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SME designation  

• SME Office  
    facilitate communication with SMEs  

• SME Designation  

• Practical or procedural enquiries 
    dedicated contact 

• Monitor applications 

 

Workshops and Training Sessions for SMEs 
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Choice of legal basis 

• Important driver for the development of the medicinal product 
• Dossier requirements linked to legal basis 
• Full/Stand-alone submission:  

Articles 8(3), 10(a), 10(b) of Directive 2001/83/EC 
• Submission that use a reference medicinal product:  

Articles 10(1), 10(3), 10(4) & 10(c) of Directive 2001/83/EC 
• Dossier requirement = Annex I of the Directive  
 
 Mix & Match approach not possible 

‘Bible’: Pre-submission procedural guidance (Q&A) and NtA 

 

 



Regulatory advice in the centralised system 

• Early possibility to engage with the Agency on regulatory questions 

• Frequently encountered topics: 

– Dossier requirements vis-à-vis chosen legal basis 

– Eligiblity to the centralised system 

– Multiple applications 

– OTC switch 

– Reference medicinal product 

– Orphan exclusivity 

 

 

• To request: email SME office  
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Regulatory Strategy Meeting 



Scientific Advice & Protocol Assistance (1) 

• Independent from submission route  

• Appropriate tests and studies 
 no major objections regarding the design of the tests/studies 

• Answers questions posed by companies  

• Current scientific knowledge 

• Based on the documentation provided by the company  

• Does not substitute for the industry's responsibility for the 
development of their products 

• Not legally binding on the Agency 

MAA pre-submission issues and EMA meeting opportunities 5 



Scientific Advice & Protocol Assistance (2) 
• Answers to questions relating to the criteria for authorisation of an 

orphan medicine, including (demonstration of significant benefit; 
similarity or clinical superiority over other medicines) 

• At any stage of development of a medicine  

– conditional approval 

– exceptional circumstances 

– post-authorisation measures 

– post-approval phase 
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SA presubmission meetings 



Paediatric requirements  

• Only if either Art. 7 or 8 of the paediatric legislation applies 

• Dependant on chosen legal basis 

• PIP development starts at the end of PK studies (‘phase I’) 

• PIP, class waiver, product specific waiver, deferrals  

 

 

 

• Modifications after PIP is agreed 
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PIP presubmission meetings 
via TC to all applicants 



Orphan Designation 

• Optional for medicinal products for human use 

• Can be requested at any stage of development before MAA 

• Sponsor can be either company or individual  

• Established in the EEA (EU, Iceland,Lichtenstein, Norway) 

• European Commission Decision before MAA submission 

• Transfer 

• Centralised procedure mandatory for orphans 
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Orphan designation presubmission  
meetings via TC 



Orphan similarity check & Derogations 
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•Orphan designation can be granted for the same orphan 
indication to different sponsors  

•First sponsor with MA for an orphan indication obtains 
exclusivity (for the therapeutic indication) 

•Subsequent MAA for the same therapeutic indication:   

   
Yes 

No 

Derogations apply? 

Product similar? 

Pre-submission meeting Regulatory Strategy Meeting 



GMP and PhV Inspections  

• Any EU/EEA manufacturing site  
                          EU manufacturing authorisation 

• EU manufacturing authorisation relevant for the activities  

• Sites outside the EU/EEA 
                          equivalent to EU manufacturing authorisation 
                          GMP standards/ready to pass inspection 

• Batch release site in the EU/EAA established at submission 

• New requirements for API importation as of 2nd July 2013 (!)  

• QPPV established at time of submission  
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Pre-submission meeting 



Eligibility  

• Eligibility (mandatory or optional scope) to be requested / 
confirmed in ALL cases ! 

• 18 Months before planned submission 
or, at the latest 7 months - as part of ‘Letter of Intent’ 

• Applicants to use only 1 main access criterion  

• Concise justification to be provided 

• 15 Days before CHMP meeting 

• Reviewed by the CHMP 

 
MAA pre-submission issues and EMA meeting opportunities 11 



Letter of Intent to submit a MAA 

• 18 – 4 months before filing (Monthly submission dates)  

• Appointment of Rapporteur/Co-Rapporteurs 

– Appointment of Rapporteurs based on objective criteria  

– Use of best available expertise in EU in relevant scientific area  

• Check of (Invented) Name 

• Correspondence with Commission on proposed multiple 

applications (Art 82(1) of Regulation (EC) No 726/2004) 
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Pre-submission meeting 



Ancillary requests  

• (Extended) Data / Market Exclusivity 

• Exceptional Circumstances 

• Conditional Marketing Authorisation 

• Accelerated Assessment 

• New Active Substance status 
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Pre-submission meeting 



• 6-7 Months before submission 
• Discuss final practical & regulatory aspects of upcoming 

application 
• Clarify application-specific issues not addressed on the EMA 

website 
• Useful step to ensure that application will meet all 

requirements for validation 
• Strongly recommended, even for experienced users of the 

centralised procedure 
 Reconfirm various administrative/procedural/legal issues; 

requirements may have changed 
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Pre-submission meeting 

Meeting with Rapporteurs 



PIP compliance check 

For any measure agreed in a PIP and due at submission 

Maximum 60 days procedure 

PDCO review 

Opinion only for full compliance check, otherwise EMA Letter 

Compliance check needed before successful validation 

Dedicated application form for compliance check 
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MAA Submission and Validation 

• Applicant established in the EEA 

• Dossier in line with chosen legal basis 

• GxP requirements met 

• Paediatric requirements met 

• Orphan similarity clarified 

 

 successful Validation and Start of procedure 
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http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/landing/human_medicines 
_regulatory.jsp&murl=menus/regulations/regulations.jsp&mid=WC0b01ac058001ff89 
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http://www.ema.europa.eu/ema/i
ndex.jsp?curl=pages/regulation/la
nding/human_medicines_regulator
y.jsp&murl=menus/regulations/re
gulations.jsp&mid=WC0b01ac0580

01ff89 
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http://ec.europa.eu/he
alth/documents/eudrale

x/index_en.htm 
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