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Introduction

• The concepts of platform data and prior knowledge are 
well established in the pharmaceutical industry

• Science and Risk based decisions also well established

• Science should be based on the broadest and most 
reliable data set possible

• Product knowledge

• In house Knowledge

• Scientific literature

• Supplier knowledge

• Collaborators…
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Introduction
New Modalities

• Oligonucleotides, Peptides, ADC’s, Radio conjugates etc. 

• Often use very similar (platform) technologies

• Manufacturing technologies; e.g. Solid phase synthesis, 
purification technologies etc. 

• Common raw materials; Nucleotide phosphoramidites, 
radio-isotopes, warheads and linkers etc.  

• Often have similar properties

• Stability

• Impurity classes

• Devices
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Introduction
New Modalities

• Industry collaboration

• Trade associations; EFPIA, EPOC, IQ Consortium etc.

• Pre-competitive collaborations

• Publications

• Apparent impact of EPOC publications on draft EMA 
Oligonucleotides Guidance ☺

5



How do I use 

Platform Data 

That belongs to a 

different legal 

entity?
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Guidance

• ICH

• ICH Q8 Pharmaceutical Development
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Guidance

• ICH Q9 Quality Risk Management

• ICH Q10 Pharmaceutical Quality System

• ICH Q11 Development and Manufacture of Drug 
Substances

• “Prior Knowledge” mentioned 17 times

• See later slides
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Guidance

• EMA

https://www.ema.europa.eu/en/documents/report/meeting-report-joint-
biologics-working-party-quality-working-party-workshop-stakeholders-relation-
prior-knowledge-and-its-use-regulatory-applications_en.pdf 

• See later slides
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Guidance

• EMA

https://www.ema.europa.eu/en/documents/scientific-guideline/draft-
guideline-development-manufacture-oligonucleotides_en.pdf 

10

https://www.ema.europa.eu/en/documents/scientific-guideline/draft-guideline-development-manufacture-oligonucleotides_en.pdf
https://www.ema.europa.eu/en/documents/scientific-guideline/draft-guideline-development-manufacture-oligonucleotides_en.pdf


Guidance

• FDA

• Pathway for designation as a “platform technology” but 
does not preclude use of “prior knowledge”.  
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Guidance 

Conclusion

• The concepts of prior knowledge and platform data are 
well established

• Use of prior knowledge can facilitate development and 
registration of processes for the benefit of companies 
and patients

• Agencies encourage the use of prior knowledge and 
platform data

• Better science and risk-based decisions

• How do I use Platform Data That belongs to a different 
legal entity?
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Examples
Oligonucleotide 

Manufacturing

• Solid Phase Synthesis

• Often a platform technology for a given company or CMO

• In house prior knowledge may be used to develop 
process, control strategy (CPP’s and IPC’s), analytical 
methods etc.  
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Examples
Oligonucleotide 

Manufacturing

• Oligonucleotide manufacture 
utilises different approaches 
to purification.

• Companies typically focus on 
one platform leveraging prior 
knowledge between products

• Cross industry approaches to 
impurity grouping (Capaldi et al.)

• Platform approaches within companies 
for both impurity management and 
analytical method development and 
validation

14 Borths et al.  OPRD 2023, 27, 1693–1702, Capaldi et al. Nucleic Acid Therapeutics, 2017, 27, 309-322



Examples
Oligonucleotide 

Manufacturing
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• Company A licenses an asset to MAH

• Company A, the originator, may have a wealth of in-house proprietary 
knowledge

• Used to develop process, control strategy, analytical methods etc.

• CMO, may have a wealth of in-house 
“proprietary” knowledge

• Used to develop process, control 
strategy, analytical methods etc.

• May be subject to agreements with 
companies X, Y & Z however

MAHCompany A

CMO

Company X

Company Y
Company Z

MAA

What data can MAH use in their MAA?



Examples
Oligonucleotide 

Stability
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• Company A, the originator, may have extensive in-house proprietary knowledge

• The Agency may have seen a wealth of stability data from Company A’s platform

• Company A specialises in ASO’s, mRNA, siRNA etc. so typical stability for a 
modality may be well understood 

• MAH only owns the data for Product Z however

• For a late in-license, data may be limited with little time to gather more

• Company A may own the rights (and MAA) for some markets and may have 
written the first dossier

• MAH may have to “convert” the dossier for other markets 



Examples
Novel product 

technologies
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• Company A, working with CRO/CMO’s to develop a novel API/Excipient/DP

• Companies X, Y and Z have specialist prior in-house knowledge

• Companies X, Y and Z want to maintain some IP internally, i.e. not share all 
the details with Company A or each other

• But agency won’t accept parts of submission from more than one company

• Can’t do DMF/ASMF for excipient



Ways forward
ICH Q11
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Ways forward
FDA
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FDA Platform technology designation guidance discusses “full right of 
reference” to allow cross referral.  



Ways forward
Agency View
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Ways forward

Industry 
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• Company A shares Right of Reference with MAH

• Company A publishes platform data

• Company Z publishes platform data

• Company A shares data with companies X, Y and Z through pre-competitive 
consortium

• Consortium publishes

• Other scenarios?



Ways forward

Industry 
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Ways forward

Discuss
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• What experiences do others have?

• What platform data would be useful to publish (Stability?)

• How does prior knowledge become generally-accepted?

• How else could we address this?
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This file is private and may contain confidential and proprietary information. If you have received this file in error, please notify us and remove  
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