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Search term Mumber of Proporticn

Scotland
definitions of total (%) Sweden

Rare disease 112 38 Bolas e
Orphan drug 79 27 Netherlandéerma :
Orphan disease 18 [ o 39 1 ; Russia
Orphan medicinal product 16 5
Rare disorder 11 4 Canada
Ultrarare dicease 10 3 Czech Re
Highly specialized 9 3 Korea

technolo gies - Slovakia é e
Rare condition 9 3
Neglected disease 5 2 France .
Ultraorphan drug 4 1 Italy China @ Japan
Orphan product 4 1 Turkey Taiwan
"fll[)" rare disease 4 1 Mexico EUROPE Nitila
Orphan indication' 2 1 ~ Spain .
Low-frequency disease' 2 1 -Ilrﬂlad ]5
Fharmacological therapies 2 1

of high complexity' Colombia
Rare disabilty' - Prevalence (Tatal #<10000cases)

2 1
Ultraorphan disease 2 1 5 » S
Priority review drugs’ 1 =1 20 o
Orphan pharmaceutical 1 =1 40 e Australia
syt

: product : South Africa
Syndrome without a name 1 =1 60 Argentina
Rare and neglected disease 1 =1 76
Extremely rare disease' 1 =1
Orphan subset' 1 =1 Brovalancs
Rare medicinal technology' 1 =1 <40 >40
*Includes definitions that use qualifiers in addition to “rame A

disease” such as “intractable,” for example, in definitions used verage

in Japan and Korea.
! Terms included by local researchers for use during searches but 40 cases/1 00,000

not included in the original list of search terms.
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Source.: Draborg et al. International comparison of the
definition and the practical application of health
technology assessment Int J Technol Assess Health Care

2005 Winter; 21(1):89-95.

Clinical:
Efficacy,
Safety,
Effectiveness
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Medical: Imiglucerase for
Gaucher disease type |
Non-medical: Neonatal
Screening for Inborn
Errors of Metabolism
Using Tandem Mass

Spectrometry



Qitaiafor dedopment nonedica ranbursarat pedage|  Citaiafar devdopmat nredca ranursarat pedkege

Mking dedision Mekingdeasion
1. Oodt-effectiveness 1 Gost-effectiveness and price negatiation
2 Qirica practiceguickine 2. dinicel practicegLicdine |
3 Fesihility and preperechess of hesith servioes 3 Feeshility and preperechess of hesith senvices
A Afarcility of public hestthinsurance 4 Afarcility of public hestthinsurance
5 Sodd andethical issues 5 Sodd andethical issues
6 Gher cosidarationeg, nedicdl reimbursanet 6 Qher cosidarationeg, norHTeica
pedege reinbursaret pedege
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Imiglucerase for Gaucher type 1 Budget
: : 2 million
v It was not cost-effective due to very high U
cost treatment (ICER 197,000 USD/ QALY, 29 1
threshold 5,000 USD/ QALY). " 1
v The drug islife-saving, and it is needed
for bone marrow transplant (curative 15 Budget
treatment covered by UHC). 411,000
v Equity concern : if thismedicine is not 10 USD
included in the list but the bone marrow '
transplant isin the benefit package under §
UCS. Thismeans only the rich can access - L
the treatment asthey are able to pay for e = s e
imiglucerase (around 120,00 USD/year) ¢ paient 8 13 21 24
v Inclusion in the NLEM after price
negotiation *Only 2 patients could undergo bone marrow transplantation

Sources: Teerawattananon Y et al. The use of economic evaluation for guiding the
pharmaceutical reimbursement list in Thailand. Zeitschrift fir Evidenz, Fortbildung und Qualitat
im Gesundheitswesen, 2014,108.7:397-404.
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» Etimetedf total nurber of rere disesse petients and bucket inpect thet shauidbe
claulatedfromal rdevart techndagies (codependent techndlagy)

» (incd and athar evidenceneeded for HTAeg efficeny, cost, hedth quelity of life

o Lhoartanty of resut

» Feasihility and preparedness of hedth savioss eg. nedicd spaadit, regstry
System paymat nechensm

v AP



	Health Technology Assessment for Rare Disease: Lessons Learned from Thailand
	Slide Number 2
	Using HTA for coverage decision on Thailand
	Slide Number 4
	Criteria for development non-medical reimbursement package
	Slide Number 6
	Criteria for development non-medical reimbursement package
	Coverage decision for rare disease
	In process: Topic nominated
	Challenges of HTA for rare disease

