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Current Status and Expectations of Orphan Drugs in Korea
-In point of supplying medicines for the rare diseases-
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This study was aimed to investigate the current status and expectations of orphan drugs in Korea. The Korea Orphan
Drug Center was established to supply many medicines for the patients with rare diseases. Among the medicines sup-
plied by the Center, the number designated as the orphan drugs by the KFDA is quite few. However, a few of medi-
cines are not under circulation even if the items are designated as the orphan drugs. Neoplasm-related medicines,
infectious and parasitic disease-related medicines, endocrine, nutritional and metabolic disease-related medicines are the
ones circulated most. There are several unapproved drugs among the medicines supplied by the Center. It’s because the
director of the Center can import the goods without a process to getting an approval from the KFDA. The Korea
Orphan Drug Center has contributed to the selection of the medicines for treating the rare disease. On the contrary,
some problems remain in the supply process. The safety and effectiveness of the medicines supplied by the Center are
not guaranteed. So far, rare diseases have no specific legal definition, and therefore are only referred to in terms of the
population of patients, which prevent from establishing the range of medicines.

The introduction of Special Access Program or Access to Unapproved Therapeutic Goods will be the solution of these
problems. In addition, it is another solution to keep intimate relations with the Rare and Intractable Disease Center and
the Medicine Safety Information Center which will be open soon.
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Table 1. Medication classification supplied by Korea Orphan Drug Center in 2002~2004

Disease Classification Medication Numbet (%)
Year 2002 Year 2003 Year 2004
Certain infectious and parasitic diseases 1217y 18(19) 26(24)
Diseases of the blood and blood-forming organs and certain disorders involving the immune mechanism 1 (1) 3(3) 3(3)
Diseases of the circulatory system 4(6) 303 303
Diseases of the digestive system 1(1)
Diseases of the ear and mastoid process 1(1) L)
Diseases of the eye and adnexa 203) 4(4) 4(4)
Diseases of the genitourinary system 1(1)
Diseases of the musculoskeletal system and connective tissue 1(1) 303)
Diseases of the nervous system 5y 1y 8
Diseases of the respiratory system (D) 1 (1) 2Q2)
Diseases of the skin and subcutaneous tissue 1(1)
Endocrine, nutritional and metabolic diseases 13(18) 15(16) 17(15)
Factors influencing health status and contact with health services 1 20 303)
Injury, poisoning and certain other consequences of external causes 6(8) 5(5) 7(6)
Mental and behavioural disorders 1(1) 1(1)
Neoplasms 25(35) 28(30) 20(24)
Symptoms, signs and abnormal clinical and laboratory findings, not elsewhere classified 5(5)
Total 72 (100) 93 (100) 110 (100)
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Table 2. Disease classification of unapproved medications
supplied by Korea Orphan Drug Center in 2004

Medication
number (%)

11(29)

Disease Classification

Certain infectious and parasitic discases

Neoplasms 9(24)
Endocrine, nutritional and metabolic diseases 6 (16)
Diseases of the nervous system 41D
Factors influencing health status and contact with 38)

health services
Diseases of the eye and adnexa e 2(5)

Diseases of the blood and blood-forming orga.dé and 103)
certain disordets involving the immune mechanism

Diseases of the digestive system 1(3)
Injury, poisoning and certain other consequences Of 13)

external causes
Total 38(100)
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