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Poland’s evaluation criteria for drugs to treat rare diseases: 

necessary changes 

Position of the Pharma Committee of the American Chamber of 

Commerce in Poland 
 

The evaluation system for treatments of rare diseases 
The evaluation and refund systems for medical products play a key role in ensuring patients’ 

access to treatment. They include evaluation of epidemiological, clinical and economic data 

to allow decisionmakers to make decisions on refunds for new therapies. These systems were 

developed for widespread illnesses, at a time when the pace and scale of innovation in 

medicine (including in the area of gene therapy) were incomparably more modest than today. 

Neither the refund system nor the resulting system for evaluating medical products allows a 

full evaluation of the value of innovative medicines for rare diseases, which may result in a 

lack of access to treatments that could significantly improve or extend patients’ lives. Changes 

in this area are necessary and should follow or even precede changes in newly developed 

medical technologies. 

Rare diseases 
The European Union defines a rare disease as one that affects fewer than 5 out of 10,000 

people. There are about 6,000-8,000 recognized rare diseases, of which about 80% are of 

genetic origin, and 75% present in childhood. Often these are serious, life-threatening, chronic 

and debilitating conditions. Though individual diseases affect a small part of the population, 

together they make up a significant group of people: it’s estimated that in Poland about 2 

million people are affected by rare diseases. For the overwhelming majority of patients (about 

97%) there is still no effective pharmacological treatment targeting the cause of the disease. 

That’s why it’s so important to ensure patients access to treatment when this type of innovative 

therapy has been discovered and registered.1 

Current barriers related to the price of treatment for rare diseases 
Success in developing medicines for rare diseases is very often a result of cooperation among 

various parties. Patients and their families, patient support organizations, pharmaceutical 

companies and the European Medicines Agency play important roles in this process. 

To encourage private entities to conduct research on rare diseases and treatments for them, 

many years ago the U.S. and the EU introduced supportive regulations, which bore fruit in 

new treatments. Despite the positive effects that these regulations brought, the refund system, 

                                                           
1 European Medicines Agency, Points to consider on the estimation and reporting on the prevalence of a condition for the 

purpose of orphan designation https://www.ema.europa.eu/en/documents/regulatory-procedural-guideline/points-

consider-estimation-reporting-prevalence-condition-orphan-designation_en.pdf 
EURORDIS, 2019, What is a rare disease? https://www.eurordis.org/sites/default/files/publications/Fact_Sheet_RD.pdf  

EURORDIS, 2019, What is a rare disease? https://www.eurordis.org/sites/default/files/publications/Fact_Sheet_RD.pdf  
EFPIA, 2019, Help us make rare disease even rarer https://www.efpia.eu/about-medicines/development-of-

medicines/intellectual-property/help-us-make-rare-disease-even-rarer/  
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as the basis for patient access to such therapies, remains in many ways unsuited to the 

specifics of this area. 

In Poland we observe the following difficulties related to evaluation of treatments for rare 

diseases: 

 Because rare diseases affect only small groups of patients, and population size 

determines clinical research plans, their results often don’t fit into the hierarchy of 

evidence-based medicine, and thus have a relatively low position on the scale of 

importance and strength of clinical evidence used by the Agency for Health Technology 

Assessment and Tariff System (AOTMiT) 

 The current evaluation method is based mainly on cost-effectiveness thresholds that 

cannot be met in the case of rare diseases. Such an approach lacks flexibility, and 

additional mechanisms would allow evaluation of the real value of innovative 

medicines for rare diseases 

 In the case of rare diseases, it is often impossible to define the appropriate comparator. 

In such situations, arguments for the appropriateness of certain comparators require 

deeper discussion 

 One common limitation is the lack of comparative data, in particular for diseases whose 

mechanism is not always completely understood 

 The standard comparative analysis tools (such as EQ5D) preferred by HTA authorities 

do not fully reflect the improvement in quality of life offered by innovative treatment 

methods for rare and genetic diseases 

 Innovations in cell and gene therapies can face even more significant challenges, such 

as the choice of the optimal evaluation path for such advanced therapies in light of 

Polish regulations and formal solutions – there is no ability to legally file a refund 

request, or a need to have a product on the market, when the therapy is created for an 

individual patient. Gene and cell therapies are costly if we look at them from the 

perspective of a single payment. This is also why the approach to financing them 

requires discussion between the payor and the producer. This also underlines the need 

for the fastest possible changes in the method of defining the value of a drug to ensure 

patient access to treatments as fast as possible. 

Rules for evaluating treatment value in rare diseases 
The regulatory incentives for the development of medicines for rare diseases played a 

fundamental role in supporting the development of treatments designated for specific 

diseases, which otherwise would not be developed. Among decisionmakers, experts, 

academic circles and patient groups it is widely recognized that evaluation frameworks must 

be applied in a way that takes into account the unique characteristics of innovative medicines 

for rare diseases and supports the fastest possible patient access. 

The AmCham Pharma Committee supports further developments in this area, the introduction 

of new solutions for evaluating treatments of rare diseases, and improvements in patient 

access. The evaluation model should ensure the broadest and fastest possible access to 

breakthrough treatments while simultaneously balancing the stability of the healthcare system 

and incentives for innovation. 

To ensure the effectiveness and flexibility of evaluation systems and the engagement of all 

interested parties in evaluating the full value of innovative treatments for rare diseases, we 

propose that such evaluations be based on three principles: 

1. Taking into account the opinions of all stakeholders 
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All interested parties, including patients, caregivers and medical experts, should have the 

opportunity to participate in a clear, transparent refund process. In particular: 

 At the evaluation stage it is necessary to engage medical experts in the area of a 

particular rare disease. This engagement should include the possibility of presenting 

opinions, leading discussion and participation in decision-making 

 Patients and caregivers have a great deal of knowledge and experience in the area of 

the treatments that apply to them. Their opinion should be significant when evaluating 

treatments. 

 

2. Comprehensive evaluation of a treatment’s benefits 

 

 The evaluation process should allow the consideration of additional elements and 

values of the treatment, such as the size of the affected population, the severity of the 

disease, the unmet medical demand and the social/economic benefits related to 

treatment (application of many additional criteria when making decisions), 

 The existing cost-effectiveness threshold, developed for widespread diseases (e.g. 

cardiovascular diseases) and introduced long before the emergence of innovation in 

the area of rare diseases, should be replaced by other evaluation models that better 

reflect the specifics of this area of medicine 

 The evaluation criteria should take into account recognition of a treatment’s unique 

value, including potential long-term benefits from advanced therapies, including gene 

therapies, for patients, the healthcare system and society. 

 

3. A pragmatic approach to data 

The evaluation of the credibility of evidence must take into account the challenges facing 

entities conducting research on small populations. Thus the evaluation of value should 

enable: 

 Use of all sources of evidence, including Real World Evidence (RWE) 

 Use of evaluation instruments specific to a given disease, to capture changes in quality 

of life for sufferers from rare diseases 

 Recognition of methods of measuring effectiveness that are appropriate to a given 

disease (subsidiary endpoints) 


