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EICt 0|32 19834 5| 2|2FE(Orphan Drug Act of 1983), 2001 5| ZEEHH(Rare Disease Act
of 2001) S2| HHIES D5t SLFL AHle| s|HZE X1 X2 ST, 5| AEE X2 S 218t |

IS S F£ZI6I UL 072 o2 HE MAl= ST X129l o2
B A 2iZt 20| Eoi5k= 20| SEHOIH, S[HEE= A5 +F, ZHES |F, ol o w2t

oz XIES WS 4= ULk 0|22 AUYR HI2 A 71ES HolME 7FH2| OFF SIFIREXIE X

OFAMRT X[ ¢, HX|AER] (- 7

245H= HE0|C, 117 AJZISHIQI NORDES 27hs Xfelo| Ciotst YIEYZIS 5111 YO, SiXtet 750l Tt

Aot QFE X|Hol7| 2ol = MSat Z=03 QHHE St QArt.

S0Pty
AU AT B WA WEr} e e WO S SIFSAL Ao Bmk
U}, AAR A7 O AFA 11 9 % 0.65~110] olghels A w4
A7 1% FF 65~10%9] FHEE FoUrh HHL W
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o

Zop7] wj AYsIH, Aof7|9} 710 Ak = 18.2%, AJU710NRE A
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Sh= 7= 11.9%°]t}. AlA 3l A% &2 20179 AlA IS 7= & of QI
109 B3 1.27 02 Sk v} QIcHEAE AR, 2017). AIAIK S 2% oF 40097
A} e A2 FHH JAATC R HoR= 71E2 A7t 97t 2lo] 7}
o}, wlsoll A Sl AHARR 205t  uke] AL Qs ARoR AgojHrt. 20164 7

o= AR 2,5009F F9] 3AEEA} itk SAESRE AT GAA ool Hel
o= ofs7]o sk A7t Uk webA SAHERR A Il ARE w2 Alfto
295w, A5Ho| gl F9E ok MR ofyet 7153} AR AA|o] ke A
Flog ARB|EA ZpoA oz wAde] g7t w2 Fofo|tKhoury & Yu, 2019). £8
Ao 4R HiSEL, A9y, A2Y, RINEFI, AREZTE, HsA-7tA

-+

1o
Lot

x2

HN

EZSS, dATSSd, JYAERZT 50| QUUKU.S. Department of Health and
Human Services, 2022).

S| A A7 A 7t A ot | HARS] S oF 74 Zfjofl o]=H, A%E <F 25070
O] &2 gldgo] YHA|AL Qlo] L 7t Al S71d Aoz AgEn o] AdSke o
Fit A5 R0] glojA SRR}t HoxbEo] AAI 11 o] AA, AEd, FAA FeE
OF2- A Aro}7kal QIti(Yang et al., 2022).

2. s|HZeto] ot o= X[ 23 Y

7}. Orphan Drug Act of 1983

1983142] 5]7]2]9FEH(Orphan Drug Act of 1983)2 3]7]9]oRE 7k E715k= A

Al 2|29 3] o Orehan bruo Ao}, B0 oRE 2 B ASH T 2JoRE JEe] &
ojo] gkx] Qo} A|oFr|dE0] At 7Hd=2 Slujetol| wt SR oFE /N2 A=
FA ol A HEelH. A7 GAFE Sl RES Agste] AR A1 AT
H 219, A XY, 7 A 5 ot A9 stal e E[of 9], 2013). A=
iR
= H

=

ol ofk cat ARk st -§4el77} 208 1 ulghel Aol AL, 208 1 olAfol /g

SJORES At H] S ulgo] v f Wk F) 2l FRsHol g AT0E
ofTapaelel, A, olel, 2014). SRl mreh v]5 AFjopRon Us o
o D s @ Rk A o), Aok AgAe] it 24 WA, HEF U AT
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A9, S F 797 AP Emarketedusviy) 518 59 QIME| B Al55HA] H L.

SjAEee] =t A w0 2agt ow7|7]o Histe] B7Iet AARE 'Sk FDA
o] 2K 0@ FDA OlOKEQITLB FFANE] CDER: Center for Drug Research and Evaluation) AJE- O] KT
7HQATLAE] CBER: Center for Biologics Fualuation and Research) 0] @7]7] @l HEARSH ZMIE] CORH: Conter for
Device and Raciological Heallh) 0] QJEHFDA, 2020).

Bl oJoREe Fatel= AP =4 7ITH7E)2 LRt Aloof| Rate SHET 71 Ao, gt
Y SJAYRE SI7HIATE SRR Y QoREE S I B ARt 717l 7do]
ZAAskA] Qrote thE Alft S|7FE SISkl 19839 o A7HA] 3l 9jekE A1 Y vk
OoFZ2 1070l Bt oY, Al =Y AR o2 1,793719] 2jofzo] /E= o,
1% 2009 7i= FDA 5912 ®ktKSeoane-Vazquez, Rodriguez-Monguio, Szeinbach,
Visaria, 2008).

L}, Rare Disease Act of 2001

oj=ol A Sl AESE AU % =7 229 ol TRE Hol 2001de] AlRbEAL,
20024 11 APg=|]lTt. o] o] 542 7850l gAde] thgt A+ v} 7
H AEE ok ¥4 2AE vhlshe d USITh o] #9] 8 Y-8 = H QN Natonal
institute of Health) A}a} 8] 728} Tha] ] ORD: Office of Rare Diseases) o] 5]7]23} Tha]of| et Patkat
S Ashotal, AATAY] Akt A 2E 93t FH FAE SojjobH, ARk A

E-](Specwahzed Research and Diagnostic Centers of Excellence for Rare Diseases)Z. E /R—] o]_o:] _,]_‘HX] o] %?.

=

o

TS Q3 A AT RN AL AFE ST 5= A T Zlolek. FAlof o]
O] Al 25 ORDY| ¢zt cflike & Hfj 7i7to] FHE|QITt o] o] AP o & NIHE 3]
o] ek, A, A, A= 52 3t YFATE AUoHA =k E3E S AHEIAEO
| 28 5= o225 sfasty] fiste] HE AlEoA B& 4
Stk FDAS] 317 9jokE 715 TR 1S Fiisto] 20024 3

l

B3t AL 3 2 5 WA 3
Azl 2,5002 el AU 2L A0 vid Bao| ufet 2Ysto] AUske A
2 uhAst. ol Ha A SAAR et AR MRS I PHATE AT 5

A 3K Senate Report, 2001).
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3. Sl EE 2= X|HS flet YR MH

n=ofl A AP E S AEER(2002)2] Aol whet 2003 dFE 1] =P EALAND 45t
5] HAGEAAHORDR: Office of Fare Diseases Fesearch) 2 2ol M= 107 3] HEZS] AT YIEYA
AFQJRDCN: Rare Diseases Clinical Network:S- ARV, 20219 @A) 200707F Y& g#HRgo] of
ot A5 AFgstal, SlAES A AAE dfasty| flote] AT A, 35 A+ F
A, A7 55, HlolH 3+ 59 JF= kL Stk 2014W5H ojafskat | of2f Fof
o] A7tz FHdE HaXd=s FH/dskal, A TIF tEe} FEsto] dAATE skl
ATHE2A 9, 2021).

20024¢ A= 94 9 S| AZSE A1 AIE](GARD: Genetic and Rare Diseases Information Centenof] A=
Foiet AHQloj2 AU HHE A|F3tt GARDS| 2+ NIH Akole] =5 /hastsd
AIE](NCATS: National Center for Advancing Translational Sciences)of| A FSHCE, NCATSO|A= SkAlo] AH
At} 2= FHo] wiaA| o|FA=F A HUsk= 7|55 BT AGASolA 3]HAe

o] AtS A& ¥z Ao] of2|9] B2 AlZS AB[sHA Hed], o] 7172 £017] fisto
AR 527|152 E8&5h= T TS UokE ARt o] 2212 AW AE7HEdt ofyzt &
39| 2718 IRt BlAF S Fofshe FH|Q Zio] S4OITHNCATS, 2022).

GARDOJA = 3l&g Axof digt glol8 & 4, dAlsk= =5 @3RIt National
Library of Medicine's Unified Medical Language SystemV52 AR&5}o] S| A&SH
A o] FREE ot w2 245k dol ZghErh sl Aol Bagt At
AAR} TEsA= National Center for Biotechnology Information®] dlo]gj#o]A
‘MedGen'= -85t} T3 AHR W FHR 2Foj| A Arshs Alor A3 €
Q35 HARE H25l7] Ysto] the National Library of Medicine’s Newborn Screening
Coding and Terminology Guide?] H|o|E|E &-83it}. 3] AHAT 0] tigh 17 HH O]
&2 Jidskr] s AW Ad T A=t AL HEA] 7o|EE E-83THGARD,
2021a).
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12 1. 0J=2 GARD(Genetic and Rare Diseases Information Center) ZIH|0|X|

C (%) https//rarediseases.info.nih.gov A s
D National Center for Advancing Translational Sciences

I

GARD ﬁﬁgfr‘rﬁ:::g:r’fﬁimses Browse by Disease About GARD Contact Us Q

Search for a disease

Thank you for visiting the new Genetic and Rare
Diseases (GARD) Information Center Website

GARD is a public health program of the National Institutes of Health (NIH), National Center for Advancing
Translational Sciences (NCATS) that provides health information about rare diseases for the public. We recently
launched this updated version of the GARD website, and some of the pages and features are still in development.
We will continue to add and improve content over time. You can help us make the website better by providing
feedback using the feedback form.

ore about GARD

Xt=: GARD. (2021b). Genetic and Rare Disease Information Center Website. Retrieved from https://rarediseases.info.nih.gov/ 2022. 5. 16.

. FDA9] 3] 9JokE A A4

QA AT HEe o] 19834 AH 371 2lekE Mol wet FDAE S1A9%E 35
< Slsto] Aol gk JMEIEE thakobA AlFstal 91, S AAS YRAE HXaA]
(Orphan Product Grants Program) 0 & 8]7] At tgt A& 7iehe Fdska Qlok. AES HEste
A 7152 Holmals Feko 2 A7 o] Gl 9 Al 3717t o] F0iR)7] A AAF
A TA|IND: Investigational New Druglo]] Q)= OJokE-& 2|7 B2 0 & AMBS 4= Y5 o8 F
£ A8 g 23S 295k Slrt. SRR oF 50%7T HitiAo] HEDE &3
ERY FES W glow, F ooH]8o] {1re} oko] Aol wet STt Fels
o]ek]-g-9] Rekgo] ZpolE Tl QItHE2%1 9], 2021). 20174 6¥ 1=t FDAE 3|94
BRojokz Ffg} A ) Orhen brug Modernzation Plen g 2712 REFESPAA WE Al 5] 7 Agke]oF
£ A% 83E 90Y olHE HESIEE sI9ith. FDAE A2 +4E SHES 435}

of HA] fgig= B, 'Y FA2e] 35 AEE $3 a&ke &ole A AlEs



o) 3 FDAL 34 Holeh @2 9iste] Wixk WA SSAPSA O oo

Organization for Rare Disorders)g‘ _g_%o = _9‘;‘,]_%].9] 75]‘(")‘-5].% ;_(_1'@ =1 ‘ﬂ%@} Zl\_ C}g\_“f__ 7]:5:]% 7\1]%7_6-]._]‘7_

QTHFDA, 2020).

4. HIOHOIE M=0fiM2] SlHES 2lE X[

7k whAe|= A9 7]

vlstolls Hu el oz Aol §loL, 6541 ol kRl o]l Soll it HiHAle], 4
g 25 Ete] AaSF] gigt gl =7t 3Edhe AATE A ddAlolE Fo19] &
ok e /Ao weh ] 7R 2 s o] e miHA o] StEAE YA B L0 Hij B
o7 Y U, AT P, sauA gl UMY WE AR 52 2o, VAT 29
B AeZ oM St diuAlo] TEBE RS} oA H L, AR A&27|7|E Eet
She AlEY AlolH, 71 doke dVdAPT HERE 4F AEsfor et miyA|o] 3t

329] e} A9zt Afele] Rt 27t RERS] AHOR 2YsRe Fefolct. WA
o SHEDL: Y Fobe Fol YO S P AL Ryt HERE AR A2

2 o34 geios RSt I8 FEY AERl ARES deRE 29, et
5 5o s FEsto] #Esitt Iy g
gok. dgAlo| B Yt S, oA AHA 9 7| QPAEIA 5 hEES] Z1EAS
SRAHAE AlFRI), vl=te] Fojtt BrpHog
2 Tdsittal & 4 TS, 2013).

duAe|EE dHpPgRel 4RI fEUHoR 9ol LE THoln gzl 7|
w2t A g A HIAE AlF3ith £ o] F Fog HtjAelE e TIPS
oo} o P Hole 540] itk SHATAN: AdE4Tt 9= A9s W] s Hd
Al=E A1H5HA Hrt. 20219 59 7]= 7,5807F H9] vl=ielo] HitAlo|= 2o
2 A YS9k QItKNORD, 20214a).
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. HlFAlo| =9 3AZEA A =2 T

=9 SjAESASONAlE HYACI=S St Q& AJHo] B2 I

735 AR W = 133% vlekold wgAlo|=9] Hiie] drt. &5 aF Al
How A QAR EHAME S S JBABIAE TS 4 et 304 HRH] tisiAls YAA
A AdlE It AF At JErEAS AEY = 0o APHRY W aF
100~400%<= Z2|m|Ad Al HEA] AAIHe] 3= A
of the premium tox cred O] wj o] i 4= ek, &0l WRTF ok FE, A7 l= 4Rl A4l
i, 1/ oks ol ik wihAlel= Aol 7k, FEE 45 20| Atilel b=
tHHealthCare.gov, 2022a). 20101 9] AZFE S 7RG HACA Alfordable Care A B A AF
SHA-S glofar, A "It 7182 138% FPL(Federal Poverty Level, %M
& A3t v} itk dlE 59 2021 7|2 0= 138% FPLS A7t 1,77422]0]
2L} 20124 15 oEe] Raig wo] whet Mk 712S -88hEA ofde] F
o] ohJSUE ol Qi o2 WS BB FHRE AR o] A5 5F
S ldos we 5L} AEe we 4 QA =i

SIZAIRIEEAIS] NORDOAT: B17183k4E Siste] 24 8 Adrhge] E 4 Qs 254

29] ¥9] ARE YAo|ES Eslo] AlFstar ek [18 2]9F 22 B&i7]20 wat gkl
FHGS A, oF5-L Bulof sh ¥ B, oFFo] gl o) 7P, A, YR, IA,
OFE(CHIPTHAoRE 3He] A9 S0 Fu3) o2 5ol A} gl 49l ol AL} A
7} Q= B o] AL ofHpAH. HlLssZ(Federal Poverty Level: FPLO] 1389 T 7] 0]A}Q] Frof|A]
© ASHE Y=t FPLY 100%~137% 71&& 7H] Folre B 555 Weth FPLY
90%~99% 715= 7H FollAle Coa= = < Itk FPLe 89% Ti= 11 ofote] 7=
7H FolME DEEE U o At Foa2 gofidel obd 79 sigstn thE vzt
HBo|A HYA YL v 4= QI E Ffjof ?}111(01]—3— = Marketplace savings). NORD
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3 2. HCAOIE X1 Helet

TE

HCAOIE XIE of

gz

oL MO
(Grade) XH‘ﬂ7I' BAC é:l_l

st

=

A7t e 2

Ui

A | FPL 138%0[4

FPL 138% Of&

HCi0|=/0t S AL RS
FPL 220% Of&

o

HEAOIE L= OSHEEY o=
ZE 7, FPL 300% Ol

B FPL 100%~137%

FPL 100%~137%

HOADIE /OIS HZES
FPL 190%~219%

teoIH

HEAOIE E= OSHEEY Yoz
ZE ¢, FPL 195%~299%

C FPL 90%~99%

FPL 90%~99%

HCIAOIE/ OIS HZES
FPL 150%~189%

CH&OIH

HOAOIE E= OiSHZEY o=
BE 2, FPL 150%~194%

D FPL 89% Ofat

FPL 89% Ofat

HICiZHO0|=/OtS UL ES
FPL 149%0|5t

teoIH

HCPA0|E E= OISHZEY tyo=
2E ¢, FPL 150% 0OJ2F

S

Overall
Grade
JA
@8
mD
mr

AtZ: NORD (2021a) https://rarediseases.org/policy-issues/medicaid-eligibility/ 2022. 4. 20. 2I&.

t}. ofF ARY T2 79

Obs ZA7FE Y I T ROHP: Chidren's Health Insurence Progam) & | T] A|o| & A5 4258 o]AJ9] &
o] &= 71=9] ob5-g A Yaly] Qg 2 giolc}, Frgso] wh ARl 91
Jom, YA AYe = F& Qlrk ARPYR HILV|EFLO] 200~325%2] HH =
FHE g2} 20219 59 7[E02 6807t H9] ool o] L2139 e vkl Qlrt.
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CHIPOIA Aldohe 35240 T2 A7, dEs, A= A AR 9 <&
B Am, dd ® AR, dxde] 9 FHAMNL, SFEARIA Folt

(HealthCare.gov, 2022b).

2}. SSDI 95 H]| A€

A3 AP ol 11 (55D Social Security Disabllty Insuranceof| A= 3] 9] -8hg: AF}olo] HiT|A 0| =S
B3t 9gH] Y gt ALESS 71 g, 23} 6§ B A7 "ok SSDI
A7 QAL A AR sl ot ol Foigk 4 Qls AR -4 Aol
18 ol A&E AU, AFgo] ol& 4= = Aol 21 654 oste] QlFoltt. AkSlEAH
(S5 Social Security Administration). Q. B 2sedA}Q3 (Compassionate Alowance Initative) O & SSD] AFA0]| 2574
sAAgkT 2570 ke =3 om, 201090 3] 7-EHS 2Folo] 387 Wkt F715t
k. 3AQYFEY] oF 50%7t HitlAo] HEDE Bl QWY dgS Wl 9lom, Fo|oF
H]-8-9] 19} oke] FAlgo] whet TAprE Fol= 2Joku|8-9] BEE AolE £tk

(United States Government Accountability Office, 2017).

5. DIZt 8tX}t X1 NORD2| st o5t

NORD+= "=9] th#AQl 3| HZELA} AlvIdA o[t w|=toll4] 3lAdgo s 155 Z
£ 3o} 7150] AIHIEA|Ql NORDE 1970WtiHE 2=, 74 X85 A ¥oh=
7|22Q] HEZA] 3|79 QRF Ororen Do Act of 199G Z 5= o] 1491 HgE o}
(NORD, 2021b). 300712} €At @A417F Qlaz, 507 =0l A4 19t 57 719] 3]A-ASHA
(fore Acton | EQIFE 7FA| 2L Qi A9 Zeh, (RS 9lgt W&, &3, AT, AHlA 5
A hgttt oed AwE Tt G A Y, B A, AW e A, A&
& AY 5 ZRITE E3 R A A 5 e Apo] tigt HEe}
1987 B g JLdiesaing i MO x|o] T @5} O]okE(ife-sustaining mediation)
ol <t Eli= TAHE A s 211 Qltk.

NORD+ 3}t e A, A& Aw7HE flote] 1,2000] F2] HlofEH#o]A
£ AlZ3tt. o] dloeHo] Ao EFFERA] ok A 9] At DA 2 HE A2 JHF Fhof

o
-
o
ofl
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A&2 02 AHO|EE JITHNORD, 2021¢). d] &35 AHdollAe= FH9] #ds A=
ArH] A g 8, 39| RE] gt ] o] FAloks B gtk Uuilat o=
AE7HE de s ws Ze 9 3788 9 3 0okE ¥ 319 /X & FXIF:
A A Yol7] oo QJokE AU ALY, BEE AU AL, AFAIE o] A A 5=
ot SlAES St B9 a2 A Uetth AT A SHME R A5y NS
A5t AHHIE Ao, A FHES flol FHI AL
FE FASHL KN, 2471, o] @AY, HAn], 2016).

Ao} BAE B EEARA e g 5] thafet HRE AlEeitt A% HE, §
AR} A7 A, SARE HH, AAAIE HH 5ol 3k NORD 3] HZSE] S-AlE CoF
fare Disease Centers of Excelencelof| A= ml=t 9] A/ HE7F € F/dokA of L B3t A
T4 A e iRk AtsHA Btk 9] ulEE 9= 95 wef6lr] flsto] et HE
7HEo] Ak whEA 3 5= QA ohH, X9 A8 A sk A4S TR 5 YA
Stk SRS A=A 0 2 31719 A7 AlEfo] 4 <= AATHNORD, 2021d).

20159 NORDE F4% 2REFIE St feport Cord) TR AEZ AJZF5}0] 7t FoflA] 3]
A A Yok= ARE BrIskl JRE Algota Ytk A9 B71e] Hoke wdAe|l=
AE7|R0 WE 71471E B3, JuA JUAY, Aot A3, HIEY OfoREH[EA|
9, FAHR| HtjAo|l= ZE oA A} RS A, IAE A7 WA, YF97 5o
th. B3] Z2uH19 B9 7|7tol fAZIR ] tigt FE Ao S| HETEE0] HEXQ 9
FAUIAE 9402 W £ YA oz A oleY RS EY 5 YA sl
(NORD, 2020).

A S0 R WS HRohs X2 IS 1987 E 2ot Y, A R 9
a3 oJorE 3 €AY
TS 91t olF A A
I} Aot 37 ALY FAAIAE HEoke T2 IHI AHE 2Fskal SITHNORD,
2021e).
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6. Lt7IH
o] 2ol ni=e] sAEEA| tiet 2z A9 FHE FHeE duEyT. 3HE
Shol| et o524 XL flsto] ARl NIHoIA = 3l HES ddd+-7id & Ao

Ol

Atk A9, FDASIAE SR A7 2 38 S357] St QA 4 52
ZASL 9k, SRR B As0] Mgkt A =0 tt AYATE A|Yste] Bzt

[eFelArEo] Sl QlofEE /et 358 5 e oS vidshe ol FEokaL Sl o
2t S Ao A=t A POl SHE FL AT T = AU

e A e= HOAI=E B3 &5 &0l teh FHFER AYS 5k 20| 74
SJmgofoltt. sAEE okg2] 7Hgol Hishre CHIP, FAZEe & < e Ade T
o2& SSDI M 52 B3l 35 F=2] Aol o]FoiA|aL It wigAle|=2] 5444
FER &5 20 U2 A M 2] izl 1 221 NORDOA = & B7}
HEE ATl JoH, gt Ald 22 0S S5t SjAEERe} 7159 oS
<071 {3 =L A

u]=e] 3lFEgol diet FAIA R Ao AdEE R AdHA] g el tigt
Q=7 A vebd vE e, A, AR, DR SJoRE, A3 g 50 0]
FoFATHYang et al., 2022). 3l91Age] S/444) A= efo] fiAU A=Wl e 47T &

7] f2ol 55 S B A7 H Y 2lof F7t A dsljof ske Zopt Al E3t ARE=

AR 71 7] whgo] et 87 S S5+ Sle tiF¥o] Wasit ofF 3 e
TF0IA AlFRE AlRIEA|2] G2o] 2 Alo] F70It}. NORDOAM = SEAtet &4} 7152 9
sto] o] w} ookt Q7 /S Adsh] et At @A, Wkt Ve @S
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