
Current (non-scientific) challenges
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„In God we trust, the rest bring data!“

W. Edwards Deming

Pioneer in Quality Philosophy, W. Edwards Deming is widely held to have been one of the leaders

who helped create the Total Quality Movement. Deming’s 14 points and his book “Out of the

Crisis” are key documents in the development of Quality Systems for Business management. Dr. 

Deming is best known for his revolution in the quality and economic productions in Japan where

from 1950 onward he taught top management and engineers, methods for management of quality. 

These teachings dramatically altered the economy of Japan. In recognition of his contributions the

Union of Japanese Science and Engineering (JUSE) instituted the annual Deming prizes for

achievement in quality and dependability of product.

http://www.resourcesystemsconsulting.com/blog/reference/glossary
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Efficacy data

(Marketing ≠ Efficacy!)

(„Experience“ ≠ Proof of efficacy!)

Which data can be used?

How to deal with claims like

„No reports on serious adverse events so far, so

a very well tolerated and safe product“?
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Art. 28: the so-called “hospital exemption”

 Additional exclusion under very specific conditions e.g.:

 Non-routine basis of production [what is this?]

 Specific quality standards

 Used in same MS in hospital (manufacturing 
authorized by Comp. Authority of MS)

 Custom-made product for individual patient

 Under the exclusive professional responsibility 
of a practitioner

 National rules on the use of cells on ethical 
grounds

 An alternative Marketing Authorisation procedure?

 Creation of a second market?
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Art. 28: the so-called “hospital exemption”
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Art. 28: the so-called “hospital exemption”

”Accordingly, there are many reasons why going for a hospital exemption may be a
good choice for certain types of GTMPs. Advantages are already evident, e.g., the 
option to treat patients who then benefit from receiving otherwise unavailable 
treatments within an authorized setting, but under adapted requirements and a less 
cost-intensive application procedure.”
(Buchholz et al)

”Obviously differences in development track will yield differences in the necessary R&D 
resources, which may result in substantial product price differences: this is a hurdle for 
the applicant submitting a centrally authorized ATMP when lower priced exempted 
alternatives are on the market.”
(van Wilder)
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ATMPs are special:

Consequence:

Development and MA procedure may be difficult

Do we have to adapt our thinking to the products, 
not the products to our thinking?

Probably both: We have to adapt to the 
specificities of the products, but the developers 
will also have to adapt to the pharma framework.
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We need sense of proportion / visual judgement for regulating
advanced therapiesin a balanced way.

www.stern.de
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Velázquez GoyaMurilloEl Greco

What is „the“ standard?
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Annex I to Directive 2001/83/EC: How to handle minimally manipulated ATMPs?
(e.g., bone marrow in non-homologous use)

 ”Starting materials”

 ”Validation”

 ”Identity”

 ”Purity”

 ”Potency”

 ”Mechanism of Action”

www.novamed.co.il

How to regulate stem cells
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It makes sense to ask questions…
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…but how much can we ask for?
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The CAT is an open-minded scientific player

Nat Rev Drug Discov 9(3):195-201.
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”The Committee with only one product”?
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”The Committee with only one product”?
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”The Committee with only one product”?
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Source: CAT monthly report, EMA website



”The Committee with only one product”?
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The committee with the large pipeline!

Source: CAT monthly report, EMA website






