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BackgroundBackground

Although the concept of patient engagement is not necessarily new, it is only in very recent years 
that different countries such as Australia, United States, Canada, UK, Norway have begun to 
embrace the concept as a viable remedy for improving quality of care on a broad scale.
There is a growing belief among policy-makers that patients/citizens can contribute to quality 
improvement at both an individual and a collective level.
As individuals or family members patients can play a distinct role in their own care, it is believed that 
patient and public engagement in determining priorities for service development could help to 

MethodologyMethodology

The project using a training of trainees approach aims at reaching all members of the Associations 
amplifying with a cascade mechanism the target of the intervention.
Within each Associations one person will be identified and trained. This person will be responsible to 
train additional members of his/her Associations multiplying the number of trainers available and 
therefore multiplying the number of person properly informed and skilled on orphan drugs. The 
intervention will work with Associations of patients with rare diseases, registered in the database 
dedicated to rare diseases patient’s organisation of the NCRD.
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ensure that policy-making keeps in tune with population requirements.

A growing body of evidence shows that patients engagement in treatment decisions and in 
managing their own health care can improve patients' experience and often results in better health 
outcomes and more appropriate and cost effective utilisation of health services.
Particularly in the field of rare diseases, patients' associations play even a more critical and essential 
role ensuring a communication network for families. Initiatives aiming at building the capacity of 
patients are scarce. 

The National Centre for Rare Diseases (NCRD) and patients' Associations are collaborating in several 
projects, in order to increase and to define interventions in public health. 
Focusing on patients' associations with rare diseases, the project aims at increasing patient's 

The list of project activities follow:

1. Analysis of the status of the art of Associations knowledge, attitude and activities about orphan 
drugs.
2. Assessment of information/training needs of Associations. The needs assessment will be done 
through a questionnaire. Questionnaires results will be integrated with information on patient's needs 
deriving from the toll free number service and the Narrative Medicine project.
3. Development of the training curriculum on the basis of the needs assessment.
4. Implementation of the training programme through residential meetings. 
5. Implementation of trainers activities within each Associations. Each trainer will have to identify and 
implement before the end of the second year of the project at least one activities related to orphan 
drugs within his/her organisation. 
6. Final workshop to present the activities performed by each trainer. This will allow the exchange of g p , p j g p

knowledge and understanding on orphan drugs. 
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information providing a common moment to learn from each other experience.

ObjectivesObjectives

The project aim is to increase Associations knowledge on orphan drugs. 
Specific objectives are:
- Measure patients' Association knowledge on orphan drugs (drugs development, regulatory process, clinical trials and ethical issues).
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Current achievementsCurrent achievements

Needs assessment

- List and describe patients' Association activities on orphan drugs.
- Identify specific information/educational needs of patients' Associations on orphan drugs.
- Develop a training curriculum on orphan drugs on the basis of the information/educational needs assessment.
Further objective is to create, through a participatory training programme, a transparent and collaborative partnership between patients’ Associations. 

Targeted to all the Associations (220) officially registered in the 
database dedicated to rare diseases patient’s organisation of the 
national centre for rare diseases. 

An on line questionnaire was developed to assess Associations 
information needs; 107 Associations filled in the questionnaires. 
Accordingly to our preliminary analysis, the areas where information is 
more needed follow:

- Drug development process 
- Regulatory process for orphan drugs including reimbursement 
procedures
- Development and availability of guidelines for rare diseases

The questionnaire was completed directly on line 
accessing the area of the 

National Centre web site dedicated to patients’ 
Associations.

Development and availability of guidelines for rare diseases
- Innovative medicines.

The development of the training curriculum is on going.

Expected outcomesExpected outcomes

The project will increase the capacity of each Associations and members/patients to collaborate 
and be actively involved in regulatory processes, ethical committees and clinical research. 
Moreover, it will build the capacity of patients take responsible decision on their health and 

specifically on their treatment options.
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