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ABSTRACT

Objective: Until now, there is minimal number of research for overall domestic status of orphan drug use in Korea, The purpose of
this study is to identify the list of orphan drugs available in Korea and to understand the status of orphan drug usage in tertiary
Hospitals and rare incurable disease Hospital, Methods: We made domestic orphan drug lists based on available orphan drugs in
Korea, Based on this lists, we conducted e—mail survey from August, 2014 to September, 2014 to identify domestic status of orphan
drug usage including the availability and management of orphan drugs. Results: There are three hundred and eighteen orphan
drugs (184 ingredients) registered in Ministry of Food and Drug Safety. Among the three hundred and eighteen orphan drugs, Two
hundred and twenty—eight drugs (102 ingredients) were selected. Information on each item was collected and documented with
generic and brand names, manufacturers, wholesalers, indications, FDA approval status and insurance coverage, Forty—three
tertiary hospitals and thirty—two rare incurable hospitals responded to the survey questionnaire (57.3%). According to the survey
result, the antineoplastics and immunomodulating agents group has the highest percentage (40%) usage in the hospital, Of forty—
three tertiary hospitals, thirteen hospitals manage orphan drugs separately (30.2%). Based on the reply, most of the healthcare
professionals commented the drug information related to efficacy and safety including medication counseling of orphan drugs is
insufficient, Conclusion: Through this study we anticipate providing an understanding of orphan drug usage status in Korea, We
found the limited resources to the information on orphan drugs and this information requires updating on a regular basis. This can
be the basis for further studies about preparing drug information, educational resources for rare disease patients,

KEY WORDS: Orphan drug, rare disease, drug information
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Table 1. Status of orphan drugs in Korea.

Status of Orphan drugs Numbers of Medication %
KFDA approved 228 71.7
Unavailable 76 23.9
KFDA unapproved 14 4.4

Total 318 100
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Table 2. Medication supplied by Korea Orphan Center.

Name of fhe orphan Dosage Route Dosage form Thergpguhc WHO classification
drug indication
A - Lambert-Eaton ANTIPARASITIC PRODUCTS,
3 4-diaminopyridine 10mg Oral o syndrome INSECTICIDES AND REPELLENTS
Paclitaxel 100 mg injection vial freatment of pancreatic ANTINEOPLASTIC AGENTS
cancer
125mg ANTIGLAUCOMA PREPARATIONS
Acetazolamide 250 mg Oral tab edema AND MIOTICS
500 mg
. External . ANTIPARASITIC PRODUCTS,
Permethrin 5% 609 application fub freatment of sCobies | ce TICIDES AND REPELLENTS
Flucytosine 500 mg Oral cap freatment Of systemic , \ NFECTIVES FOR SYSTEMIC USE
fungal infections
External . . OTHER DERMATOLOGICAL
Ancrogen 809 application fub Micropenis PREPARATIONS
. 100 mg " .
Chlorpropamide 250 mg Oral tab type 2 diabetes mellitus DRUGS USED IN DIABETES
. . DRUGS FOR FUNCTIONAL
Glycopyrrolate 1 mg Oral cap hyperhidrosis GASTROINTESTINAL DISORDERS
Carmustine 100 mg injection vial fremrﬂirr:ofsf brain ANTINEOPLASTIC AGENTS
Biotin 5mg Orall tab epilepsy Other plain vitamin preparations
Dibrompropamidine freafment of
o Prop 0.1% Oral sol Acanthamoeba Other anti-infective
isetionate ) .
infection
. . . . DRUGS FOR TREATMENT OF
Capreomycin 1g/10mL injection vial tuberculosis TUBERCULOSIS
Lomustine 40mg Oral cap Brain fumor, Hodgkin's ANTINEOPLASTIC AGENTS
disease
. 5001U S . . .
Protein C (Human) 1000IU injection vial protein C deficiency ANTITHROMBOTIC AGENTS

Table 3. Orphan drug designations in Korea: Top 7 therapeutic ~ Table 4. The top 10 orphan drugs in Korea by prescription.
classification.

Orphan drugs Prescriptions (%)
category Number % thyrotropin alfa 88.4
Infectious/parasitic 24 23.5 ganciclovir 88.4
Cardiovascular 13 12.7 L-asparaginase 837
Oncologic 10 9.8 thalidomide 83.7
Neurologic 10 9.8 immunoglobulin anti-D(Rho) 81.4
Endocrinologic 6 59 emtricitabine/tenofovir 81.4
Antidotes 5 49 aldesleukin 18000KIU 79.1
Diagnostic 4 3.9 anti-humanthymocyteimmunoglobulin (rabbit) 79.1
Others 30 29.5 easyef 0.005% 10 ml (rH Epidermal growth 767
Total 102 100 factor) '
valganciclovir 450 mg 76.7
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Fig. 1. The status of orphan drug management.
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Fig. 2. The Sources of orphan drug information.
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