF 5% Sézary Z5 G 1FAF B
51.25 WiEAINE R -FERNTREAMAEA,
5 IL-2 WA KIFH1 5 R R R 0 40 0 85 2 AR i
IBEEL, W5 IL-2 Z4K (CD25) 454 ki 4 i 40
EAE R, #e AN RO HEE FDA it H TiA
JP RS MER E & M CD25 BIMERY CTCL g™ |
5.1.2.6  GEEK A SANEIR A IR GE T
PRI A T Z 1K-1 (programmed death-1, PD-1)
MIFIAE CTCL 3497 B R I 7R H— 5 IR YT 3L
Bo =01 b WIGRIRE Wos, 13 il MF (35 552 40
A I B PT (nivolumab) 87 5 B9 & WL 5% it R H
15%")  FE—IRgH A 24 {4 MF 5 Sézary 25 &1 5%
) L0 R g v, A PSR BR A BT ( pembrolizumab)
BTG 2 LR 38% , Horh 2 Al iR 3icds 5 4
B 5 —3 T WIS 7T T 9 R I i
TRA AN 2 2 T 9K B 40 B A SE B )4 (eytotoxic T
lymphocyte antigen-4, CTLA-4) #1 fl 5 £ JT A 5 471
(ipilimumab) IR IR, 45 B8 11 ffl CTCL/
PTCL HE 1 % W f# KN 9%, AT A
Poepazhya e db st iR B2 e IR 5 Rz KRR B ik
HEE T 3 61 PD-1 40 I BE A PH 5 A iAoy 2 R AR
P Sézary ZEAIEMZEG], o 2 i B35 R 15 58 4= 22 A
AT e, SR R GIR YT R XEVR PE CTCL WA
HE

AN, Pt CD52 B, Ht KIR3DI2 (CDI58k)
P, PI3K-d, v 4l 7 45§ 1) 25 9 B € JF & A X
CTCL A IR RIIIAITTH S, £K
AT CTCL MI3R57 .
52 BEE

PRSI B Y B BRI, AR 24
WIHERBEN T, FERBEFRIET 1710 5% A%k 5)
RAEMOEH BRI, TUEAR, MTFAT
ot R UIBRIR AL B A WU A s i JR 3, RS T
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FHBDAIT LM R AEA7R . H AT T R 3R 5 B
NP EgOESE /KR iR ehi e bR L2 o sk D L

EREEIELLYN
5.2.1 AREPHAH
52.1.1 FIHiAAE BE—FhE4IL-2, sefEidE T

LA IS 5 S oAk, SR ALA A HTNR BN Il
RIS 7R, $E32 SOREE B b 1A RIRYT Y 270 4152
AR R WG AN 16% 7, 1998 4%
[ FDA HILHERT 0 A 3% TR r B R e R 208, H
G IL-2 307 AT RES [ 2 M EIE T, H R i R R
MWD,
52.1.2 RLTWTIR «2b BRMELOESE
HTMR oa2b FHHEM KA TR —TBEEHLXT
MG RIS R HRERIA L, RO T
Fo-2b A I 2 G T ) PR B R RS TR R R A
i, HE#ESEE FDA #tfE ] T2 5 B B R
T SR IR BIRYT
5.2.1.3 Talimogene laherparepvec Talimogene laher-
parepvec (T-VEC) JE—Fp<tid L FE A A 1 HY s afi
IR, A LLTE bR 20 i N B2 A Ok kL 4h - B
I 241 e 5 V5 01 384 TR ( granulocyte-macrophage colony-
stimulating factor, GM-CSF) , T-VEC T R REiE
7RG R R AR T 5 S 7 A A B Tk S g
o — UG PRI A0 A 436 (A al D) B i % 7
PERZREE, 48R ER, A T-VEC 15 41
PR R 35 8 T R G GM-CSF iRy dl ™, 3%
[l FDA Ttk #E T-VEC H T B0 A nl V) Bk 19 8 256
BFEMRERIT . WA, AU BN T-VEC Bk & f
P2 RG A AT TR R B DR BT T B SR BT MOR T R, HL
IR M LR BRI RO
5.2.2 BRBERA A

FIRT C AR T 28 308l BRI B0 S e A A5
AR A 45 CTLA-4 $3H158 A0 PD-1 Fp kil — 2Tl
HUX BRI 505 L 1 A7 DR A B 450 R 22 Jt ) 7 T 40 Az ik
RERBEARGH IR Th TR, SR BoRfL
ARBATA 5 4F B AT RN 65.4%, LR AN
54.4%'7* 2015 4E 10 H, 5[ FDA ftEJHILA
PO T IR R ARG A By, Bz feh
FEl WA BT, PD-1 50 2 M) I B 2 4R A5 26 [
FDA i, FIT bk L 45 52 3R ul b A% 1k PR 0 J A ¢
UG BNGTY . IR RS R B, S5O
VEARBGUA LG, He32 98 AT SR DG 7 iy B
R2AHBEEREARE R, HA RN A RE

(RS v NE N || B 7 SN € TR TN SR Y|
TREHUHE BAIT 1 AR TT 0 3 00 R R & AT
SR b T e B A A7 ST e R BR L B
Bl FDA b FH T80 28 2298 U o R = 16 4l Bh IR T
ZAOAAEPE BT, RMH T LRI LRI,
2018 4F 12 H, A EMm R, BAELAE
PR PD-1 400 1 500 4 B 2 A B E Ao G S o
VESFHLRR 3 Bt HEuE A TR 9T B A AR IR T 2K W
Je W Jey 8 o e B Mk PR SR
5.2.3 WA

RAF-MEK-ERK {553 4 1) 3807 76 23 40 fifd (1) 34
WL b, IREMEE R SR h RS AR,
40% ~ 60% 1) 7% 7 1 FE R I R 35 A 7E BRAF HE[RI58 78
BN WL BRAF 2875 25 7 %) V6OOE 1 V60OK' ")
BRAF #lii57 F1 MEK #5734 & T BRAF 2875 1%
FIRMBINGYY . CeE FDA HEEH TR E R 8
2B YT 1 BRAF MR 45 4k 5k e | ik hrdk
JE; MEK #4760 55 il 2685 Je #1% e e, seah,
A0 BRAF 4101460 550 11 MEK 40 8 770) 77 484 558 977 34,
W WoRIs ARG it 6 JE . BRAF 414l 57 B 2%
BICHS MEK #7268 e 1997 8344 T BRAF
i 2 T R R AR R B A W R R B A
HE AL T BRAF V600 28745 P i) AS T U] bk ml %
Rtk R B M B ZIE AR SR BRYTY . R eIk
A HER R C WL E FDA e T4 BRAF V60OE
5, BRAF V600K 7€ 28 A ] ] B ki % % 1 K
BHE .
5.3 1 /RMBEE

MFvE /RS ( Merkel cell carcinoma, MCC) &
— P LI R B D IR, WA SRATR A
A 45 H (surveillance epidemiology and end results,
SEER) %3 8 /R, 2013 4E 35 [E A MCC 4%
WL H 0.7/10 J7°0 AL TEEN, iKE
PN HR S R NEY, WEARAESE, R
R ZE 56 RS B UL, o A] Bl AN RS

FARIG R E®iay FB, ST
MCC W FEZRGAST S IR IT . BT RHT (ave-
lumab) J&—FHT PD-L1 B35 BEHT A, Il PR 56 5L
PR, 116 452 BU4E spia 7 L ok MCC iR
HHRRAKE R 39. 7%, 30.2% B FH 3 6 I H
DL RS i, ELBT 2 ST 52 M R A, 18, 1%
B 3 sl 4 BRITARCR R R
FDA FER I 25 5 45 B e 35 £ HE BT 2 St T 12 %
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PR MCC A %, fE— 30 Z o T i R i 5
it S0 IR AT EIBR AR MCC R 2 4 32 A 2k o
PURYT, BEVIE R B BAKAHE N 58%, 3 4ETC
PERAAT RN 39. 1%, FKIE FDA CALMEIXZS H Tif
JrERME . R s R MCC R
5.4 FERMRIKETHERRE

Ve 24 7 Jbk £F 4k 1A 9 ( dermatofibrosarcoma protu-
berans, DFSP) & — 5% UL 1 Jmy &8 4= 28 M B2 ik 4l
LU, WATHR A WoR, 36 E AR Y DFSP &
TR RN 4.1/100 T AGgds & 4K F #0104 i
U, BRI OB YEM Y, BT, RA5Y
RiE, RIS FHE K., 4 90%H)
DFSP fA7ERFIETER) ¢ (175 22) Q@RS i, %5
i 2L PDGFB-COLIAT R & JE KB 8, 5 15& /M
i A KR F3Z2 K B (platelet-derived growth factor re-
ceptor B, PDGFRB) 2ﬂﬁ‘f§‘{}%{?§[g4] s VL% I8
SSHYIRTT 25900 DFSP AIGYT ML T8 ks,

PDGFRB J& TR & PRI, T 5 JEAE —Fhis
FR I B 0 1) (tyrosine kinase inhibitor, TKI) 1]
LASE I ) PDGFR . — s RV ANA T 9 BB,
et 1 152 Pl O R e iR T Y DESP /B, 4R
BRTEREMRN 5. 2%, 55.2% W A KBTI &
fit'™) B R e A DFSP IAYT 7 i B 355 3¢ 1 FDA
MOLLGHERANE , TFAESE E AR HLHE ] TR Y7 RN
AR UI R B 52 A L B 1 DFSP

6 iR

MINIRR  Fh T I 3R A ) R A P A T A
Z, GIEINRECH T AR B S T, IRV E
L, AR O T S AR — e LD AR AR A
PEJFIRBRAE - (erythropoietic protoporphyria, EPP) J& T
BOPOCHRNNA ,  ¢h 0 BRE 5 l k = J 17 8 i 1 ik
TELLANRRAN IS rh SR AL AT EL, b R B H W 30
FeIRBER R YA KRB I AL
GUn T LR, BRI N, = AR TBL
B[ K (afamelanotide) 2 o 412 2 2 41 0 3 35 240
Yy, @R R A ORI B LA P R
TS EPP 8 XS ORI 32 P, e RIS B,
HREFVEMLE, B2 D H T ALK 16 mg
A AEA EPP B 1 TOR T ' B R I I O ke A 1
Jo T BT e A A R 24 A B R R SE [ FDA it
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AT 2 5 E A R B e . PR 2 B 1Y
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WRATT, AR RIS/, AT
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24t WNCA MR R B IR BA TR, B
T A S TR NIE 25 . KRBT — Pl e
RN 25, T Rgs 2y, HOR RN LA 1k
R L, L BRI, e, B
B FDA #EUE R FIRY7 12 4 UL B EBE N IER A
SR BORA AT S AR R S, F AR AR
e RS BT

8 RE

Wit [ 00 5 WL 29T B 5 e 24 A9 B g
T, FERZET G AR SCBORE A W 25 P 1
WA I L 2 A LR, I K2 i
EHRRAT T 5 W 259 R F K B AR A I
WY, SECI BT A 3 5 o DL B R S o Bk R T 0
“HET WEEBOT, AR TORRRCRI SR, B R
YA 6 7 T B R RE AN W A R RORT, N T Ik
EB-1017f Y7 ek B 37 A RAE R NER AN RAE C 9%
[l FDA FIRRHN 25 it 8 IR 452 7 0L 25 B2 4% 28 A T
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