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Forward looking statements

This presentation contains forward looking statements that involve 

risks and uncertainties. Although we believe that the expectations 

reflected in the forward looking statements are reasonable at this 

time, Neuren can give no assurance that these expectations will 

prove to be correct. Actual results could differ materially from those 

anticipated. Reasons may include risks associated with drug 

development and manufacture, risks inherent in the regulatory 

processes, delays in clinical trials, risks associated with patent 

protection, future capital needs or other general risks or factors.
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Leadership in neurodevelopmental disorder therapy development
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 Worldôs 1st and only approved therapy for Rett Syndrome1

Clinical development in 5 more neurodevelopmental disorders, all with Orphan Drug 
designation, with no existing approved therapies2

no royalties payable to 3rd parties

Incorporated in New Zealand, based in Melbourne, Australia, listed on ASX (Code: NEU)

Developing new therapies for debilitating neurodevelopmental disorders that emerge in early 
childhood and are characterised by impaired connections and signalling between brain cells

1 Currently approved in US only
2 Except growth hormone to treat some aspects of Prader-Willi syndrome



Seeking a ground -breaking impact on neurodevelopmental disorders
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Severe impact on nearly every aspect of life

walking and balance issues anxiety and hyperactivity seizures

Impaired communication intellectual disability Impaired social interaction

impaired hand use sleep disturbance gastrointestinal problems

Impaired communication 

between neurons, abnormal 

formation/pruning of dendrites 

& chronic inflammation

Neurenôs drugs 

target the critical role of IGF-1 

in this upstream process, using analogs 

of peptides that can be taken orally as 

liquids

Rett

MECP2

Fragile X

     FMR1

Phelan-McDermid

     SHANK3

Angelman

     UBE3A

Pitt Hopkins

     TCF4

Prader-Willi

     15q11-q13



Commercial and late -stage pipeline
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Indication Compound Geography Preclinical Phase 2 Phase 3 Registration
Commercial 

rights

Rett
Trofinetide

NNZ-2591

US

RoW

World

Trofinetide World

NNZ-2591 World
Fragile X

Phelan-McDermid NNZ-2591 World
Positive Phase 2 

results

Pitt Hopkins NNZ-2591 World
Phase 2 top-line 

results in Q2 2024

Angelman NNZ-2591 World
Phase 2 top-line 

results in Q3 2024

Prader-Willi NNZ-2591 World

Undisclosed 

Indications
NNZ-2591 World



Financial strength to maximise  growth opportunities
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2023 Profit After Tax

A$157.1m

A$m



Growing sustainable income from commercialised  product
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~ Based on 10% of DAYBUE net sales and AUDUSD of 0.652294 

* Based on 10% of DAYBUE net sales up to US$250m and 12% of DAYBUE net sales between US$250m and US$500m, and AUDUSD of 0.65

^ Neuren will be entitled to US$50m sales milestones (receivable in Q1 2025) if CY2024 DAYBUE net sales reaches US$250m; assumes AUDUSD of 0.65   

2023E royalty of A$27m

2024E royalty of A$61 ï 70m, plus A$77m sales 

milestone

2023 net sales of US$177m

2024E net sales of US$370 ï 420m

370 

23 

67 

87 177 

76 

420

Q2 2023 Q3 2023 Q4 2023 CY2023 Q1 2024 CY2024 Acadia
Guidance

DAYBUE Net Sales (US$m)

CY2024

Historical Acadia guidance#

21-23

45-55

80-87.5

76-82

61 

138 

4 

10 

13 27 

12 

70 

147 

Q2 2023 Q3 2023 Q4 2023 CY2023 Q1 2024E~ Royalty only* Royalty + Sales
Milestone^

Royalty and Sales Milestone Payments to Neuren 
(A$m)



Three key drivers transforming near term value
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Realise Neurenôs share of 

trofinetide value in the US through 

Acadiaôs successful 

commercialization of

Realise Neurenôs share of 

trofinetide ex-US value through 

expanded global partnership with 

Acadia

Confirm efficacy of NNZ-2591 in Phase 2 trials for multiple 

indications, with global rights retained by Neuren

P Positive top-line results for Phelan-McDermid syndrome

Å Top-line results for Pitt Hopkins and Angelman 

syndromes in Q2 and Q3 2024

1

2

3



DAYBUE / 
Trofinetide
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