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25 November 2016

Biological Science Section
Therapeutic Goods Administration
136 Narrabundah Lane
Symonston ACT 2609

Re:  Report prepared for Submission on: TGA Consultation on Orphan drug
program - 2015 consultation outcomes and 2016 orphan drug program proposal

To whom it may concern:

ERA Consulting (Australia) Pty Ltd hereby submits comments on the Consultation:
Orphan drug program - 2015 consultation outcomes and 2016 orphan drug program
proposal released for consultation in October 2016.

If there are ani iuestions reiardini this submission, ilease do not hesitate to contact me
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ORPHAN DRUGS PROGRAM
Reference/Page | Issue Comments
paediatric paediatric subgroup, or specific to the Jjustification based on medical plausibility, clinical practice and other relevant features of
indications? paediatric subgroup. The change in the each scenario, and be determined on a case-by-case basis.
rare disease threshold in isolation could | we suggest that clarification on these issues should be considered, to support potential
increase the number of paediatric applicants.
conditions that classify as rare.
Page 16 of 22 | Modified designation process
Question 5: Do | Proposed modifications to the EMA | The modifications to the EMA model might be reasonable, in principle, if the automatic
you support the | process reflecting adaptation to the | lapse in designation period was significantly longer than suggested. A period of 3-6 months
proposed Australian context is NOT desirable or feasible in our view:
chanlges t‘_’ the | 1. Changes to the designation process: i This “lapsing” rule would not be supportive of Orphan Drug development
designation ~ the orphan designation will lapse programs in general. Even for larger companies this rule could be an
PLOLESS and the within a set period if no registration impediment and negatively impact global strategies for registration of a
timing of application is made product and possibly delay such products reaching the Australian market and
automatic e . patients.
Lingiie? — the designation can be withdrawn by
psing: the sponsor or cancelled by the TGA if i, This “lapsing” rule will be a particular disincentive and impediment to smaller

any of the criteria are demonstrably no
longer satisfied at any time

2. No changes to the TGA incentives:

— The current 100% waiver is
proposed to be retained.

entities that are pursuing development of diagnostics or therapies for rare
diseases if they cannot keep a designation as they move (ofien slowly) through
development towards a registration. Gaining Orphan Drug designation in an
SME environment can be a significant advantage with high potential impact, as
it is evidence of progress and can be a means to leverage financial support.

The ja seeki rphan Dr: jgnation s re-
considered in regard to this proposal, so as to avoid the risk of stifling

innovation or impeding the continuing development of products to potentially
benefit Australian patients.









