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OBJECTIVES
The objective of this study is to evaluate qualitatively the principles involved in the health technology assessment (HTA) of
orphan medical products (OMPs) in CEE countries.
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1: RARE DISEASE DESIGNATION
Half of CEE countries recognize rare diseases as a distinct category with Bulgaria, Romania, Estonia, Latvia, and Lithuania using
EMA orphan designation. Slovakia utilizes a separate definition. Slovakia and Lithuania also recognize ultra-rare diseases.
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2: SPECIALIZED INSTITUTIONS
Latvia and Lithuania utilize specialized rare disease institutions in the appraisal process, which allows for case-based individual
reimbursement.

Other CEE countries rely on the normal regulatory institutions for the HTA appraisal process, however, we found information
that Bulgaria and Lithuania have specialized rare disease committees.

In Bulgaria, the rare disease committee informs the Ministry of Health about which diseases should be included in the Rare
Disease List (which is a necessary requirement for OMP reimbursement). This committee, however, is not involved in OMP
appraisal decision-making.

In Lithuania, the Very Rare Conditions Committee is a decision-maker regarding OMPs.
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3: OMP REIMBURSEMENT
Bulgaria, Romania, the Czech Republic, Poland, and Estonia apply the same conditions for OMP reimbursement as those for
regular drug reimbursement (although the Czech Republic also permits temporary reimbursement for highly innovative drugs).

Latvia, Lithuania, and Slovakia allow for individual reimbursement. 

Hungary, Latvia, and Estonia have special reimbursement processes for OMPs, with Hungary normally reimbursing OMPs for
100% of the price, while Estonia always reimburses them for 100% after a positive decision. Latvia's reimbursement process is
different due to the existence of specialized for rare diseases institutions.

Slovakia offers conditional reimbursement for ultra-OMPs (i.e. OMPs for ultra-rare diseases).

It is important to note that (according to our search) only Hungary and Latvia have thorough rare-disease specific
processes.

Thus, the figure above should be taken with caution.
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METHODS
A comparative analysis of some of the various aspects of the reimbursement process for OMPs was conducted for all CEE
countries (Bulgaria, the Czech Republic, Estonia, Hungary, Latvia, Lithuania, Poland, Romania, Slovenia, and Slovakia).

The assessment was based on four key features:

1. are rare diseases officially distinguished from other diseases?

2. do separate rare disease institutions responsible for the approval process exist?

3. does OMP reimbursement differ?

4. do CEE countries rely on external referencing for OMP appraisal?

The choice of countries is based on the similar economic history of the listed European Union states (former Eastern Bloc
members). Bibliographic databases, online sources, and government/HTA organization websites were searched. The collected
data was synthesized in Excel and used for qualitative comparative analyses.

Note: orphan drugs are not distinct in the Czech Republic; however, the country recognizes highly innovative drugs.
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CONCLUSION
Most CEE countries recognize officially rare diseases and allow for
some leniency in the application process for OMPs. However, few
have dedicated institutions or offer enough alternative appraisal and
reimbursement processes.
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4: EXTERNAL REFERENCING FOR OMPS
External referencing is used in all countries (except for Hungary).

While rare diseases are not officially distinguished from non-rare diseases in the Czech Republic, it is possible that OMPs fall
within the category of cutting-edge health technologies, which receive reimbursement only if they are reimbursed in at least two
reference states.

Normally, Lithuania uses external reference pricing, but in the case of rare and ultra-rare diseases the pricing is within a
dedicated annual budget.

Our search did not find information on external referencing specific to OMPs in Estonia, Hungary and Poland.
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ABSTRACT
Objectives: The objective of this study is to evaluate the principles involved in the health technology assessment (HTA) of
orphan medical products (OMPs) in CEE countries

Methods:  A comparative analysis of some of the various aspects of the reimbursement process for OMPs was conducted for all
CEE countries (Bulgaria, the Czech Republic, Estonia, Hungary, Latvia, Lithuania, Poland, Romania, Slovenia, and Slovakia).
The assessment was based on key features: (1) are rare diseases officially distinguished from other diseases, (2) do separate rare
disease institutions responsible for the approval process exist, (3) does OMP reimbursement differ, and (4) do CEE countries rely
on external referencing for OMP appraisal.  The choice of countries is based on the similar economic history of the listed
European Union states (former Eastern Bloc members). Bibliographic databases, online sources, and government/HTA
organization websites were searched. The collected data was synthesized in Excel and used for qualitative comparative analyses.

Results:  Half of CEE countries recognize rare diseases as a distinct category with Bulgaria, Romania, Estonia, Latvia, and
Lithuania using EMA orphan designation. Slovakia utilizes a separate definition. Slovakia and Lithuania also recognize ultra-rare
diseases. Latvia and Lithuania utilize specialized rare disease institutions in the appraisal process, which allows for case-based
individual reimbursement. Slovakia also allows for individual reimbursement. Bulgaria, Romania, the Czech Republic, Poland,
and Estonia apply the same conditions for OMP reimbursement as those for regular drug reimbursement (although the Czech
Republic permits temporary reimbursement). Hungary, Latvia, and Estonia have special reimbursement processes for OMPs.
External referencing is used in all countries apart from Hungary, Poland, and Estonia.

Conclusion: Most CEE countries recognize officially rare diseases and allow for some leniency in the application process.
However, few have dedicated institutions or offer alternative reimbursement processes.
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