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DAY 2: Challenges with The First
Relative Potency IRV

Tuesday, 25 June 2024
Session Chair; Nadine Ritter
President
Global Biotech Experts

Audience Surveys



21 \Which biological product modalities do you mostly
work on? Check all that apply

5
Vaccines - Vaccines -
biological molecular
(eg. (eg., viral
attenuated, vectors,
recombinant) LNPs)

27

Therapeutics Therapeutics Biosimilar
- non-mAb - mAbs (incl. Products
(eg. ADCs) (non-mAb or
hormones, mADb)
enzymes,
blood
products)

Ex Vivo
Cellular

Therapies
(eg.CAR-T)

In Vivo
Cellular
Therapies
(eg. CRISPR)

7
1

Other Engineered
Complex tissues (eg.,

Biologics (eg., skin,
secretome, cartilage,

exosomes) ECM
scaffolds)

5

_!

Other (please
typein Chat
Box)

e
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2.2 \What phase(s) of CMIC product development are the products you mostly
work on? Check all that apply

R&D Early Late Commercial Post-
through clinicals (e.g., clinicals (e.g,, approval approval
preclinical Phase | -1l) Phase Il - lll) (eg. BLA/ product
MAA) CMC

e ®

17



2.3 Do you have (or plan to have) potency assays for your products? If yes, are
reportable results calculated as % RP or U of activity?

36
4 3
We do not We have a WE have an | don't know
have a % relative activity unit how our
potency potency potency potency
bioassay bioassay bioassay results are
calculated

g

17



T

:\_“:’l y

2.4 Do any of the products you work on have an official product reference
standard (e.g., WHO, USP, EDQM, NIBSC)?

20

1 1

None of Yes, all of Some do I'm not Whatis an
them do them do and some sure if any official
do not do ordo product
not reference
standard?



BEEPA

2.5 For products that you mostly work on, is there an in-house reference
material established for the product's potency assay(s)?

1

I'm not Not yet Some yes, Yes, alldo
sure but some no
planned

T0
O



2.6 How was the FIRST lot of interim product reference material chosen for

use in the potency bioassay?

23

8
3
It was the It was the We found It was long
lot used first GMP itinthe ago and
for tox clinical lot R&D no one
studies freezer knows

It will be
next week
and no
one knows

- 3'\| A
B :w_‘i

T0
e B




DAY 3: Potency IRM Bridging and
Stability Challenges

Wednesday, 26 June 2024
Session Chairs:
Matt Borer, Executive Director, CRSO
Seth Foltz, Sr. Principal Scientist, CRSO
Eli Lilly and Company

Audience Surveys



3.1 Have you experienced a stability problem with your reference material
during clinical development?

11

Yes No | don't know



3.2 How do you assess the stability of your in-house potency reference
standards? Check all that apply

Testit Track/trend Track/trend Usea Wait until we
annually its curve its physical potency get an OOS
against data from data from assay then replace
itself QC runs QC runs control run it
concurrently



3.3 Do you have formal bridging protocols for references
used to support Pl and Pl studies?

12

Always Sometimes Rarely Never

17

e ©



3.4 Do you use formal bridging protocols for changing in-house interim product
reference standard lots during Phase Il and Phase lll clinical studies?

14

1 1

Always Sometimes Rarely Never

0 &
e a




3.5 Do you involve a statistician to help design reference bridging studies
between references used to support Pl and Pl studies

Always Sometimes Rarely Never We wish we
could



DAY 4: Relative Potency IRM
Challenges New Modadalities

Thursday, 27 June 2024
Session Chair: Nadine Ritter
President
Global Biotech Experts

Audience Surveys
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4. For your cellular or complex product is there sufficient product stability to
potentially develop a two-tier reference program?

9

1

Yes Maybe We are still No
investigating




4.2 How many retention samples do you keep of your Pl
reference material?

4
1
None Enough to run Enough torun Enough to run
approximately approximately more than 20
6 potency 7-20 potency potency
assays assays assays



4.3 How many reference lots do you typically need to
support Pl studies?

16




4.4 About how many times have you changed interim potency reference
standard lots during clinical development?

1
]

Never Rarely Sometimes Frequently

r

17



4.5 During clinical development, have you used a correction factor to adjust
each new lot of interim product reference standards to “100% potency'?

11

2
_- 1
Yes, for Yes, but only We have not No need; we We were
every new for the final yet changed only choose never
lot of interim commercial lots so we lots that are allowed to
potency primary don't know 100% of the use
standard standard current lot correction

factors

r

17



4.6 \When you change in-house interim product reference standard lots, what
do you do with the extra vials of the previous lot?

20

1

— I
Never Discard Archive Give
have any all extra extravials extravials
extra vials vials with QA to R&D



4.7 Have you changed potency bioassays during clinical development? If so,
did you use the same potency reference standard?

Have not
changed
bioassay

11

Changed
bioassay
but kept
same
reference
standard

Changed
bioassay
but kept

same
reference
standard

Changed,
but not sure
which
reference
standard
was used

17

e ®



\Workshop 2: Cell & Gene Therapy
Reference Standards

Friday, 28 June 2024
Laureen Little
Principal Consultant, Quality Services
President, BEBPA

Audience Surveys
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W21 What type of products do you work on? (Check all
that apply)

4
2
1

Gene CRISPR Secretome Complex Autologous Allogenic CAR-TCells I'mjusthere
Therapy Product Product mixture of celltherapy  cell therapy as a tourist

Product proteins and don't
work on any
type of CGT



BEEPA

W2.2 What phase of development is the product on which
you spend most of your time?

5

Resea Pre-Clinical ase Phaselll Commercial
Development Safety and
Toxicology

e ©

17



W2.3 How many mechanisms of action are there for the
product on which you spend most of your time?

6
Asingle Two or Many, The MoAis
primary three many....sO unknown
MoA which many it
is well makes my
defined head spin

g

17



W2.4 Are your batch sizes limited? (Check all that apply)

2 2
1 -
Single patient Sufficient to Currently itis Our process
lot size treat asmall small but we is scaleable,
(autologous) number of believe we lot size
patients (less canscale up should not be
than 20) anissue

B

17



\Workshop 3: Biosimilar Reference
Standards

Friday, 28 June 2024
Anton Stetsenko
Principal Consultant
BioQual Consulting

Audience Surveys



W 3.1 What organization do you
represent?

Smallorlarge Bio/therapeutic Firm Contract(CRO/ Government (FDA/ Pharmacopeia (USP/ Institute/Academio
biopharmaceutical CMO/CDMO/ EMA/NIST/NIBSC/ EP/BP/JPjother)
contractlab) other)

Supplier
Organization

Other (please type in
ChatBox)




W 3.2 What is your primary function?

2

Clinical
(any)

R&D

QC

QA

MFG

RA

Other
(please
typein

Chat Box)

&
17




\W3.3: Is your biosimilar product(s) a first (1), second
(2), next (3) generation biosimilar, or combination?

3

1

1 2 3 12 14243

LN )
O



W3.4 What is your biggest challenge related to Reference
Standards?

Selection Availability Characterization/ Bridging from one Regulatory hurdles Stability Other (please type
qualification to another in Chat Box)




W 3.5 What type of Reference Standard program do you
currently use?

One-tier Two-tier Other

(please type
in Chat Box)



W3.6 Are you utilizing an official, externally sourced reference standard for
your biosimilar product(s)?

Yes, for all Yes, for
some



Thank you!!
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