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The Use of Orphan Drugs for Infectious Disease: Current Status and Unmet Needs
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Background/Aims: The aim of this study was to investigate the inconveniences and potential improvements in the use of orphan
drugs for the treatment of infectious diseases, as determined by a survey of medical professionals.

Methods: An email was sent twice to the members of the Korean Society for Chemotherapy, and an online survey was conducted.
The data collected were analyzed in terms of the frequency of drug use and associated difficulties as well as the scope for
improvement.

Results: A total of 77 medical professionals participated in this survey. Rabies vaccine (n = 52), rabies immunoglobulin (n = 47),
and foscarnet injection (n = 43) were supplied mainly through the Korea Orphan Drug Center (KODC), while artesunate (n = 29),
quinine sulfate capsule (n = 24), quinine dihydrochloride injection (n = 23), and quinidine gluconate injection (n = 21) were sup-
plied mainly through the National Medical Center (NMC). Difficulties in obtaining orphan drugs through the KODC were related to
the KODC drug retrieval system (n= 67, 95.7% of respondents), lack of supplies on holidays (n = 66, 94.3%), complicated applica-
tion procedures and documents (n = 61, 87.1%), and shipping inconveniences (n = 61, 87.1%). With regard to the use of orphan
drugs supplied through the NMC, 52 participants (98.1%) responded that a staff visit should be mandatory for obtaining the drugs.
Conclusions: Antivirals and antimalarial drugs are major orphan drugs used for the treatment of rare infections. It is necessary to
establish a more efficient system to ensure a stable supply of orphan drugs, including on holidays, to enhance the smart drug search-
ing system, and to simplify related administrative procedures. (Korean J Med 2015;89:675-680)
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A= AEEEE Aol 537(68.8%) 22 7 WAL T T sl olofFAE & B3t 3o ofES FAETd A=A
2 25 o] 207H(26.0%), HY-E 27H(2.6%)©] Yt Table 1). @] rabies vaccineX} rabies immunoglobulin®| 5271} 477 . &2
SHARSY Bt AP 4L1A0]aL, FetA o g oAl g 7P ol ARE Utk a2 foscamet injection (437),
E 3 16340] At on, AR E F 10.6W, b4 cidofovir injection (41%4), paromomycin capsule (33%3), quinine
£JZ 253 ool 7990 Ashelet

A L=} = 7290 ZFAAS Y 3ok 1 g Table 2. Frequencies of orphan drug sources
99 7VBSUDY NEAELS AH§ FFol Ugick 87 Source of orphan drug Frequency®
O|OFEMIE|S 3} oFA|Q] AL AL 721(72/77, 93.5%)0], The Korea Orphan Drug Center 72 (93.5)
are)zoro| B 9l B3l ALE AFL 53%(53/77, 68.8%)0] 3l The National Medical Center 53 (68.8)
o151, ARSI BIALS 2 HZ3lo] 7] Huks A2 7 Donation from pharmaceutical companies 22 (28.6)
A AFREE Ao 221(22/77, 28.6%)0] QK Table 2). Others 3 (6:5)

Table 1. Demographics of survey respondents

Values are presented as number (%).
*Total number of respondents, 77.

Table 3. Frequencies of orphan drugs supplied through the Korea

Frequency
Orphan Drug Center
Sex Dry = "
name requenc
Male 37(48.1) £ Aneney
Rabies vaccine 52 (69.3)
Female 40 (51.9)
Rabies immunoglobulin 47 (62.7)
Total 77 (100)
. Foscarnet injection 43 (57.3)
Specialty . L
. . Cidofovir injection 41 (54.7)
Infectious diseases 60 (77.9) )
. . . . Valcyte solution 3(4.0)
Fellowship of infectious diseases 10 (13.0)
L . . Ribavirin inhalation solution 19 (25.3)
Pediatric infectious diseases 6(7.8) ] L
. . . . Zidovudine injection 27 (36.0)
Internal medicine other than infectious diseases 1(1.3) ) )
Zidovudine syrup 23 (30.7)
Total 77 (100)
Marviroc tablet 2(2.7)
Workplace
. . Ritonavir syrup 2(2.7)
Tertiary hospital 53 (68.8) ®
S dary hospital 20 (26.0) Flucytosine (Ancobon , Valent Pharmaceuticals, 29 (38.7)
econdary hospita .
NJ, USA)
Hospital 2(26) Flucytosine (Ancotil®, MEDA Pharma, Paris, 16 (21.3)
Others 1(1.3) France)
No reply 1(1.3) Ketoconazole tablet 22.7)
Total 77 (100) Rifampin injection 24 (32.0)
Region Isoniazide injection 24 (32.0)
Seoul 35(45.5) Daptomycin injection 12 (16.0)
Gyeonggi-do 15(19.5) Doxycycline injection 3(4.0)
Gyeongsang-do 12 (15.6) Nitrofurantoin 0(0)
Chungcheong-do 709.1) Quinidine sulfate tablet 32 (42.7)
Jeolla-do 3.9 Pyrimethamine tablet 24 (32.0)
Gangwon-do 2(2:6) Sulfadiazine tablet 19(25.3)
Jeju 2(2:6) Paromomycin capsule 33 (44.0)
No reply 1(1.3) Sodium antimony gluconate 1(1.3)
Total 77 (100) Values are presented as number (%).

Values are presented as number (%).

*Total number of respondents, 75.
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$5o0] Bl wejo] Wasichs gt 57)ojekEe] 414
o] 3|7} oy P A So| AotE Yt A glo] F
£ 3 9 A} AgEke oSl it AME 8
QITHTable 4).

Table 4. Required improvements in the supply of orphan drugs
through the Korea Orphan Drug Center

Items that need improvement Frequency®

Complicated application procedures and documents 61 (87.1)

Shipping inconveniences 61 (87.1)
Improvement of drug supply system 66 (94.3)
Extended reimbursement coverage 61 (87.1)
Supply on holidays 66 (94.3)
Drug retrieval system 67 (95.7)
Relieving the cost other than that of the drug 48 (68.6)
Other comments 6 (8.6)

Values are presented as number (%).
“Total number of respondents, 70.

Table S. Frequencies of orphan drugs supplied through the
National Medical Center

Drug name Frequency”
Quinine dihydrochloride injection 23 (52.3)
Primaquine combined with sulfadoxine tablets 3(6.8)
Sodium antimony gluconate 1(2.3)
Nifurtimox 0(0)
Thiabendazole tablets 3(6.8)
Ivermactin tablets 3(6.8)
Quinine sulfate capsule 24 (54.5)
Artesunate injection 29 (65.9)
Quindine gluconate injection 21 (47.7)

Values are presented as number (%).
*Total number of respondents, 44.
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