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ABSTRACT

orphan drug research and adopt the accelerated procedure of the clinical trials for orphan drugs. And in order to increase the

In the USA, in order to speed up orphan drugs marketing, pharmaceutical enterprises apply for the grants of

investment returns, the companies practice the market monopoly policy for orphan drugs, and use high pricing strategy and sale
channel of specialty pharmacy and off-label use of orphan drugs, etc.The experience of the USA provides a useful reference for the

establishment of the incentive mechanism and the positive development of orphan drug accessibility. However, the off-label sales of
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orphan drugs in China need to be cautiously conducted.
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Tab.1 Comparison of market characteristics among different stages of life cycle for common drugs and orphan drugs
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Tab.2 Retail price and FDA-approved indications of the top ten best-selling orphan drugs in USA
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*12017 43 A £ B 2 B RAKEAE N #4, KR htips ://www.goodrx.com/

“'The lowest retail price of the above drugs in us retail pharmacies in March 2017 was laken from prescription prices,

coupons&pharmacy information-GoodRx (https://www.goodrx.com)



BEZ5 341 2018 45 7 H %5 37 55 7

- 919 -

1026 [ FRZEIME ] (off-label ) 45 T 2 F T 24
T3 E FDA W ARHMAERIE N IE, FDA BUE, 2551
PR HMEH R AEE LR BRI B0 T KA1 OFR%s4h
o 7 AR SCHR T R GBI UESE T A A AL
P, XS SCER LA AU Sk AT IS, @A

A (G B KRN0, B TIZFE 25 LIS, 404 2 H Al
L7/ IAv =

M7 &5 2, 9E FDA it o 035 W TE 2 A 2 0%
I ARTIEAEIE S 1Y, B AN B T A s (9 i, HL
BETCEAEZ 2 ) PO AL A, WA K AT BB 45 32 31 T
ARENRIT, R, A2 B 8 A UESE AN R = 1Y
RS IR, 1 24 £l 3 T 0 K X X 26 9E FDA
A Y SE W TE ) 25 5E , BARE SR TESE , K AR 41
R IO FH B AL 5 2 IR S, S8 SR 24 HT AT RE, LU
2453 FDA PR N UEBZ AL, B Je 27 H 25 84k iy
{1 B =S T VAT R w7 (P 11518 v W € D
FRHIETT 2590 90% J& TAREEAM )
3 EEFGCVFERAATHALRENEENET

WGt & ,2013 4£ 1 1 H—2017 4 6 1 8
H, 28 FDA HHtifE 198 ~5F 12y, L2 W] BTlTay 182 4~
(295 91.9%) , HE4 11 5 1 25 40l 43 51 o8, s A
(Novartis ) 23 >, J& K Z& 53¢ ( Genentech ) 12 />,
Pharmacyclics 9 4, % #F ( Amgen ) F1 3 AA 4E ( AbbVie)
7 A 182 AFEHZ R, P E T S6 A, b
30.77% ., A L5240 S i 10 14 58 [ o 24 4ol
O3 e IR AE SR B (TRJB %) I 2 E]
Bl (B ) 5 3 4E, bk R BbT (B35 5R ) 5 2
ZEv N D ARER BT (LT ) s FEH, g AR e R
(FEJT X)) ; FE IR KL A ( Celgene ) , 40 >R AR B B (3 2
)T AT LS R 2 sl 5 2G0T R R LS T
SN2

R 1 245 4l 2 FH 245 1 37 01 & i AILIE 20k A P
AT, — R BUR B B R 2595 58) BT R AT &
PRI , A2 P 24 Wik PR AR 18 9% 4 W8 B, 5 Aot i
T R 2R S R AN RS B S i, 46
T R ] W T AR A B e T LT
WA 5 —Jr T, 2 B E g AT R
I, L2y B B IR IE AT 7 A A UK, (l5F T2
AT T B PR BE R BRGS0 4 , AR SR A 75 4 A AN
EUET ST A R I R sh . TR H ETE
P57 5 TRE 9 5 T A 00 Rt 355 | 223 2 [] i
T A2 A 8 39 KU R i Bk s H R B oK
AR, A5 27 I 25 T A 36 K, Bt A 1 2 B
P AT E R A TR 2 Al ek ok

KIEHLIE, P, £ %5 55 B 25 o B 2 01 &
WG FEF AR AN E#L,

31 FIAFRRAGEOmECR HurhEEZR A KRR
475 0145 (NSFC) T AT 57 5 DL ws A 2% 24 % T 3k
SIH AT B0 24 0 R o R )
BRI ELXT 2 241 R G 36 A 8 5 o S AT ATl 8 2
R R, O, 3R UM Y A 4 FDA ST AR B
AR DL N 2 ik o 00 H 3 4, DL R & 1T I R4S
FEHLFG , 2GR A SR A T i & B AR b 5 5
A, e T U0 I R 3 56 1 B M B A o ik 2%
FH, DABEARAR MY A R, 4 6 27 FH 24 o 4tk B ], 4
FEE S PG A AP I RN, IR
HZ) LG AT LB AR, R EE 7 4E T S
WP ) SR 25 Al 5 |k AN R AR R
TR H 2454277, BOUR 5 | 3E 5 FH 25 SR BUK , )8 3l
1l 24 4 AT & LA R A = BILAA 6 23 F 24 0F 2 7= i AR
et

32 4lEs-—%KA MU ARMNEETASH
6, He g v I H R T 20 55 0T R & AT A AR R
A, H— b A & AR 7= AR B 2 0 BRI i N
fg , FREGI25 0y 2 07 SR G VEIKEE G VRN,
FEs— B, — WS T 2 B R
BrEH A TFERAM RS EE, 2 heEER
EERE A AR O L R &, L HEE T
211 PR 2 o B 1) 170 552 A2 Uk R R 5, %o 27 FH 24 4
R AR B2 AR A 5 = B A B R A A
PRSI 9 2022, A7 Bl 57 DS R % FH 24 4 O B3 Hie
PR ST i m R B il 2 AR T
ATy K I ST aeeY S ELSL 7R 8

33 AT E LB EAEEX KREAHERELL
25 B B AR TR (s g T i S Bk 24 55 4
TR EE PN E R, WLl 25 5 nT L 5 LR
B A FI A ST HERRER, B BN
FBE SRR 2 RN A S S, Ok 2 W A 2 L AR
Jr TR B FH ;1) B2 A A 8 55 DG 24 i, BE A 7
Ab 5 v T B L 2 B, TR R ol 24 s ) fR A 4R
BE2Y 3 AT S 25 AR A B T B IR AR 2
Pran, SE 2G4 = B8 I T B A AR A1 4 &
TRES iR B A AR H SR 2Rk &
V2 B B BB ORI 97 200U, 8 AR, 24 A A
BWE w7 FE 200 B BT ki 2
BN, A B I

34 FZEMAYEERIE  HIZTREBGR E M,
A B THGE T FH 250 & AR e R T S RN B A A1



- 920 -

Herald of Medicine Vol. 37 No. 7 July 2018

P Il , S 2R 2H AT 51 Tt oA il i R AN o] 93
BT . AR, 27 UL S R E 20 U e IR Y T T =
FHZ AN, A T AR 2 e 2 T 2 B B, DAt
25 b se s A B R H 57 mT LA v JR 5 T 24 ml Bt
W] DAt P e g 25 898 . i s 2y
TN UEFE R, — 7 T R AR, o5 — T T
PIARAS IS FRRRAS 7 45T S AL HL 22 nz &
A FDA H 5 R AR2ESMNH 257 BIRLSE , REAS W4 i
HTT UL ik 22 24 8 B AWt Il T [ b4
MR A “ ARAE SN 2SS T 24 8 85 SRS, 7R3 15 24 i fd
FHIEAEIEATEGHPROLT e T2 P 2GR 2 A1 14 7 FH
07 AR AL FNXUBS S 1, 3 5 EE 3 1 24 M A 1] i 2 A
CPPHECR, s im PR A8, Lh 2 25 ROAR 200 &
FEFIRLIEAL
S 3k
[1] World health organization. These lection and use of essential
medicines :report of the WHO export committee lincluding
the 14th model list of essential medicines [ R ]. Geneva:
World Health Organization,2006.
(2] ZEWAR, SRE XBT5 2 45 0 3 5 D 5 9 1 25
MRS [ )] E T 245, 2006, 15(15) :1225-1229.
[3] ALEX P.The Top 25 Best-Selling Drugs of 2014. Genetic
Engineering & Biotechnology News[ EB/OL].2015-02-23.
http :// www. com/ the-lists/ the-top-25-best-
selling-drugs-of-2014/779003837 page=2.
[4] DRUMMOND M F,WILSON D A,PANOS K,et al.Asses-

genengnews.

sing the economic challenges posed by orphan drugs [ J].Int
J Technol Assess,2007,23(1) :36-42.

[5] GAYATRIRR M J.overview of the food and drug adminis-
tration (FDA) & the office of orphan products development
(OOPD) [ EB/OL].(2012-03-01) [2016-04-28].
http ://www.fda.gov.

(6] B, ABHE A SR v SEBURN 98 Bh 28 Wik 5 5 25 7
WEE G I H A LB A [T ] [ R Be 25 24 24 3, 2016,
36(12) :961-963,1002.

SRATBR AR S 17 24 117 3 4 SR BIL A K H O 7R
(J]. 0 A BRI ST, 2016,9(2) :36-44.

Wik | WRA . 5 1 27 FH 24 B SR R MLt A 200 2R o 3 1
JaR[T]. P EZGH#LE 2014,49(22) :2043-2046.
THERESA W.Drug development for rare and neglected dis-
eases and individualized therapies: workshop summary
[ M]. Washington ; National Academies Press ( US),2009;
83-88.

AR ELB, X1 7K 45 ODA X 58 [ 5% UL g H 24 1) 52 Wi A A
[RIEAT [ 0] 265501, 2013(6) :253-254.

TEEFE UGB A Wy PR 25 L ) S e ——HE T SR
MR W R IR [T ] P E R 1, 2014,
(11) :90-96.

SRHE XU 3, TPF 245 AR i JA AN [ B B = AR
FR[J] R ARBE (R B4, 2006,21(12) 1 17.

DR ALY 250 A1 [ ] BHE %% ,2013,8(1)
8-12.

VESR, T, FRINAL. 56 [ 57 UL T 24 B9 b 24 s i 4
MEECHFSE[ 1] P E 23 ,2011,25(12) :1238-1242.
LIANG B A,MACKEY T. Health care policy,reforming off-
label promotion to enhance orphan disease treatment [ ]].
Science ,2010,327(5963) :273-274.
STAFFORD R.Regulating off-label drug use
the role of the FDA[J].N Engl J Med, 2008,358 ( 14) :
1427-1429.

LI S. FOOD & DRUG. Search orphan designations and
approvals [ EB/OL ]. [ 2017 — 04 — 09 ]. https://www.
accessdata.fda.gov/scripts/ opdlisting/oopd/ .

PRI 5% € i 24 i Wi A BB R (CFDA) . 24 i [ EB/OL ]
[2017-03-08] .http;//samr.cfda.gov.cn/wso/CLO413.
GONG S W, JIN S.Current progress in the management of

rethinking

rare diseases and orphan drugs in China [ J]. Intractable
Rare Dis Res,2012,1(2) :45-52.

FMETE, N HE, SR A . 3 [ N 2 24 AR iy 4 BRAR R 4y
Hr—E T EOR P IS MA [ 1] . B BA: BURAT ST,
2017,10 (8) :44-47.



