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3A5H, RERFTARRINENMARERASmREEERRMELT, NABEE
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https://www.nmpa.gov.cn/zwfw/sdxx/sdxxyp/yppifb/20240311135849130.html

| EXBREEEERMS e RN XBERRE LD

KiE: ERARLESER
3H15H, ERAAUEEERENE R, EXRGRMBEERMESIFHAZH
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https://www.nmpa.gov.cn/zhuanti/cxylgx/cxypxx/20240315082810127.html
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https://bjshy.gov.cn/web/ywdt84/dtxx94/1491357/index.html
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Bk BISHEITHFELREE. TRURBXBINEEARTKTEFERL
BRAARENIIAREXAS. EAILREIL, BinRERSFANVIvo 12.0
Plus G #H1T =4S, HXTEREITLLIARMMRIE,

SR BRI =RIRY, RETUM T 320F4BEE. 250 Eks, RIFHARRE.
BEAMBESR K. Bmta. RERT. ETFRSEES. EURARRE
MECRHIETNEE. B, ITENRSENRAREFERZ A,
AmftniEi. FHIREREIN. FUREEARTIEAIE. FIRAHRE
A0 BREFFRE. EERSENRFFRD,

gie: HAITELRBERAGRERNEFEELARHBLER. REFER
7ROFEHE, EZENFRRARHTS, BIHNFELRN2HRER.
MERETH. REREFE. MANSELZAHE. RAEREET RS/,
Meais At BB FEF N TS,
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https://kns.cnki.net/kcms2/article/abstract?v=xz5HP63VF6ckkCcYSbGXIxVC6 v VIW6kYYuCClc6
f9JVuQc6MZial7iNtXd749Pi53ch1PvMY5D1YklpLV-V8KGg3sCnC5QZjDBruSvh76YJkIBvOINKErmg3
[GbxdoVXHNHhFuWFs=&uniplatform=NZKPT&language=CHS

| EF S ERESIBIEHT RFIE RIENFIAR
RiR: BELZLFHR

k&:. =xi5, EMRH

KiiE: FERNEARE; DEEX; diEQF
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EANERRE, KPRZERBERSWELRRE, i, EFTTZREDELE
MIEN, HIIFERNHRNENSEENELR, HixBaiE AN REFEN
MEHEBRY. MENETR. LEIRTESHARR, MBILELRAE
hiANE. ERELRBEEZRER. REZELRRSATFIREFLE, AR
AR T D ERLE X FE W mia (REELH
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https://kns.cnki.net/kecms2/article/abstract?v=xz5HP63VF6c1xSHf8hWx_3CY5CaT-TPGBM35thD
WOfskrySSbZ2h3PX1vNasaJwa9- B-WtGboWbMcrtmgPkzAr9L3uzSMheU4q4DbYcJ4cgLHHvyUI4
45HTmSu-bAneRHMMiy21y94=&uniplatform=NZKPT&language=CHS

ATEREENFSTPNNA: —DEeE SR
The use of artificial intelligence in the treatment of
rare diseases: A scoping review

iR Intractable & Rare Diseases Research

{E#&: DaHe; RuWang; ZhilinXu; etal

KigiE: AIERE; EWm; A7

HE:

fEE ATEEE (Artificial Intelligence, Al) EEZNETFETIRNAHZE
B, NILEREARERENEENHFNIZH. BTMRGE. B, BE
MREFZBEFR TGN, FXETIRNARERIRLD . NARR
SOMTIMEALISRETENFETHRINANXE, KRT =1 HIEENE
KMAF, HEIL T XERTRIEIR A,
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https://kns.cnki.net/kcms2/article/abstract?v=xz5HP63VF6c1xSHf8hWx_3CY5CaT-TPGBM35thDWOfskrySSbZ2h3PX1vNasaJwa9-_B-WtGboWbMcrtmqPkzAr9L3uzSMheU4q4DbYcJ4cqLHHvyUI445HTmSu-bAneRHmMiy21y94=&uniplatform=NZKPT&language=CHS
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MENEIBERRIIN4A0TENER, ERTRESNMERNIIENE, BAET
L0MABENELF. AAMASENEERNRERAER (n = 5/13,
38.46%) . TEHREMANETT ST, TRAR (53.85%) MIETHAYFR
HPSRAEMERY AN (BYBFB. HYESFMND FIEIFINEZD)
IRMEIRKEIRR (HYHREER) , 1RNETIEFRAR (FFRSHNESR
BEWNMM) . ERENIIRHARF, SHATE 7T2MFAENEE, HPMENK
# (Random forest, RF) mA®EHE (n =4/32, 12.50%) ., EXLEHRH,
AIZEATENRNEIEENRIRSDMESHIMEEE (53.33%) . RENR
MEIBERRBEURESUE (35.29%) , HASMHATS RAYIMA RO, R
TRCSB. PDBHINCBIF&EMEIERE, Lthib, 47.37%MRRRIE T HIBHRI
EZN= N E=E T

JR3LE

https://irdrjournal.com/article/2519

PEIFRFEHEEDERDN: FRKEREREMMEX ZERVELE

Analysis of affordability differences for rare diseases in
China: a comparison across disease types and regions

¥iR: International Journal for Equity in Health
{E&: Ye Chen; XinyangChen; YiDeng; etal
Xidis). fiBReS]; ERERER; FEIRF, HKER
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HE:

BR. PEEBEHEEXER, REFENHENAINEY, RAREIHAIEITEE
AEEENHIT TG, BEXAEMXAMEFEENAIBEDERAFETRLD,
ETFTHERERILE, SWHHETBERARER, SHRRE (FES—HF
WImESRY (China's First List of Rare Diseases, CFLRD) . (ERERZH
B=®) (National Reimbursement Drug List, NRDL) AR ZE#KmEy1i2
ISMERAMFHRREER, WERRBRIA AEMHIT T I,

FiE: AEERT AMELR, FIHETSMEKRENRDLAFMEHEXAHN
FERITER. MRUWHO/HARREN A REL, 3289 1KITM 112184
AR HRRM BRI H#IT o, UEARREST (R SSPR R $H L 15118 2 fRFEIK
¥, IREEMAXES2E8WERREFARERANNLLHIEERIEET. X
FAMann-Whitney USIEFIK-WiRIEXTAEREM. ARES 0 HREKFERAE
RENERHITT 2o

SR FRNAERNIRERFEENE S TEANITEAMBERAES. Fh
TEREI0ORTATRYER, BIMERTELLHIBIR, PREtimEienis; mEa
TEARSNER, BMERFELLGRE, E1080%tmIgEIULAE, FA—K
MERBEETHNEAEEESRRA. NN2EMRK. FHRRRRNEXERFRERR
UKRENZENA—HSHTHXES,

Zit: REFERRESELFRNABEFEIE THE, BFRERBHNER
ZEMNEEERZEER. MRABVMKERETRRAER, RERMIEZNEIH
RIREI, UREENRK, LEEATERRSE IR AE M,

JRS Gk

https://pubmed.ncbi.nlm.nih.gov/38504266/
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RAARIN & o B EBIREREA . —TEl IR

Health utilities in adults with hemophilia A: A
retrospective cohort study

¥iE: Haemophilia

{E#& . Sam Hirniak; Andrea N Edginton; Alfonso lorio; etal

X5#iF: EQ-5D; ARk, MRB™ERE,; bhaT; WA

HE:

BR ABMERNEBENESREEAETM. X TARMRREENVERY
FR#iE (—EESREMEXEHRRENISTR) MRBMR.

Bin: AARSETHRNERAEOEFEENEBRYAENEMYAENEER.
BiE: ZRA—DE T ABNEERMMHFR, FRNEABLYERRE
124k (Canadian Bleeding Disorders Registry, CBDR) By “BEIRELERR
BFLZH”  (Patient Report Outcomes Burdens and Experiences, PROBE)
5, WARMEREENEBRYAEHITHR. RIBRIEFVIIZKFEXT =7
EERENFEHIMAHITT D, ERAZTEERADN, UMRERMAE
RRERER, BEFER. BTAN. BERERS. RBRXTHREN LMK,
LR EMERARENEFEES, EE. PEENEENLREENFIHIN
RE (trgEE) 2507%: 0.79 (0.17) . 0.76 (0.20) #0.77 (0.19) . [EY3
ZRETR, BUHXRBERSNIIESHENNERE MAR MR RFEENRBEN
EEZRZE (P<0.001) . AR EREE—TETERE, HPER/ND
(P<0.05)
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Fig: ABMARBRENVRERTEBAR. ARRKRE, BEREETME
REXESREN—NEBRAR, ZARN FESARMAFEXBIAZS- W am
PITPIHERRFHEXEE,

JR3L3E R

https://pubmed.ncbi.nlm.nih.gov/38506967/

2010—2022FRREEAN) LE5 ™= e HL#E %

Trends in orphan medicinal products approvals in the
European Union between 2010—2022

3KiE: Orphanet Journal of Rare Diseases

{E#&: Bouwman Luisa; SepodesBruno; LeufkensHubert; etal

XaiE: ) LAGEE; ENR; fULE; &R, B

e

BR ERON LS EERNEZ 59, BEEZENEFRMREEM, AE/
mEREMITAEMAEHEEIFMIESHR, 8, RBLRMHMNARIDER
X, FELRAZEENM—E <L, HFMERSIREZ R, NARSEX
MREAZR=E2010FE2022F B Fr#tt/EAM)LZS (Orphan Medicinal
Product, OMP) RS =179, MARISNEE, NIERHITHNBEXFHAM
AR FEN LAY I IS MM ST AR

-
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https://pubmed.ncbi.nlm.nih.gov/38506967/
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FiE: BN REIER (European Medicines Agency, EMA) fRIAY (BRM
NHEFEIRSED  (European Public Assessment Reports, EPARs) HgEX
2010—2022F A B) A E H L ERIOMPSsEN IR, IRENEIBHVARRMKIE. BIBA.
RIS A EMBL. BNRE., MRS oFRE. ATCHIS. BiTdm. B
FRER. HREAITE. IEFRBENXBIRKLEHE. RRERIGT. 80
THALSMXBIRARRENABEREEZFEE. HRRXABRMERIT D,
LR RMWE T72010FE2022F B4 ER19210MPs, 89%HIOMPs&
B "meiERT NERIKIE. 86%MRIREIRIE T HNIER), M64%89 LT
FIRRIERm T II&EIT G, 53%RLEMEMIRAND F; KO8T D FHMELD
WEFHFIH. 40%RIOMPsEEME ST ENE, 56%AIOMPs{X A F/a1T X
Ao T1%H™ mET 2 —X X INIREH &

£i0: BIO2010FEE2022F#ENOMPs &I, FEIRAIHIF & A
FTRZT, HHRE, WRIAEND FRUEHEEM, MFEITEHFEIAR, H
X ARRERY ETIFRL,

JRS k%

https://pubmed.ncbi.nlm.nih.gov/38413985/
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https://pubmed.ncbi.nlm.nih.gov/38413985/

ERBRSEADSEXRELEFTNRSTMERNDAERLS T, ATPEFEERE. WARAZAETEFR
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ENRBESFADSEXTIEZEGRERMAEANAS: —BMIERE. ETFFRER. HER. EUHEEEN. EIR
R, EEFDA. EREEEMAROrphanetZEARNESF MM ARSERNRERKE. HmETEAMN)LE

ABINESHEXEN, Z2RMPEXMM. AA. #Z. PubMed. Web of Sciencef1EBSCOEFEARERTI IR ZE LUK
Orphanet Journal of Rare Diseases. Value in health. Intractable & Rare Diseases Research. Haemophilia.
Expert Opinion on Orphan DrugsEEMMEXNASHICEAXTERRISTSHE. ZYIFHSHA. BTtk
R, BEARLBREFERMNFEARRARMEIENFEARTDS,

PEFENFHERZERPERREEREERER, tRNHER. FEEAHEESR. PEERNS. FERREERF
2BXRE, AEREFIRISTEANETIN. Bk, BF4HR. EATIVFTFERKSERNEEN. FEFE. &
EENZRTE. PEFIRKERRS FARRMEBEEE. EFEHE. AFHIIRSNEESERRS, AREFERNHEEM
BEESESARISTRNREARE— SRR S R

IWFRAFRBERFARPOEEEE - RERFBFARTINOREBHATE, FOEERRSR: —REAEELR/MSREZE
SRRt RFR, —REERSERSREMANE, EERFOLERMERBARZES, HEFH. BRIRE. WHOF
BEHRES0RTL, S5ERIN0RFAAZSREFMEIERFSERNNRRASEUEXR, RORRABRERIFSERERVEM
BRAFEFRASEFIIRS, BOFIEFERRRIFUANIRAAEN, BERRRFHR, BNHBERERE,

WWARKRFAHDEFRDEEESHEMRTH ORI T002F, F220FEMNAHDEFREERENL, ZBFRERER
AR SEFSDEFUEERONERES, WFARXRREITEE, PEFORHEEFSPEFIERT IWIREMEL
TIVHUEFR, HEERIERREDELFSERMAERERE. WREERHUEESTE, DEFONEHERES
K, SERRXNFAME, BRFsREEEEAT, REDTEFRFINESRENEESE, RESARERR.
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