[image: ]Form for medicines developed to treat a very rare disease

An applicant company should complete this form if they think that a medicine should be appraised under AWMSG’s ‘Policy for appraising a medicine to treat a very rare disease’. The information given will let AWTTC confirm whether the medicine meets AWMSG’s eligibility criteria for a very rare disease before a company submits to AWMSG for health technology assessment.

	Name of applicant company 
	



	Name of marketing authorisation (licence) holder, if different to the applicant company
	



	Approved name of medicine
	



	Trade name
	



	Full licensed indication(s)
	



	Indication covered in this submission (if different to the full licensed indication above)
	








Medicines will be considered eligible for appraisal under the AWMSG very rare disease policy if all four criteria listed below are met. Provide supporting evidence for all of the criteria and reference appropriately. Send your completed form to awttc@wales.nhs.uk. 

	Criteria
	Supporting evidence

	1. The disease is very rare and debilitating 
	Outline how the nature of the disease meets this description. Include the degree of severity of the disease as presently managed, how the disease impacts patients, their families and their carers.


	2. 
The medicine is an innovation for the very rare disease.
	Outline how the medicine meets this description.

	3. No more than 18 people in Wales are eligible to receive the medicine for its licensed indication† and it is not an individualised medicine.
	Include the source of the data.

	4. The medicine is likely to offer substantial additional benefit for people with the very rare disease over existing established clinical management, and existing management is considered inadequate.
	Briefly outline how patients are managed in Wales. 

Outline the need for national commissioning. Include whether the medicine has the potential for lifelong use. 

Highlight any significant added value to the patient. Consider impact on quality of life, such as ability to work or continue in education, ability to function; symptoms such as fatigue, pain, psychological distress; convenience of treatment; ability to stay independent and maintain their dignity.


	* The disease has a point prevalence of ≤ 1 in 50,000 people in Wales or affects approximately 63 or less people in Wales.

†This refers to treatment eligibility.
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