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The Second Catalogue of Rare Diseases in China, the Relevant List of Drugs & Producers (2023)

Pt | Bmaig (30 PR (330 B ETHEERREEY) EEME
No. | Name (in Chinese) Name (in English) Drugs approved or under | Producer
research
1 WA 2 Achondroplasia TRZFIRK BioMarin Pharmaceutical Inc.
TransCon CNP A=
2 S AR Acquired hemophilia ESFTRHEH A GMA T Vila | BERIEETE
3 Al A AE Acromegaly B RRAL T
[N = gas
4 B A\ HTE B R Adult-onset Still disease Canakinumab SETE
5 Alagille &7 EE Alagille syndrome & E s ISR
6 a-1-PifikE A G = IE Alpha-1 -antitrypsin deficiency Araiasta-1 & [ B 1751751 Alpha /A ]
7 ANCA FHEBRPEIME % ANCA-associated vasculitis EIAFIEREE DT HEEE
Avacopan VFMCRP
Bardet-Biedl 4%&E Bardet-Biedl syndrome Setmelanotide FREHE
HZER [ B SE S Bechet' s disease Fa 3k 5] 5k
10 E R Blue rubber bleb nevus PHEEEH] FE T
11 | COKLS A= JE CDKLS-deficiency disorder SN Marinus Pharmaceuticals
12 RS A E Choroideremia NSR-REP1 eoilied
13 M R FERR B E 1 22 28 M- 1H4% | Chronic inflammatory demyelinating NI FH LRI B2 7
FRAFEE S polyneuropathy
14 B 175 BHAHAE A Clear cell sarcoma of kidney EL4H%% N, BRI TR
15 2 BEEETR Cold agglutinin disease Sutimlimab-&7 | B 5T EEIE
16 FoRMEHEE P Congenital biliary atresia 2 H s BIm= 5%
17 S RN BRIMLAF VI &= i Congenital factor VIl deficiency VEBTFHELE NSRRI T Vila | SERIEEE
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18 SRR (AR 2 ) MEIEHAM: | Cryopyrin associated periodic syndrome/ | Canakinumab SEHE
4EAE / NLRP3 MHEEEH B3R E | NLRP3-associated systemic T4 PE HZEFEER
MR autoinflammatory disease
19 7RG HAE N (KG5EEE4H | Cutaneous neuroendocrine carcinoma ISR v=sN == EMD SERONO INC
HETSE ) (Merkel cell carcinoma)
20 K25 T HAM Cutaneous T-cell lymphomas U AR T BT T 2
21 PR R HTRRIE Cystinosis PR A R R Horizon Therapeutics USA, Inc.
22 FEZe M B TS 4l 4 ARG Dermatofibrosarcoma protuberans FREEE BoE
23 I P i A 5 R K Eosinophilic gastroenteritis EAFIER ST B HT A 5
24 b Rtk AR Epithelioid sarcoma ==t Epizyme
25 HISEEIHEEN BT Facioscapulohumeral muscular dystrophy | Losmapimod Fulcrum Therapeutics
26 FE VG AR A0 A% AR | Familial hemophagocytic EFITERT BRIEE
A E lymphohistiocytosis
27 KM RRE AR Familial adenomatous polyposis CPP-IX/sul Cancer Prevention
Pharmaceuticals
28 WM BB E R B Fibrodysplasia ossificans progressiva Palovarotene et
29 HEME X 45 EE Fragile X syndrome Zatolilast Tetra Discovery Partners
30 RS E S EEAEE Gangliosidosis Venglustat FEIIE
31 = R AR A A 73 A HE T Gastroenteropancreatic neuroendocrine | Bk ey
neoplasm
32 SHEEE R Gastrointestinal stromal tumor WS e T
33 V2 S MERR R A SR Generalized pustular psoriasis CREAEHDT PR R AEER
34 EHE VARG HRIIBERURE | Genetic hypoparathyroidism TransCon HIRS5HR (MHEERS | dEHEE5E

RYAE)
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35 E4HREENHR R Giant cell arteritis FEEREE T ZRIC
36 B B4Rt Giant cell tumor of bone HEF BEHUTESR [Ep e
37 [/ N4 9 Glanzmann thrombasthenia ESTHES A SR T Vila | BERIEETE
38 S R4 RS Glioblastoma B SR BV
39 EMEEEIE Goblin syndrome Vismodegib 4 5L {E ZRIC
40 {ERRMETHR R Hidradenitis suppurativa REFEHT FIMAE AR
41 HHEE Hutchinson-Gilford progeria syndrome Lonafarnib EIGER BIOPHARMS
42 K MER L8 R AR R Inflammatory myofibroblastic tumor IR T B 4
43 Leber S KM EBHE (FEAME | Leber congenital amaurosis Luxturna SEEE
R4 AR LRI )
44 Lennox-Gastaut ZE&E Lennox-Gastaut syndrome eIl =y
45 FE A & AT SR = Limbal stem cell deficiency Holoclar Holostem Terapie Avanzate srl
46 SEMEEEL Malignant hyperthermia FFRAREA REPREULE
47 S ity FEE FE R 8 Malignant pleural mesothelioma BEEHhZE 4 a2k
48 BERH Melanoma ZHIIEE B
HEEIRE 243N
49 BIMISHEEERNR Metachromatic leukodystrophy Libmeldy Orchard Therapeutics
50 RN IRGR S A Monogenic non-syndromic obesity Setmelanotide Frigh
51 282 M N7 R JRE I Multiple endocrine neoplasia ZNEE e B iz
52 SEVE M Narcolepsy g R4 PR
53 THES SRR Neuroblastoma =T N7 W R - DI [EpELi
54 LA e Neurofibromatosis HEEE Be] H 1 B
55 LTI AR E ) (FE Neuronal ceroid lipofuscinosis Brineura BioMarin Pharmaceutical
56 TS P SR Neurotrophic keratitis FELSEIHIRTR BB
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B NHEERRTREIRE | REEED
57 H AR Osteosarcoma Mepact IDM A=) #%E
58 KIEE Pemphigus S In&EAE i A
59 WA SR AT A = B Persistent pulmonary hypertension of the | INOmax (i A —%{E5) IR EERG IR R

newborn
60 e e abe Pheochromocytoma Azedra(iobenguanel131) Progenies Pharmaceuticals
61 PIK3CA FHEH M8 & A RB4FEE PIK3CA related overgrowth syndrome Fa[ 2 £ =] T
62 E AT RIS 29 Polycythaemia vera . GIE=E B
63 JREEMERE TR E R Primary biliary cholangitis B H g Intercept Pharmaceuticals
64 [REs A R R E Primary growth hormone deficiency PEiEEERE 4 A sk
65 R IR E ZEA RN T-1 6 | Primary IGF1 deficiency Mecasermin-ZE--<=HH A
ZIE
66 IR 5 P TR s Primary immunodeficiency R NER A RS EH FCER A FE %
67 e =gaqs i Primary myelofibrosis =B HEEE
68 R R LR REE % Primary sclerosing cholangitis LEH (EEERMRBE) et e B
69 AETT RSB LR MERTZA | Progressive fibrosing interstitial lung [EZIEAm AR EAL R
disease

70 1EEEM VLR Recurrent pericarditis FERPeES HEFEE
71 Lz S A R Retinopathy of prematurity TEREET B
72 Rett &F & fE Rett syndrome Trofinetide-[FEZS K Acadia Pharmaceuticals
73 WS EE Short bowel syndrome BEHAL T
74 2= BRI ZE S5 RE T R Systemic juvenile idiopathic arthritis HEREHT ZRIC
75 F A MRS AR REY 2 Systemic mastocytosis Bl (5 2 et
76 RBIK R/ 255 HEREIAR SR Takayasu arteritis S E G4
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77 W EAMAR /()& ST | Tenosynovial giant con tumor/Pigmented | Pexidartinib F—=4t
GEETMEERE R villonodular synovitis
78 #ovEEm (ER) Thalassemia major YR BT P B RS 2 pE HEEE
79 [Tk A LT/ AR ek D A S Thrombotic thrombocytopenic purpura L EEREYT EEIE
80 EHIRIR R EE BB EME | Transthyretin amyloidosis T B P il i
EAR N JE B
81 Fe R SRR 7 A B8 I HAME | Tumor necrosis factor receptor associated | Canakinumab B
SEEE periodic syndrome
82 HE A R s L Tumor-Induced osteomalacia TR YUK Th AL
83 Von Hippel-Lindau 45 &E Von Hippel-Lindau syndrome AE:EE=JNN BRIV
84 I/ M A s =2 Von Willebrand disease type3 Vonvendi I H # g/ \ 5] Baxalta
85 FE G EERE A ME/ME A4 | Waldenstrom macroglobulinemia/ ARG BV
AEAREE T Lymphoplasmacytic lymphoma
86 West 47 EE/BE SLEEESEERE | West syndrome/Infantile spasms LB DI AR R J: Ve R B EE
syndrome TErEEF AL LE




