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Sponsor’s report on the maintenance of designation criteria at the time of MA or type II variation application for a designated orphan medicinal product
Scientific part

The complete sponsor’s report on the maintenance of designation criteria consists of the scientific part and the declaration and signature form attached below.
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The sponsor is requested to send the scientific part with the declaration and signature form (plus references and attachments) via the IRIS Portal.

The purpose of this template is to help sponsors to complete the scientific part of the report. Use of this template is not mandatory. Before submitting the report, the sponsor should delete all drafting notes (in green).
	Related documents:

	Justification of the life-threatening or debilitating nature of the condition, the Regulation (EC) No 141/2000, Article 3(1)(a) paragraph 1 or 2 accordingly


	Prevalence of the condition, the Regulation (EC) No 847/2000
and 

the Points to consider on the Calculation and Reporting of the Prevalence of a Condition for Orphan Designation (COMP/436/01) 


	Commission Notice Guideline on the format and content of applications for designation as orphan medicinal products and on the transfer of designations from one sponsor to another 2022/C 440/02



Table of contents
31. Product and administrative information


32. Grounds for the COMP opinion at the designation stage


33. Review of criteria for orphan designation at the time of marketing authorisation or type II variation


3Article 3 (1)(a) of Regulation (EC) No 141/2000


4Article 3(1)(b) of Regulation (EC) No 141/2000


44. Bibliography


55. Annex




1.  Product and administrative information
	Orphan medicinal product designation

	Active substance
	<Text> as designated

	Orphan indication
	<Text> as designated

	EC decision date
	<Text>

	EC registration number
	EU/<Text>

	Marketing authorisation or type II variation application

	Proposed invented name of the medicinal product (tradename):
	<Text>

	International Non-Proprietary Name
	<Text>

	Proposed therapeutic indication
	<Text>

	Pharmaco-therapeutic group (ATC Code)
	<Text>

	Pharmaceutical form
	<Text>

	Route of administration
	<Text>

	MA / type II variation application submission date
	<Text>

	Procedure start date
	<Text>

	Procedure number
	EMA/H/C/<Text>

	Sponsor’s name and address
	<Text>


2.  Grounds for the COMP opinion at the designation stage
<Text>
The sponsor should paste here the grounds from the COMP opinion on the orphan designation.
3.  Review of criteria for orphan designation at the time of marketing authorisation or type II variation 
Article 3 (1)(a) of Regulation (EC) No 141/2000

Intention to diagnose, prevent or treat a life-threatening or chronically debilitating condition affecting not more than five in 10 thousand people in the Community when the application is made.
Condition
<Text>
The sponsor should report if the therapeutic indication:
- falls entirely within the orphan condition,
- combines several orphan designations, 
- is broader than the designated orphan indication.
Intention to diagnose, prevent or treat 
<Text>
The sponsor should summarise the results from the main pivotal study.

Chronically debilitating and/or life-threatening nature

<Text>
The sponsor should report any changes in the chronically debilitating or life-threatening nature of the condition since the designation stage and indicate if there have been any therapies which have improved the morbidity or mortality of the condition since the original designation. 

Number of people affected or at risk

<Text>
A recalculation of the prevalence at the time of the review should be provided in all cases. 

Article 3(1)(b) of Regulation (EC) No 141/2000

Existence of no satisfactory methods of diagnosis prevention or treatment of the condition in question, or, if such methods exist, the medicinal product will be of significant benefit to those affected by the condition.

Existing methods

<Text>
The sponsor should list the authorised treatments for the condition at the time of filing a maintenance report. The sponsor should discuss EU guidelines/consensus algorithms for the diagnosis, prevention or treatment of the proposed condition. 
Significant benefit

<Text>
The sponsor should address whether protocol assistance (PA) for the justification of significant benefit has been sought and whether the sponsor has complied with the recommendations. The sponsor should attach the relevant PA letter(s) to this report.
The sponsor should position the product in the context of the currently authorised methods for prevention, diagnosis or treatment of the condition and justify, based on data, the clinically relevant advantage or major contribution to patient care of the product. 

4.  Bibliography
<Text>
This section should contain all published references referred to in this report and should be submitted together with the application but as a separate volumes. Where information is printed out from a web-site the date that the web-site has been accessed should be noted.

The preferred format for cross-referencing published literature is by the lead author and year e.g. (Smith et al, 2002). Please do not use hyperlinks.

5.  Annex 
<Text>
Additional information/documents which will support the sponsor’s position.
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