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Disclaimer

The views expressed in this presentation are the personal views
of the speakers and may not be quoted as being made on
behalf of the position of the Norwegian Medicines Agency, EMA
or one of its committees or working parties.



Outline

1. Questions
2. Data space

3. Regulatory decision making






Regulatory

decision
making

Regulators

Are the risks outweighted by the benefit?

What are the benefits — what is the efficacy, the
effect size?
Which method was used to establish
efficacy? Credible? What are the
uncertainties?

What are the risks — which adverse events,
frequency, severity, QoL etc..
Which methods used to establish the safety
profile? Credible? What are the
uncertainties?

And so on...

guality of drug substance and formulation,
dosing regimen,

patient information etc




@

/7 US
T’!‘l"‘ E’ﬂ,ﬂmm rp ,[. 4 \ I'

Data space [ fo ;,T‘ 11En1]~

A

i

|

What does data look like? i ”\\@

!!!!!!

What data do we need? e —— A R

What data can we get: = e A - a B ,

- by ok o
-
B 00 =00
Y - D O O 00

1
o]
0
4
gl
8]
g1
(1 1]
u‘
en
i
°0
g i



Real world phenomena
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Credibility of the methods
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Real world phenomena

Available data on?

* Disease

* Intervention

e Patientpopulation
Confirmatory data?

Example

Perform,
implement,
document

Statistics on RCT?

Method
| for assessing
Available methods? credibility
PBPK?
Pop-PKPD?

Disease models?




Credibility matrix

Investigational product

Type of model

Scientific question(s) of interest
Context of use

Regulatory impact

Risk based analysis of decision
consequence

Requirements on the credibility
activities

Credibility evidence

Model informed decision
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