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[ Abstract] The incentive policy for orphan drugs was evaluated by statistical analysis of the R&D (research
and development) and approval of orphan drugs in the United States during 1983—2019. The clinical trials
funding, qualification and approval of orphan drugs were statistically analyzed by consulting the FDA official website,
clinicaltrial. gov database and related literature. Since the implementation of the Orphan Drug Act in 1983, the
United States has established a systematic R&D incentive system for orphan drugs up to now, which has played a
huge role in promoting drug R&D and approval.
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it 37 A Lok, 38 [ 5 UL 245 W B A R IO 5% g
PEFEJE . AR S 3 S I %k 38 [ L e 2 ) i R i
B AR UE AV L O AT gt 4 A, 1T ODA
F L BT

1 ZEERFRIMILGE R

1.1 GREERM 78 % 5 Wk 4 21 (National Or-
ganization for Rare Disorders, NORD) iy #Ezh T , 3
[ 4 F 1983 4E il 3 ODA™ | ks FE W29
TR BE S I WA IO & BT, & 4D 58 3 K
LS HARINE T, IF AR AL AL 25 BIF 52 13 B
HE A B o A AT 37 0 o 3 Ok 4 A5 T T IRl A Ml
WFR B, &t 5 WE KRBT, FDA & 40 @57 Jf
g6 35 DL IRL 250 7 Sy FE A L LA SRRl Sy 21 A1)
1% 28 UL 245 ) BOF ke S il AR %, o3 #E Ak TE BT K LT
Wb T R e 2 T AU, DA 4 5 L 25 ) ) F
Ko 2002 FEH B (FE WKL) (Rare Disease Act,
RDA) 25 WL T 5% & b vk AR 4

1.2 fULHRERERINERE 5 EXNF WK
L2 0 S8 2 T DLF 4 DA UE: AT IR E
W OB TIE B 2 R MBS A 2R A bR LA
RS TIN5 A1 B 2 B8 B v o DAV AT 0 o A B, AR O 2
[E FDA 2013 4E & #fi #) { Orphan Drug Regulations) ,
UL 25 W) 46 AR 25 [ 52 e A\ i T 200 000 55
i) A\ %2 - 200 000, H %A & 2 U 2 B 7E 56 [ 1Y
S K T HE & A B BT A R A 25 5T b
O TR B2 2 1 R, AR g DXL AR 2 9 ATL A T 0 9
KW 2R AR ST, M 55 UL 5 7 A v K L
BUNSE DL o LAAE /N4 i il 9 ( NSCLC) Sy 491
21 28 Z i, B2 U AR 4 4 20 31, K NSCLC 432 ik
AR L S R e R O 20 L (H 3K 2 43 2 i 15
Wr IR IT Bk £ T RO AR KR A SRR A
FH L DS DU % NSCLC W 17328, HEAT A 51 X P 10 24
Yiwk &, 0% 2018 4F 12 J1, 56 & % NSCLC it #f
MIIRILZS A 16 A, 3 N E F 28X A RIT 259
AN 32 88 A 4 0 A7 A e R 928 114 Jeg 8 e ) B 5 7%
P NSCLC 4% [, 138 A AT U 56 A A At i 19 245
Py el & w24 R N IR AR 2 Al B T R
AR A AR B B HH A L 24 A 5 X T ] — 3 B TE , 3
N UE B H HR 3 9 25 W L e PR 280 B 00 T 2 R 24
it B AT S22 IOLZS A i IE . S IULZBE R I 2
%% (Office of Orphan Products Development, OOPD ) 3
FEAZ T IR L2 B A% N 8 1, BV AT =2 R R Y 38R
it o
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1.3 IULHMEHREE 2 FDA &M IILZ
A BRAT LA Dl 45 i D B CHE S s IL 24 1 IR 3K
55 2% HTH 50% W] LIAE Ry BEUSCHR S, I 7T 1w i 4E i 3
AR [ J5 SEAR 1S AR SRR S0 Tk e R A 5T S B
FH 70% o @) FAR I AR R 560 A0 5% DL 1 4% s
GG < W7 2 R R A A, HLAR L B 45 B Bl ORI
Wo. P\ 1983 4E LUK  FDA BF5E% B E 26 B3 3. 5
12355”2600 Z T R F 55 42 {3k S 45, 4 50 £
ASH 7 AR UE B TiT . OOPD F 2016 4F )5 3 | 5
WL B AR S SE E B R S A 1 B R T R
PO ZE WL AR SR TR i TR AL R R BN R R AT
it I 45 5 48 1 ( clinical outcome measures) | A= ¥ F5
W) sk £ B 12 Wr ( companion diagnostics ) BB, %
Tl PR3 56 O e 0 2% DL B 7 i B T & . A B
gk, OOPD JR i & it &3 1390 J5 o0, 5 3¢
[E 57 T A4 #F 5% B¢ ( National Institutes of Health,
NIH) F1 E F #E 3t 5 {4 Bl = § 0> ( National Center for
Advancing Translational Sciences, NCATS) & 57 & 1F
KeF . @ KA FDA (B S L B B2 4 I
PR Al PRAIF 5% 45 10 23, ODA 5 il 25 4 % i1 I PR A
FEITEE I AV ER 200 7 SR AR T R L
i B E AL IR B TE . @ i3z 5 1 A4 2 0L
2yt BT iE L EDARAS 7 AE R T S s AR T
Yyl i W3R, FDA S F 416 A (W) 365 10 F 14 35 i 25 )
e SR E] LA S O X RO 5 % 25 )
MG BERIA R L2 W A N ALSAT 5 BT i 259
AR EE 2 245 ) 5T Wi DR IG5, U0 300 1) AT LA At v R At AR
[Fi) i 17 Ik 9 25 4 B,

2 EEMILEHEER

2.1 MILANER#AEEHTHE 19832019
4E,FDA FE3HiA0E 1 5 223 DM IRJLZY, 4R ¥ 1A E 141
Ao BEFE BUR A Wy 5¢ 3 , Bk 802 1Y 1l 28 4l #5¢
AL BF & v, 4 4 A e IIL 25 0t 2 A
IR A TS (LI 1) H L 2017 4R 0 2K
W Z N 479 1~,2015—2019 4l E B s T
AR, B4R E 370 4>, ODA A A Z i 19 10
AE[E] (1973—1982 4F) , HA AR H] 10 Fh 9L 24 78 26
EARHE B [ 1983 4 ODA A A I , i 26 4 e
2 3 LR A, Bk B 2 0 Al 4R A IL 24 A
FDA bR IIL 25 52 902 4F 186 1 ¥, B0 2019
4E FDA Sttt ol 1 843 A IRJLZY, ~F 34 45 4 1L o 23
A o 2018 AR HIE o B ik 94 4>, 2015—2019
AR R R 68 A
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2.2 LA RKRERFREDSRA LHER

75 FDA 45> 0 BUAE B2 R 2y 1500 J7 S0 oL 25 K
BT A% BRI PR 1 46 B By b, 2947 1 000 5 & T T
Bl AE 21 A I PRI 56, 24 500 U7 35 00 FH T BT G
i RIS | 5 18 S35 A A ol B 5 15 25 6l SR T
7 S 9 5 DL I PR A6, A S RF 0L 24 B9 i PR O
Ko HUTH BT B 2 it AR A A AN AR A L 25 B
RE  (H A 56 [ 3d A9 A Ews 2> 1 200 000, [
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I 5 B A A 0 BF 5 1T 25 3 (IND) o 1983 —
2019 4F,00PD L%t Bh T 652 WKL 24 it R 58 ( &
2), Mo Ay 582 it 2% 1k BUAE R, 70 I PR 1 4 1E
FEREAT P, P B AR B A B Y 00 H 24 18 T, A 70
AIRJLZE 45 o I PR U 56 9 B2 3k FDA A4t v b vl
(LI 2) o JEAFA e R 12 8 BAS A PR S 394 4 41 ) T
Wity OOPD WE I i 9 39 I, JC HJ& 2017—2019 4F
BRI 0 B i PR W B AR T DD AR KR
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2.3 H#MAJLAGRFTIFEITITR &M WHO
XF 245 i M 7 R I o KA 43 28 R 42 ((anatomical
therapeutic chemical, ATC) 432, FDA #it # i 98 )L 24
AR g 14 AR Y7 AU (WL 1), b Bt i e A A
PENLRE IR 5 FH 253k 319 A, 7 BBy 37. 84% , ik
SR VBRI L 25 B 24 L Ak &R e AR 2 4%
T AEHT I 98 S 2 HILRE W 55 25 v, 2 Bk BT i 24
(304 4~,95.3% ), Ho i (1 1L 95 6 97 25 i i £ (74
A~,23.2% ) RYT K R B RER R B KR O ER
e R 9 B0 24 o )L o R L AL S TS . 1987 4F,
FDA i 5 470 i g6 F0 6 25 55 HI L 24, B ) 4t
WERC R AR LT, oAy 7 4R 28 5 9L 25
b AEFOR 5 4 AR KL 24 it o SBRY 50% (1988,
1995,2008,2011,2016,2017,2018 4£) , 1 B 5t 2018
AEEIAF] 48 4>, 5 2018 AL LGt HER 51. 1%

&1 1983—2019 4 FDA HfEFULLY A7 4 726

YT A o /%
BU MR8 245 R S B HLRE IR 9 2 319 37.8
JIIRGEIB AR A= 124 14.7
kIR W EAN L 102 12.1
MRS 68 8.1
RGP G2 50 5.9
PR RS R R KRG 39 4.6
MR 2 55 34 4.0
NS 28 3.3
TR 18 2.1
P 18 2.1
B 2R HU 2 % B2 R K 2 15 1.8
A B IS IR 7 B8 R R 14 1.7
OIS R 5 2 8 0.9
B ks 245 6 0.7
ot 843 100.0

HRYEIE 7 AT G, #HE o 25 0 4 BN R L 3 2L
25601 A, 2045 71.3% s AU N 245 164 4>, 25 5
19.5% ;AL #2578 A, 2045 9.3% (WL B 3),
AP AILEILH A —E HILBHERE S 58
JIT A B9 i PR35, LA pembrolizumab S ], 2% 245 )
2017 AE R HE HER I R A M E A S W E
(cHL) My i N FIL#E R %, sl &0 3 ksl 2 ik 5
RIRYT G 52 & 0 R 1% 25 I AT & Bt e IR 7 e
ok NSCLC ANRE U BR 3l 5% B E 2R 4 20 L K B R
ol A B M Sk S bR Al MR . A 210 B B S
Jmig R g, JE LR, 45 SR R W pembrolizumab
BT KB4 & B 25 () cHL 43 %%,  FiR97 L
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cHL 55 W 8cs A B, A 250r: 3 F Bl A 38 56 25 95 4h
e, 2Pk F 2T 57— 50 40 4] PD-L1 BHAE iy i e
WA R 2k alME IR I S AR Bk LR L AR
HIR AW . FDA JEF 113 I R 38 56 9 i 98 1
O AR g A F s LS % 2

4/1@1@}%2&

WAL
RIZ§71.3%

3 1983—2019 4 FDA #HtUEINJLZS
iE AR 2R

HEAMEZS SO TE 14 AN 3R 97 UK 34 W8 35 L 3 R A
B Z N JLE S 2y, Horp AR OCR MR B
RRMMERERGE L WILEM L), MW IR RS
PR Z A2 o BRI G ¥ TE & 11X
JLEE B2 it BT, A0 R 5 s T 2 RS A% B 24
2.4 EEHFEHBABR 19832019 4 it
) 843 AULZY 73 Jm B A A W R A A (k) L 3R
10 DR UL BRI A A 13 KWK 4), Hohin e
25 20 ) Jm o, AR 62 AL 2, SRR H S 1 2
FERZE T w) AN 4E S /) A I SE B 5 S 4 W R
LN ) B R BRI 25 50 SRk, HASTE R
B JE , 1% 40 Allermed Labortories, Akcea Therapeutics,
Aptalis Pharma US % 174 % i/ B4k 7E BURE % 45
EBh T W AR A R AL 250 &, H RS 2o R4 1
MLZ
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2.5 MEEFER NINPURIT T E R Y B,
FDA #5717 4 S 2 e (W4 2) « A5 w3 (pri-
ority review, P) | Z€ B 14 J7 5 ( breakthrough therapy,
B) N it #E (accelerated approval, A ) Fl 4t 33 i &
(fast track, F) , F H] 3052 i FE 0 2R AR IC 9 L Tk
SRR AR A B o TR B0 i R I B 445
R TT PR B R 0T 5T 5 B I PRI 45 R AT L,
X TR AL I PP A T BOCR S A
S, 1983—2019 4EHEERY 843 A IRJLZ5h 4 379
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AN AR DL R AR Y R BT, 20 AR
Lﬁ%mm%%oﬁ¢uw¢%%%ﬁﬁ$¢m
AR BT, 180 Ak 1A EL B A R bl
(F3). FEMRZHOT 8 ik iR nE 2 y , IK
JLEG T e R AR R AL AR XUE 19 BV IR B, 25
e B 6 i AT %8 FH R R & 5 (surrogate endpoint ) B,
A E] 28 /5 (intermediate clinical endpoint) 4% 4= £
R R ETD TR

F 2 FDA X ERIGIATT 2590 0 R FE ¥ b3

i H ol A PR o v B3 3 3 FEMVEST %
BFFHER  BEHAE At B BN BRI
WIBIEFIE 1992 4E PDUFAI 1992 4 PDUFAI 1997 4£ FDAMA 2012 4E FDASIA
ViR ARE  RITUEBR MY (GRS TR EER P SE AT TR ERN, FE AW TRy T E R
PR TR ) L B LTS AT A E A I R X AR PR 51 PR &5 e 2% W % 5, B2 I K E 4%
A VE A M R T R I B AR 2R 250 B AT i e v R R 1Y RPZ Y 7 B
M4 FD&CA ) 505A #B 43 $2 58 B AR 2 058 3 AR BES7 /SR ), B % 2y IRZ o L EBAR T B
B L 25 9 0F 5% AR PUE 3T #b BN E R A A% 1 TR YT ATk
FEHH R S 1 1% e PR 7 i
F 3 1983—2019 4F FDA HtMEIILZG Y 4 Fifin sl A8 77 Bt Ge it
i IR 2 F i 3 F i 4 1%
P B A F PB PA PF BA BF AF  PBA  PBF  PAF  BAF PBAF
1983 0 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1984 0 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1985 2 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1986 2 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1987 3 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1988 4 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1989 3 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1990 6 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1991 5 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1992 5 0 0 0 0 1 0 0 0 0 0 0 0 0 0
1993 6 0 0 0 0 1 0 0 0 0 0 0 0 0 0
1994 2 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1995 4 0 0 0 0 1 0 0 0 0 0 0 0 0 0
1996 6 0 1 0 0 0 0 0 0 0 0 0 0 0 0
1997 4 0 0 0 0 0 0 0 0 0 0 0 0 0 0
1998 6 0 1 0 0 2 0 0 0 0 0 0 0 0 0
1999 4 0 2 0 0 2 0 0 0 0 0 0 0 0 0
2000 0 0 0 1 0 1 1 0 0 0 0 0 0 0 0
2001 1 0 0 0 0 0 0 0 0 0 0 0 2 0 0
2002 3 0 1 0 0 1 1 0 0 0 0 0 1 0 0
2003 1 0 0 1 0 0 3 0 0 0 0 0 2 0 0
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T R M K M 46 e T AR L 25 b T R )
1985—2019 4EHL HE(Y 1 096 A2 vh, AEIRILZG Ny
779 A (5 71.1% ), 9RJL 25 Ky 317 4~ (i 28.9% ) ,
JERJLZ5 M FDA A2 3 | i o1 3 B4k ok b i F
B2 1.8 45 JRJL 25 P AERT 29 1. 2 4% AH#R T AE IR
JLZ W Z B3] T FER g A T A H . i
Z AT FDA L2 HEAK A E 259 h , FDA 23 k%
oA e PR 1 245 40 22 355 R R o n R I o B
TR SRR G D WA I R IE 4 2 B %
Y EREBGARA S LB TEATE. @ B
PR B R E5 4 2 W92 24 ) 5 fige o i R 0 A2 1 R T
TR S 25 R A5 UE 0 A T () G B A T
BAFE B bR e, X —F G PR (A 11k FDA %t )5
T 14 5 208 A5 Ul 8O T B e, 7 317 A9
JLZi  H A8 A g A R ARl s R Y i, A2
PEE TR RE R 2 1.8 4E A7 269 it 1 A E
AR Ll P FERT 2 11 A, T RERT P
K4 T4 8 M H .

3 g

3.1 MILARESERINETHALERMEN -
[ FDA MRHE AT 7 2 55 4 AR HEXTIRL 25 i A7 7
FE, FUR AT 58 b 1 245 ) 1 0T W3 L 245 B A%
B, Bl 22 K 19 22 50 BF R 800Dl 42 il A R 3 & T il
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250 BB A A o DA SENZ B O B AIE R, DURS E R
SRS IR IR A5 0 17K AR AR A AL
T A G T 502 R A 45 WAL AT = s 7 B I 2R A
SE N5 UL, B 14 TG A 06 T T B B I )L
LI IF A, 3K R R B BEARNE , 12 1 I R L L TE Bk
ZARBYTIESE AT IRBR IOL G0 A A RE AT
L 2P 188 T A AN, 57 DL DA RE S TR S A I PR A
ERIOILLG W %, b G A2 A R A E b M
He FDA BE IR NG E R AR 25 TF R BT 5 10 5 UL
07725 HABUR Bl R 0 T 55 I 0 G 25 m] 1Y
JRITHT

3.2 UL RAKRREFDHARZHABEX KK
BRI A i R CR . 2 B A IRL 25 B AR A E
F14 245 W90 s A 1 6 R AR A, A R B B, A e
KA S T7, 5 ) 2 O KU BE T I B R Aol A
I, FDA 4 4F 3% a7 e 0B 4 SCRF 0L 24 /9 1 IR X
56, 4 v A M A R AL 2 B8 0 KUBS: RE ), 2 g Al A
KNI B BB A, AN AR R Y 25 ] Al , K /s
Bl B AR AL G B R 2

3.3 IOJLZ %50 &I A0 AL B B B R BB B X
BEXPINE B LZY , FDA 557 4 Ffofin sk 72 F #fi ik
i A X 46 B b T o A, AELAS S BT A ) KL 245 4 ] 5
SRR VAR o 5 L RS DA E S i A
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