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Executive summary
The Malaysian government has committed to establishing a framework for managing rare diseases. With
respect to improving access to treatments, the government has indicated it is interested to pursue the option
of i) a trust fund and ii) increased regional collaboration. This Paper explores these two options to propose
policy considerations for improving access to treatment for rare disease patients.
1.1 Trust fund
0DOD\VLDŵVKHDOWKFDUHƈQDQFLQJLVIUDFWXUHGDFURVVDQXPEHURIDUHDVThere is universally available
publicly funded healthcare, but the scope of coverage is limited. The government incentivises the use
of private medical insurance, but the uptake remains low. Recently, the role of socialised insurance has
increased through the Social Security Organisation (SOCSO/PERKESO) and the Employers Provident Fund
(EPF), but the scope of these tools is limited.
7KHWUHDWPHQWRIUDUHGLVHDVHVSRVHVDXQLTXHƈQDQFLQJFKDOOHQJH Treatment for rare diseases in the
form of orphan drugs (ODs) are often expensive on a per-patient basis, given the small patient populations
and the complexity of the treatments. As such, the funding of ODs is a challenge for healthcare systems
around the world.
$VDUHVXOWDFFHVVWR2'VLQ0DOD\VLDLVUHVWULFWHG In Malaysia, high-cost ODs are provided on a caseby-case basis through a combination of private funds, pharmaceutical programmes, and government funding.
+RZHYHUDYDLODEOHIXQGLQJLVLQVXIΉFLHQWWRPHHWWKHGHPDQGIRU2'V
7KHJRYHUQPHQWKDVLQGLFDWHGWKDWDWUXVWIXQGEHHVWDEOLVKHGWRVXSSRUWDFFHVVWR2'V In response
to this challenge, the government has expressed an interest in establishing a trust fund that can leverage funds
from the private sector and charitable donations to help to meet the cost of ODs.
3UHYLRXV HIIRUWV WR HVWDEOLVK D WUXVW IXQG DQG OHVVRQV IURP RWKHU FRXQWULHV KLJKOLJKW WZR NH\
SULQFLSOHVVXVWDLQDELOLW\DQGJRRGJRYHUQDQFHThe paper considers other efforts to establish trust funds
DQGZKDW0DOD\VLDFDQOHDUQIURPWKHVHH[SHULHQFHVWREHVXFFHVVIXOWKHWUXVWIXQGZLOOQHHGWREHΉQDQFLDOO\
sustainable and well governed.
7RHQVXUHVXVWDLQDELOLW\WKHJRYHUQPHQWZLOOQHHGWRDOORFDWHWKHQHFHVVDU\SXEOLFIXQGVDVSDUW
RIDEURDGHUVWUDWHJ\WROHYHUDJHƈQDQFLQJ)XQGUDLVLQJE\SDWLHQWJURXSVDORQHZLOOQRWEHVXIΉFLHQWWR
DFKLHYHΉQDQFLDOVXVWDLQDELOLW\7KHJRYHUQPHQWZLOOQHHGWRFRQVLGHUKRZWRDOORFDWHSXEOLFΉQDQFHVWRSURYLGH
a foundation for a sustainable fund and to leverage charitable donations, particularly from the corporate sector.
7RHQVXUHJRRGJRYHUQDQFHWKHJRYHUQPHQWZLOOQHHGWRGHFLGHRQREMHFWLYHFULWHULDIRUDFFHVV
DQGSULRULWLVDWLRQDQGWKHUHODWLRQRIWKHWUXVWIXQGWRWKHZLGHUKHDOWKFDUHV\VWHP There will be a
need for clear and transparent criteria to determine the eligibility of treatments available through the trust
fund and patients’ access to those treatments. Decision-making will need to be clear and transparent and
UHGXFHWKHVFRSHIRUFRQΊLFWRILQWHUHVW)LQDOGHFLVLRQZLOOXOWLPDWHO\QHHGWRUHVWZLWKWKH0LQLVWU\RI+HDOWK
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5HJLRQDOFRRSHUDWLRQ
5HJLRQDOFROODERUDWLRQFDQVXSSRUWFRXQWULHVWRZLGHQDFFHVVWRWUHDWPHQWIRUUDUHGLVHDVHV Crossborder collaborations between European countries, with the objective of improving rare disease management
and access to these high-cost treatments, offer useful insights into regional collaboration methods that could
be adapted for Malaysia and other countries in the region.
%DVHG RQ H[SHULHQFHV IURP RWKHU FRXQWULHV 0DOD\VLD VKRXOG SULRULWLVH D ƉH[LEOH DSSURDFK WR
UHJLRQDOFROODERUDWLRQ$Q\UHJLRQDOFROODERUDWLRQSODWIRUPVVKRXOGKDYHΊH[LEOHJURXSLQJZLWKVWDJHGJRDOV
ZKLOHWDNLQJLQWRDFFRXQWWKHH[LVWLQJFDSDFLW\DQGΉVFDODELOLWLHVRIGLIIHUHQWFRXQWULHV (VWDEOLVKHGUHJLRQDO
FROODERUDWLRQSODWIRUPVPD\UHSUHVHQWXQLWHGJRDOVEXWRXWFRPHVVKRXOGUHPDLQΊH[LEOH ZLWKLQGHSHQGHQW
implementation in respective countries.
0DOD\VLDVKRXOGHPEDUNRQHIIRUWVWRLPSURYHUHJLRQDOFROODERUDWLRQEXLOGLQJRQH[LVWLQJSODWIRUPV
LQFOXGLQJ$3(&$VWKHKRVWRI$VLD3DFLΉF(FRQRPLF&RRSHUDWLRQ $3(& LWLVDQRSSRUWXQHWLPHIRU
Malaysia to develop conversations on improving collaboration for rare disease treatments at the regional level
DQGPRYHWRZDUGVDFKLHYLQJWKHUHJLRQDOFROODERUDWLRQWDUJHWVLQWKH$3(&5DUH'LVHDVH$FWLRQ3ODQ
consistently in the MEB Annual Reports. The focus on certain indicators diverts the effort on other aspects
that are equally important to address the challenges.

$FFHVVWRRUSKDQGUXJVLQ0DOD\VLD
0DOD\VLDŵVKHDOWKFDUHƈQDQFLQJ
0DOD\VLD͒V KHDOWKFDUH V\VWHP RSHUDWHV RQ WKH EDVLV RI PL[HG ΉQDQFLQJ 3XEOLF KHDOWKFDUH LV DYDLODEOH WR DOO
FLWL]HQV ΉQDQFHGE\WKH0LQLVWU\RI+HDOWKIURPJHQHUDOWD[DWLRQ7KLVV\VWHPSURYLGHVDEDVLVIRUXQLYHUVDO
KHDOWKFDUH EXW LQ SUDFWLFH WKH SXEOLF KHDOWKFDUH V\VWHP LV LQVXIΉFLHQW WR PHHW WKH KHDOWKFDUH GHPDQGV RI
the population; public healthcare expenditure only accounts for about half of all healthcare expenditure in
Malaysia1 5HODWLYHWRWKHVL]HRIWKHHFRQRP\ SXEOLFH[SHQGLWXUHRQKHDOWKFDUHDPRXQWHGWRRIWKH
*'3LQ DQLQFUHDVHRIRIURPIROORZLQJDPDQLIHVWRFRPPLWPHQWE\WKH3DNDWDQ+DUDSDQ
JRYHUQPHQWWRLQFUHDVHKHDOWKFDUHVSHQGLQJWRRI*'3
The availability of treatments in the public healthcare system is usually decided according to the Health
technology assessment (HTA) process, which determines whether a proposed health technology addresses a
medical need and represents value for money. If so, it is made available for use in the public healthcare system.
For drugs, this means being listed on the Formulari Ubat Kementerian Kesihatan Malaysia (Formulary). The
GHFLVLRQRIZKHWKHURUQRWWRSUHVFULEHDVSHFLΉFWUHDWPHQWLVDOVRFRQVWUDLQHGE\EXGJHWVDWWKHKRVSLWDO
DQGPLQLVWU\OHYHOV8QGHUFHUWDLQFLUFXPVWDQFHVVSHFLΉFDGGLWLRQDOEXGJHWDOORFDWLRQVFDQEHSURYLGHGE\WKH
Health Minister, including for treatments not listed on the formulary.3
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Next Steps for Rare Diseases in Malaysia: Improving Access to treatments

