L5

G SHE LRI i

ORISR S

GRAT)

2020 & 8 A



BRI s 3
B R G e G ey AL BRI R AR 36 B X B R 3R
B s 4
= ESHERHRATRELEGYHLFTHENLER.....6
(—) #HEATRENLENFEERSG &N LT )G

[ R e i R 6

(=) S EHER TRAFLE. KETDHERT
BNBNZ i, R B SE sRm  R T RELE .7
(Z) KELWmERE RS &, ERERASHSA

BT IFENET BEILEN o, 8
(F9) B TIT oo 9
(L) EAAFTD oo 9
. EEHRAAATRELEGYHLFHEA ..o 9
(=) BB Lo 9
Qi = T 10
Fo FEEBEW R oo 11

W
ale
><\,
= ¢

IR
VAR



W, TR TR B AT IR T AR T R IR A
RAEFEG AT, HUEN AR ARz 2. JLEL
kY & ATkl VI SRR L €
MEEmFRELESEFNEEEH. R, EEFERE
L B G R RRBT AT R T %, LB A XK
Wk 5 R AR, HisES RE5Hd&. LEERK
B WU RBHREE, SHAMEILEFEANAK
M An AR ESE A R, AT LR G R 4 25 & o FT %
Mo R AL E . B, o R R T A T R IR R S T
NEFRSEEREILE, =2EHREENAM. WA T LR
AR RN G R g 7] L. B S AT 5T (Real-World
Research/Study, RWR/RWS) 1E 4 ##F K iz 8y —F, B
BRI TFILEGMNA G WE, AHAEM. ¥R
FENE. TELEMNET EFRE .

A2y 5K B R E B #F 2 (International
Council for Harmonisation of Technical Requirements for
Pharmaceuticals for Human Use, ICH ) -F 2017 4 8 | 18 H &
AT ICH ELL #hse Uk BT LA AR 8 5 5 7= s o e JR BT
% ( Clinical Investigation of Medicinal Products in the Pediatric
Population E11 (R1)), X NA T E LM RHATEILE LY
WREWNA., BEXRAREEEERT 202041 A7 HXK



BT CETZHFREETFEDHL S F TR ZEN (K
T, XHWBEE, FR IS FEEE )L ZE W L8
— i SR

ST LR, LRAREBLEGYALFHERFEE, X
% 2% 25 o W LAY X T AT i E )&, B4 ICH Ell
(R1) 365 £ & E %3 520, 5 B 25 Mo K # Fo i IR R
B IEAR (SRR LR A MR K S Wt de =
CRATN E)LE WAL F R L, el 2 a8 5 R

g HENE ENBIAY B E LT FRE L
BT R B LIER BORE R, R RS R 5 iy A
MBS BARN. SRR T AR T EFFAR, BE5H
CF S FAE e SO R 2y A x5 Wit ey g 3 B (AT )D.
AT RMWNERTERANLERS, BHEMFHE. FHR
A

Ade 3 A2 & 8 A S B ey AL s AR,
BT K fulls RAT & 5%, FRAABREIENEREAR
71, MERFATOHREEERERORER, AW TER
o7 RN B A . BR AT R AR, 3E F B 5% ICH E11
(R1) 78/ . (EEHEFILRE AN L5 FiFH 155K
M CRAT N B AR N IME R Bk 46 3 B

= Bt FRMRSEGEABEHL BRIRR IR IR X 5 &



SHEEL

W& AL *T BE I KK % ( Randomized Controlled Trial, RCT )
7& — M R B - 2 77 v JF 2 8618 o BRI B Ik R IR
Yo, FEZYIE R T R, A A 25 A B
“HAE”.

IR e B R E AT RIS+ 5 BE AR
Ble (R RHRAE), @xtol, REEN - &ERN
{8 % v e 7k o 2 XU B s JRGE 4 ( 0 SEHE IR ).

7e L% 0 FF R 250t R 0 3R TR 1 Gty WAL %4 R I B
I B4 — SR TATI, BRI T X,
DR A 1 R B AL, BT R BRI AE . B ARIAIT A
BEE. MR, RRAGEWENT RS RAER. &
LA 5 JE 25 0 A % e b BTN SR B, R B
HHLEFRLE, ERREFESHENE. EFHHN
R, LB LR, L RAER St G ML I
KRB oEELE BN E TN EY, —FE NN RIL
¥#.

(e, B SR M R T A i BELATL X B W PRk 0 LA
FEMFRNE, B8R, AELETRE, LES5 MM
o EE NG R I T s N . R B LR, 3R

KRR THRTERBETAFREE. RASBRH AL



HRB I, B L SR AL AT B I R I R AN SRR
BB TR, RRBI KR XY AR T %
A, FRERWNE, EHRZEGEKRENHLT, HEEHERH
KA B e 2B KA F H FEAL AT B ke R RS

= Bt AMRATRELEA AL PRVE ILIER

EEHRARAEMENHERE, MEEELEZETRK
BEHRERET EWIE, YA K0 ERE AT
. Hul, ERELEAWHAL Y, KL FATRE LA
FUTLAER:

(—) #EA FTREILZHIHEFLRL G B TR
KRB ZNEFF,

RELTENERLZL2ABMEERZSE 2
CHNEENE, MR EERS SR LT E
%. ATHEATRELENFERRIG R, HFHZ
KHER MR ERIEN &R, FRETERKZ2HX
WHAREEEN S EX,

tFEERZEARERATNENEERAZ K
MR )L EE KK B HTH, FREHLMFE ST
BN, Mo 3EAR I BT RT I KA 5T K IR B ey HA 5 Y R
B AWK EA, £ LT EFTT T UBE.

IRVE 2y o 0 25 AL A 2 TRIT ABARAE . &R 25 77

\

4

H
i
&

(5=

5
':-F‘v
wE



YA R B R R . T DR SR I R 5
( Pragmatic Clinical Trial, PCT ), 4 4| 72 76 & Z #4777 %0t <
HIESE R B, Bl R TA M EAN R B AR SR s E
BENNE, URRELMFHRS RN N EBRER . it
Xt P82 B S W R e, A RS ATREAL AL AL, R A
W5 WE EHEM RN AR, KRR, 2 FTEEFE
WIEEE. X TERBRZIA RN A, BT WL
K, WAFERANEEFR.

(=) AL CIBER T RAFILE. RE CHER TR
AW P de, RABIFEINEFRRPRATREILE

TEBRUTRMEI: 20 Ry (SR~
), TERANERERAF)LERN A, ERE L HER TR
A, HiFYTRENEZREILE;, BAFHZ (R0 FH
%), DHER TS EGAEENRANR, WiEHE R
AR OB LE N A,

W CRAR BB E Z )L AR AR F8 57 D
P W 7 ik RN EE ), N TRHEHBALE ERRBAT
BN, BEERELWEAREEE TR, UEIEE
THMENEELERNESGESE, WERAHZAEHEE, UK
AW R R E L E AR ERARRE, fAREE
i E R L E R R KRR R L, B W R
Ao RAB B H X BINATAHSER ENERE . TR



SN 50 8 T AR PR B R R T 8 A5
it

(=) &EEF 6K A D, LALLM 5%
e RHE B YR E LR

B kELETAARAR, ZHFRRNETERE
FABRANEJLEIF 2. W, 25 f & MJE AR LESNY
BAEERNER, SH-LUERELWEZFNIEREAA
f, KHACT LR B A

WREHERERANTGH. #EHERERSGITONE
B PR SEFR A7 BAE, BCEL A TT R I WE I IR SE BT AL 07 #K
PR AR 25 &, FT DN FC ST T 0 0 7 TE SO
Ey RZELENA.

ERRRETRENREFEREIERBENTES &
W TR AET, TUFRAATEBEF R, T
st AR R B AT AEE, AT e AR (B ST 4R AT A AR B 2K
), AMATNYG & RMmE 2, Fef, AR
RPN 2 & 5 e R rE iR Y CER A RAREIRTY, N&#H
NN R R VR IT 7 i) TR IY e A 1 T T At B
. dn R B A B R AL 77 B3 T 7% i R 5L R T B A 3
FRER G AMNERK, N FEHJEI R M oy F LA Tt

N

c5t



(W) F I

A F A, B —EHRZ AR F R LA EEE.
FRILBH EIRRE G L, TREEEETAS. ©®
32 B S % 77 e R R W R o T R AR 4 6 L X B I R AR
Wty L, F ST A VT DUIE A BB A L T s BB A

M.
(&) EAptFH

AR RARL] LTI & (R LEY &)
S AREE AR (R E R EBHK (AARERE R
FERALAE) TEIGAREHREINE (WELH
RART. REFEMR). AR TLAZFFRAEFREAR
F. WKXBEREFYROMERNTRELENL &, AKE
JFHE R TE R A, EE RN Y% 2R R 5T
Ea b, #—FREHINENFREYT R ESHEAY
B R. BUUREM T B 0y S FE 60 LR 5kt

M. EXtRMRBTRELEZR & FRIEH)

(—) %£#]1

A2 A AR R R A, AR R E A
W, EROMESY, FRENLTNERAT L. ZafE
SHER THERA, ELT—BREEZE, HiF@LHR
b B LB W R 5T 6 7 X8 A 25 B kB Ry L E R



ZR M SE A SR LR AR S I8 R X
MK AE B B HRAE S R 2P, 4T B TEWE
PHEHE, mZA@dEm EWa e KRF RSB L, RETIILE
3& R B

PR AR 2, R R 2 T L I R R $E
A, RALBMEEEENENLE KELERNE. BA,
WERIFFS . RETE. RS, RETIXFXELE
F% 0 FHEdE, EXREIGZ REELEBESSHRNRE
¥, MEELETEFEREEILAESEENKIE, #iTE
#)LEHE R X%, EREERS RS, #KA AR
L EEN AR AERBAEIL, OREELALERS
ORI AR, R ABRZZE MR EENREAR, FH
W AR exEm AR, Fl, ZeMfErER W
Jo FFRARR )L A S R R, R AR A ERRRK &
BERAR (RBREL) P 2RAEEEERIE. FFRERA
FRENEE SR, UEIFNREFEERAEITHA HE K.

(=) £4)2

HEB A FMBRNAERZ GlaxoSmithKline /5] FF 4
WRNFRER R, B#to RE+RFRATILEMRAZ
. ZERAFRSS > 1 F )L E I R R EY R E
EHAMGEE, ANREDHES “>4 ZILE” ¥ EEHH



ShbE—B ) 21 2 )LE”. 5F (RAFGRESMEE L
FAREZ e R Je Bt kA5 BAE R By BOR 38 3 R U ) 22
Yo R ARG EALE A AR, T AL E I R S
A0 9 LB R R R AL, A T LA AR B I KT R0
W, ZrORENCIERE, Sl ELERRI TS, Hf
yRYEERAHLEZ>L ¥)LE. F, #EZRITR
tHE 1-4 R EEwm LR Z2Wa T, AN MRS
Hz e REREWERT, #t—FnEy EERFRBEAHN
RN Hy %2 YR

R AR E R AT — LK 1-4 5 B LR
XN S ELLE ST TN T L E NSV
W PR 25 AR AN AT . P R IR LR o A7 1
1-4 % B UR G AR RSB L ES S, KT R — %A
HEEHATS, A AR AR B 2, A
AL BIRT T E RS ARNEAAT. ARLRA T RS %4
IR, DRGFR T EREITHA SR K.

i, BEERMESE

TER WS TRAF Rt — R R JES A R B0
W AR g b — BRI, DURL B PR Rk I, B3
BB B R B AR A T 3B o 0 o S i

SRS



A H R AR, AT 3t )L E B EA A R S e R XA AR
R, ERFHELHRATE, EHNELEMLHNLET AL
W HEANEY. HEY. BN ¥eREEENEE.,

FSL A FA 5T 7 )L E 2 R R B LR T Ik R AT
A, A LA RE EHRE MR RTn R RERXE
SamER, UWEHREMZELEREERENFIEE,
B, 2 1R] R P R AR B A R, BT )L E 2 R A&
B UFE.

AHEFEHRFRIFILEGNFAELTES AR
5REWB, SURAMETKE 5 e RO Bt B SR
T )L E 2 Wt 2 B LR TR 25 o A LA R R
W, T Bz aR.

7Ny BEER

[1] Corrigan-Curay Jacqueline,Sacks Leonard,Woodcock Janet. Real-World Evidence and
Real-World Data for Evaluating Drug Safety and Effectiveness.[J]. JAMA,2018,320(9).

[2] Crisafulli Salvatore,Sultana Janet,Ingrasciotta Ylenia,Addis Antonio,Cananzi Pasquale,Cavagna
Lorenzo,Conter Valentino,D'Angelo Gabriella,Ferrajolo Carmen,Mantovani Lorenzo,Pastorello
Maurizio,Scondotto Salvatore,Trifird Gianluca. Role of Healthcare Databases and Registries for
Surveillance of Orphan Drugs in the Real-world Setting: the Italian Case Study.[J]. Expert
Opinion on Drug Safety,2019,18(6).

[3] EMA. Draft Scientific Guidance on Post-authorization Efficacy Studies[EB/OL].
(2015-11-30)https://www.ema.europa.eu/en/news/supporting-better-use-medicines.

[4] FDA. Framework For FDA's Real-world Evidence Program[EB/OL]. https://www.fda.gov/do
wnloads/ScienceResearch/Special Topics/RealWorldEvidence/UCM627769.pdf.

[5] FDA. Use of Real World Evidence to Support Regulatory Decision Making for Medical



Devices. [S]. 2017.

[6] Geva Alon,Abman Steven H,Manzi Shannon F,lvy Dunbar D,Mullen Mary P,Griffin John,Lin
Chen,Savova Guergana K,Mandl Kenneth D. Adverse drug event rates in pediatric pulmonary
hypertension: a comparison of real-world data sources.[J]. Journal of the American Medical
Informatics Association : JAMIA,2020,27(2).

[7] Lasky Tamar,Carleton Bruce,Horton Daniel B,Kelly Lauren E,Bennett Dimitri,Czaja Angela

S,Gifkins Dina,Osokogu Osemeke U,McMahon Ann W. Real-World Evidence to Assess
Medication Safety or Effectiveness in Children: Systematic Review.[J]. Drugs - real world
outcomes,2020.

[81 NMPA. Jl A 2550 S 2 LR AR RO HOR i3 3 ). 20174E5 H

[9] NMPA. FCSCiH FHIEHE SCRF 29T 5 80P 104 R (47D .20204E 1A

[10] B & e Jof F 22, XU R 3, o BE, ¥ 6 W, 528 85, EHEFe AR 2 rh ) L& H 25 IR 25 A VRO i R
LT VE AR AR (] 18 s 24 0t 91 4k 75, 2016,43(04):585-590.

[12] SEU8, BRI G, B e Sttt ST FUAE 8 A2 ) LIS 2 vh i 2 9] [ 25 AR LR %

7£,2018,20(03):169-173.



