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2023F12A30, ERTHLEEREBEITLAS (FHEFRRET AT
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https://www.samr.gov.cn/xw/zj/art/2023/art 5fe72814a5ab40laae42c0eaa3b029d9.html
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2023%F12A130, EXEFRER. ANRFHLIREISNLT (EREXE
TR, THERRMESRIRARER (2023FhR) ) , MREREFRERE
F2024F1H1HIENEKRE, RXERMEISREIREITA M, W R16HEDR
&, BT I0NMAEMNBARETZR, SEREF VRIS RES X A)#H
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http://www.nhsa.gov.cn/art/2023/12/13/art 104 11673.html
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https://gss.mof.gov.cn/gzdt/zhengcefabu/202312/t20231221 3923368.htm
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MERMBREAHIZIEME, HEEASKIENSAE T, EBRIMIRHRTLZ
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https://mp.weixin.qg.com/s/NEgkqzEjINa9OhAKElgSuA
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2023%F12822-230, FEAFRFERNRAMETVERESHNIARE2023FEF
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TEERFEMR. ERDHNERRKKTHEE, ERDAERGFIREEK
REEE—BENRAYTUERZEEER.
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https://www.pumch.cn/detail/34016.html
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F—RBEEER, EEAFEFRMBETUERFRMEREE. XEHH
—HROERMRAREEEEE. EERBARFEFHERNERSEFHRabFIE
&, MEfgEREAXARERNERENEMERRISEE—BIIEEER
, ARDMERZESRMAHFREREIM PR, 2 RN THARERSRN
FENHEAFERER. REFNERELRE,
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https://mp.weixin.qg.com/s/fLgKkN5VoES5d jjr8 w0 Q
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2023%F12R208, BARDMER. FEFIHEKE. BRaFRAEES
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mEFERREEFONRIINFELR 2T BIISHNIRFEF, AEFRHEZTT
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https://mp.weixin.qgq.com/s/Ckc9SRmZIaV49gXh7wCd20Q
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BIEAE, ERIMEDUNITER; SIRXFETR, TE8R5EHRS, BE
RNZ KB HENSS,
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https://kns.cnki.net/kecms2/article/abstract?v=tc18asgQIl7QIKMmTbgvl VELc3ZGr4bs7n0n2mRpl
9yNtuPSydUIKTwW26XYS b67bz1BMA9LW|DOvSb737CAhKfGHVOUJEF91sTOlaRB896nHfHkXzZsZk
ngYZIUQtNYcfiJiCwOIMI=&uniplatform=NZKPT&language=CHS
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HE:
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ERMBE,

ik X42009F-2023FOA REEREE R HRVG2IF IR a S IREB R
IXAEE, BIUIBE—HE (PMCO) BH0ENMER, @d10M—HKTEM4]
N ZRTENIHMARNARIENFEIRASRERRFTELTN.
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BHRERARFETE, BELAHIM. BERAS. BMERSBRIA LEER
RigF=i8l,

JR3 R

https://kns.cnki.net/kems2/article/abstract?v=tc18asgQl7QWOYZJ1jfdpBgy87VXi-oWgtjbaX2aSqg
Hsd-eyh8CzP9nLFU9dooHPttOWL9tiOfk c3JoyB2x7-GjgJWfppuewEGKCvYUrjxwhZ8SliztfhCJyOf
AQ33r2VUbOPNkVI8=&uniplatform=NZKPT&language=CHS
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FEARENEER PERRZASEFAEIIHELZH T (FZHEDNKER)
B THENERREX. BRIV BSEREEREENERRIEAXRE, 1
BEEBEMEXEINRAYNMELT, TEZNENREERT. FHER
RERAH, MEESRENMIPSTHMNAIRIER, REEH, DUHEEHMEX
BRERVIEH, AXKMERTERAGBEEER. EXARBEEERAREITF
ODUREMN REENBEEAEAEEMNLMEREEHIEE, MIEMLCS
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https://kns.cnki.net/kcms2/article/abstract?v=tc18asgQl7QWOYZJ1jfdpBgy87VXi-oWgtjbaX2aSqHsd-eyh8CzP9nLFU9dooHPtt9WL9tiOfk_c3JoyB2x7-GjgJWfppuewEGkCvYUrjxwhZ8SliztfhCJyOfAQ33r2VUb0PNkVI8=&uniplatform=NZKPT&language=CHS
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PraSRES KR THERBEET, SWARKBEXBEERESG, UMREEHR
MREFER TR ALIFRE,

RS

https://kns.cnki.net/kecms2/article/abstract?v=tc18asgQ|7Sp3XD4Ily4WzNoTRC6UT68x9GOEVMU
NwO xhE8S0Z3Nlugar6yS HNyNOWEDOS8rPx7eMA9yQdtAMwkOV JbIBy444a0ybMm81693wcgU
xXaQT7mshlKQa nMXNPKDJkBIQ=&uniplatform=NZKPT&language=CHS

FUAEEBHAGHNERENZSE: 1991-2022FCESA
Efficacy and safety of compassionate use for rare
diseases: a scoping review from 1991 to 2022

3KiE: Orphanet Journal of Rare Diseases

{E&: JiayuWu; YangYang; JiaxinYu; etal

KR mORS; BEIEER; FREN; fULE;, ENRE

HE:

Bm. FABERAAE M RERMIRERIE RIRR B EEH#HITIRRIXILLGYIRY
HE. AYRERIBERANERELICREGERESGNER, BREHEMET
Fit. B, BESERRMENRNEEGABBELRABAAITIERFETE
B, XARETTRENFEBALANGE R, THMEEIBRAAEANERENZ S
t, HoERAGYN LhmERER.

J53%: HZEmbase. PubMed. Web of Science. CNKIFISinoMed#kiEE, W
£1991F 1A E2022F 12 B BB X[ABRORKRGIIKR S HHIRFIkRS. MEE,
M Z I R EIREHT T G FEMNRAENMBRRTERRGIHR S/
RHRTIRSWMNER, RENEEEEZENELREE. MR ZFR.

JES
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https://kns.cnki.net/kcms2/article/abstract?v=tc18asgQl7Sp3XD4Iy4WzNoTRC6UT68x9G0EvMUNwO_xhE8S0Z3NIuqar6yS_HNyNOWEDO8rPx7eMA9yQdtAMwkOV_JbIBy444aOybMm8l693wcgUxXaQT7mshIKQa_nMXNPKDJkBIQ=&uniplatform=NZKPT&language=CHS
https://kns.cnki.net/kcms2/article/abstract?v=tc18asgQl7Sp3XD4Iy4WzNoTRC6UT68x9G0EvMUNwO_xhE8S0Z3NIuqar6yS_HNyNOWEDO8rPx7eMA9yQdtAMwkOV_JbIBy444aOybMm8l693wcgUxXaQT7mshIKQa_nMXNPKDJkBIQ=&uniplatform=NZKPT&language=CHS
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RE. FREH. BTERMEMBXEIE,

LR HPNACTHRT, EZ20798E2HE, FI9FHRA38.1%5, 46IRFIE M
3IOMABHEY. LI, MEERENRFPRENNEBERLZETT T (23/46,
50.0%) . EARTHRRAE, BATMRIREG T HEFRNRINER, 35THARM
WEBENEREFRNE, Bk, B4THRKENEENEFLHEEFH,
tesh, BIIMARRE 7T EIBRAAEREENL, B2HMARRIHATH. §31M
R (67.4%) RETERBERAMEMNAREMS, MBELIWMAR (28.3%)
REMFAREH. ZIN2TAREEHARTSEAETATRAFIREN
(Treatment-Emergent Adverse Events TEAE) ., 136fl&%& (6.5%) X4£7
SHEAREH BET) , HAFI19FI5ET (0.9%) WIANSEIBEAAEX. LIk,
33MAR (33/46, T1.7%) FRRFRLTE2023F1A31H ZFiRSHAE M
FEiERAAFRIARAYIREBEXHENBTEIERKA790.5% (IQR 359-
2199.3) , AREM, THRIMABEHGYWNIIMAR R, —LRBUEREE
REFE2023FE 1 B31 B4 RAY M R IR M E IR 89 &,

i AMRARFHMFR T ERNRABRANINK. THRAYNREABERZSE
RENERRTIERE, SFmMs, AERAMFEEENRATHETHREN
TR, BRA—EAAMERBRAGRE T Lh#tk. A, HF LA
MREERSEZTEMHE, AT ieAaTERBERANT 2%, AL, §&%
BEIEHNEBRANTREHIRG RS
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https://ojrd.biomedcentral.com/articles/10.1186/s13023-023-02978-x
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REHEARONERRESETIR: ItRDNERSZFR
3]

A Patient-Centric, Coordinated Care Model for Rare
Diseases: The Multidisciplinary Consultation Program
at Peking Union Medical College Hospital

kiB: NEJM Catalyst

{E&: JingXie; YeJin; Min Shen; etal

[mon

e

FAELKAIRN—IMEAKL, IF10NAOBEENH. BERE
XENETREJIXRARFERRE, SFEIZMERMEUREZ LWETIRS,
XRHRAGAKIBESEMUABENRONFERNREES A, EXTHAR
h, FEHERSZENEGTRR, FEFENRIKRAIZHEHRBERETH
o Et, ITEILRDMERSENE T UBEARONBEIFERT-ZFH
FMA=121WE (Multidisciplinary Team Consultation Program, MDTCP) ,
BT NXEZEEXEBENERZMAATTRE HARERER, MDTCP
R#TARERZBIESZHER, (E# T FINHEEIZEHNET RENER
BT IE,

RS EE

https://catalyst.nejm.org/doi/full/10.1056/CAT.23.0297
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ZEIMR 7w EENER G EENIAR

Perspectives and perception of haemophilia gene
therapy by French patients

3kiK: Haemophilia

{E&: PietuG; Giraud N; ChamouardV; etal

xigin: BEEAT, kK, SESWUA; RiF; 5, BE

HE:

BaMBEN: HEENREREEARNEELNRFRSEPONAE—NEE MK
BE, UTHEBEENMEREREETT (Haemophilia Gene Therapy, HGT) B
EEMIAR, HEFM T REETEIBHIMSIFET A ENSE,

ZR: TRIIN143GIEER, ANDHELITGN, AH516F U LPEENRTE
EBEMI3.5%, EFARMARSEE80.3%, BREMARS19.7%, ERMARL
80.3%, 64.2%HIZ5EX HGT RRIHFE, 33.6%HIAXNXM G ARNE,
3BT%NEE5ENFEFIELRERREBTEEEH. XB3.6%ME5&M
REEEZHGT, 39.5 %HEEXTHGCTHHARFMEIIRKFERR, #Bid60%HIE
ERTMEREILFEMNRELRBEROEMITIEIHGCT, TEREZEZHGCT ZA,
54.4%ME5FINARES BRIFATHITILREIFBEHERN, 53.7%HNE5F
HEMITNETIRSIRUEERBREEEZHNER.

Zig: MARERLETWEEURMEFEROZWARFHFITERX HGTHIHRER
RIEFNMBENLEY., W TFXMRABRIRNETAE, BELITIRE
WM. AEMZFEPRNES, B5HEHMMERETAEMBL, XMMETHEENDA
BEZHARHRE AR,

R SERE

https://pubmed.ncbi.nlm.nih.gov/38058235/
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ABIIENRRE

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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