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DISCLAIMER AND SAFE HARBOR

Certain statements made in this document are forward-looking statements within the meaning of the safe harbor provisions of the United States Private Securities 
Litigation Reform Act of 1995. These forward-looking statements are not historical facts but rather are based on the current expectations of Prescient Therapeutics 
Limited (“Prescient” or the “Company”), their estimates, assumptions, and projections about the industry in which Prescient operates. Material referred to in this 
document that use the words ‘estimate’, ‘project’, ‘intend’, ‘expect’, ‘plan’, ‘believe’, ‘guidance’, and similar expressions are intended to identify forward-looking 

statements and should be considered an at-risk statement. These forward-looking statements are not a guarantee of future performance and involve known and 
unknown risks and uncertainties, some of which are beyond the control of Prescient or which are difficult to predict, which could cause the actual results, performance, 
or achievements of Prescient to be materially different from those which may be expressed or implied by these statements. These statements are based on our 
management’s current expectations and are subject to a number of uncertainties and risks that could change the results described in the forward-looking statements. 
Risks and uncertainties include, but are not limited to, general industry conditions and competition, general economic factors, the impact of pharmaceutical industry 
development and health care legislation in the United States and internationally, and challenges inherent in new product development. Investors should be aware that 
there are no assurances that results will not differ from those projected and Prescient cautions shareholders and prospective shareholders not to place undue reliance on 
these forward-looking statements, which reflect the view of Prescient only as of the date of this presentation. Prescient is not under a duty to update any forward-looking 

statement as a result of new information, future events or otherwise, except as required by law or by any appropriate regulatory authority.

Certain statements contained in this document, including, without limitation, statements containing the words “believes,” “plans,” “expects,” “anticipates,” and words of 
similar import, constitute “forward-looking statements.”  Such forward-looking statements involve known and unknown risks, uncertainties and other factors that may 
cause the actual results, performance or achievements of Prescient to be materially different from any future results, performance or achievements expressed or implied 
by such forward-looking statements.  Such factors include, among others, the following:  the risk that our clinical trials will be delayed and not completed on a timely 
basis; the risk that the results from the clinical trials are not as favorable as we anticipate; the risk that our clinical trials will be more costly than anticipated; and the risk 
that applicable regulatory authorities may ask for additional data, information or studies to be completed or provided prior to their approval of our products.  Given these 
uncertainties, undue reliance should not be placed on such forward-looking statements.  The Company disclaims any obligation to update any such factors or to publicly 

announce the results of any revisions to any of the forward-looking statements contained herein to reflect future events or developments except as required by law.

This document may not contain all the details and information necessary for you to make a decision or evaluation. Neither this document nor any of its contents may be 
used for any other purpose without the prior written consent of the Company.  Nothing in this document should be considered financial advice.  Please consult your 
professional investment adviser who understands your risk appetite and financial objectives before considering an investment in Prescient.

The contents of this document are confidential information of Prescient. These contents are made available  on a ‘for your eyes only’ basis to the person to whom it was 
sent by Prescient. The purpose of the disclosure is to facilitate commercial and confidential discussions between the disclosee and  Prescient. It should not be forwarded 
without without the prior written consent of the Company.
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Ph1b drug with potential for rapid clinical 
development.
Encouraging activity in areas of unmet need

Cell therapy platform with demonstrated 
benefits ready for the clinic.

Platform with potential to revolutionise 
cell therapy in pre-clinical development

Targeted 
therapies

Diversified portfolio 

of later stage and emerging assets
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PTX is entering a new stage



PTX-100
Background
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PTX-100 Executive Summary

• Licensed from Yale

• Downstream MoA captures 

many Ras mutant variants

• PTX-100 is only RhoA inhibitor 

in clinical development

• Reduces cancer stem cells

• Phase 1b trial concluding in r/r TCL 

• Excellent safety

• Encouraging efficacy vs expected from SoC

• Planning Phase 2 registration trial

• US Orphan Drug designation in all TCLs
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Clinical StatusFirst in Class inhibitor 
of Ras pathway
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PTX-100 disrupts the Ras pathway 

by inhibiting the downstream activation of 

Ral, Rac and Rho 

through prenylation inhibition

Novel Ras pathway inhibition
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PTX-100 addresses many types of Ras mutations

• 80% of cancer Ras cancer patients harbour 

more than one Ras mutation!

• Targeting one particular Ras variant (e.g. 

KRAS G12C) may lead to relapse driven by 

resistant clones

• PTX-100’s unique MoA, working downstream, 

can potentially address all K-Ras and N-Ras 

mutant cancers

3 types of 

Ras

Rossman, KL et al; J.Cell Sci (2016) doi: 10.1242/jcs.182873 8



• Various RhoA mutations drive a number of 
hematologial and solid malignancies

• PTX-100 a pan RhoA inhibitor regardless of 
mutation

• Only clinical stage RhoA inhibitor globally

Frequency of RhoA mutations in human malignancies

Schematic of RhoA protein structure, with alterations

Indications of interest 

for PTX-100

Unmet 
clinical need

Only drug 
addressing 

the 
mutation

Mutation 
recently 
identified 
(RhoA)

PTX-100

PTX-100 is also the only drug targeting RhoA

Cortes, JR and Palomero, T; Curr Opin Hematol 2016; 23(4):434-43

Palomero, T, et al; Blood 2013; 122:846

Kataoka, K  and Ogawa, S; Experimental Hematology 2016;44:1123–1129

Palomero, T; et al;  Nature Genetics 2014 46(2);166-173

9



10

• TCL occurs when T-cells undergo changes 

and become cancerous

• TCL is 10-15% of all non-Hodgkin lymphomas 

• Rare (orphan) disease 

• Incidence of 27,263 cases in the 8 major 

markets in 2020

• Prevalence of 90,275 cases in the 8 major 

markets in 2020

T-cell lymphomas (TCL)

GlobalData
Weinstock; et al; Hematology; 2018

Lymphoma Australia

8 major markets: US, France, Germany, Italy, Spain, UK, Japan, and China

• TCL represents an area of high unmet need

• Poor patient outcomes – even responders often 

relapse

• New entrants, but outcomes are still poor, 

especially in relapsed and refractory disease

• Typically expect ORR ~30% and PFS ~4 

months

• TCL is not one disease 

• ~2/3 PTCL; 1/3 CTCL

• Includes >20 different sub-types of TCL 

• Diverse characteristics

• Makes treatment for any one sub-type even trickier

PTCL: Peripheral T-cell Lymphoma
CTCL: Cutaneous T-cell Lymphoma

ORR: Overall Response Rate

PFS: Progression Free Survival



Drugs in areas of unmet need can 

command higher prices
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Case Study

• Folotyn (pralatrexate)

• Approved 2009 for PTCL

• Overall Response Rate was 27% 

• US $842,585 per patient, per year



Advantages of Orphan Drugs

12Evaluate Ltd, 2023

7 7 years of guaranteed 
market exclusivity in US

Consistently higher sales growth 
than non-orphan drugs

Orphan
11.6% CAGR

Non-orphan 
7% CAGR

Total orphan sales 
to reach 

$US300B by 2028

Enjoy higher prices

Sales are more resilient 
to cycles



PTX-100
Phase 1b study
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• Aims: Phase 1b to evaluate safety PK/PD 

• Design: Dose escalation in advanced malignancies; expansion 

cohort in relapsed & refractory T cell lymphomas 

• Results:

• Excellent safety 

• Target engagement at all 3 doses

• Response rates (incl 2 CRs) and mPFS in assessable pts 

with r/r TCL exceeding that expected with SoC

• Granted Orphan Drug Designation by US FDA for all TCLs

Professor H. Miles Prince, AM 
Principal Investigator

PTX-100: Ph1b Clinical Summary
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1. Considered a target benchmark by Prescient and its investigators, with reference to currently available therapies in r/r TCL

Enrollment completed but study ongoing; results as at 1 Dec 2023

Strong response rates in difficult diseases
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Overall Response Rate

CR + PR

Clinical Benefit Rate

CR + PR + SD>6months

Benchmark1 30% 45%

r/r PTCL 

(n=4)
50% (2/4) 50% (2/4)

r/r CTCL 

(n=5)
40% (2/5) 80% (4/5)

r/r TCL 

(n=9)
44% (4/9) 66% (6/9)



1. Progression Free Survival is the time from first treatment until disease progression or death
2. Considered a target benchmark for a Ph2 or registration study in r/r TCL by key opinion leader (S.M. Horowitz et al; Blood; Dec 2021)

Enrollment completed but study ongoing; results as at 1 Dec 2023

Median Progression Free Survival (mPFS1) 

exceeds expectations
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mPFS: 

12.2 months

mPFS:

13.6 months

mPFS: 

7.4 months

mPFS benchmarks 

in r/r TCL:

Standard of care: ~4 months

For a registration study: 5-6 months1



r/r TCL swimmer plot: responses and duration

SoC Target 17
Enrollment completed but study ongoing; results as at 1 Dec 2023



181. Saleh Et. Al. Updates in the Treatment of Peripheral T-Cell Lymphomas; Journal of Exp Pharm 2021:13 577–591 

Approved PTCL drugs have troublesome safety profiles

0 20 40 60 80 100

Pralatrexate

Romidepsin

Belinostat

Brentuximab

Chidamide

Mogamulizumab

%

Thrombocytopenia Anemia

Mucositis Infections

Dysnea Peripheral sensory neuropathy

Leucopenia Lymphocytopenia

Leukocytopenia

Favourable safety profile compared to peers

% Serious Adverse Events (≥Grade 3) 

for Approved PTCL Drugs

PTX-100 HAS AN 

EXCELLENT SAFETY PROFILE

• No serious adverse events 

related to PTX-100

• Suits fragile patient population

• Good candidate for 

combination therapy
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Prescient at ASH Meeting 2023
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• PTX-100 data in TCL was received very positively by industry and KOLs

• The nature of PTX-100’s efficacy observations seem unique : 

• Other TCL drugs only achieve durability when they achieve CR, which is a rare event  

• By contrast, PTX-100 patients experienced durability even with PRs and SD

• PTX-100’s safety was considered a distinguishing feature

• For reference, two other posters on similar sized r/r TCL trials:

PTX-100 data at ASH

Size ORR mPFS Safety

PI3Kγδ DNA-PK 

triple inhibitor 
N=19 31% 5.6 months 88.5% pts had AE; 69% had SAE

GemDox (chemo) N=18 50% 5 months 100% pts had AE; SAE in 64%

PTX-100 N=19 44% 12.2 months 0 pts had SAEs
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Overall very positive scientific and clinical feedback!

• “This is more than an efficacy signal”

• “That swimmers plot looks good…hang on, that’s not weeks; it’s in months! Wow!”

• “Safety profile is the stand-out feature and could be the attraction vs competitors”

• “Heterogeneity of disease is going to be a problem.  But Miles Prince is the world expert 

in different subtypes.”

Other observations:

• Current dosing scheduling is not ideal (can this be made more convenient?)

• Lots of competition for a small number of patients for trials

• Combinations are going to (eventually) be important for all PTCL players

Selected KOL quotes on PTX-100 in r/r TCL



Moving ahead
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Challenges

• Recruitment challenges in a rare disease, but looking to 

expand to multiple sites in next study

• 5 day I.V. dosing schedule is demanding on patients

• Any changes to formulation will only be investigated 

after an approval of the initial formulation (or an 

unequivocal efficacy signal in Ph2)

• MANUFACTURING IS EVERYTHING!

• GMP manufacturing and documentation for drug 
product to registration standard is on much more 

stringent level than Phase 1!!!

• PTX bolstering capabilities in this area

• A changing regulatory environment creates uncertainty 

about Phase 2 trial design and potential for registration 
study & requires careful liaison with KOLs and 

regulator(s)

Going forward

• Manufacturing underway (current)

• Quality systems & controls (current, ongoing)

• Liaison with global KOLs (Q4 2023/Q1 2024)

• Protocol drafting (current)

• FDA meeting (Q1/Q2 2024)

• Manufacturing completion and drug delivery (2Q 

2024)

• Phase 2 trial open (~mid 2024)

• Expansion to US sites (2H 2024)

PTX-100 challenges and path forward
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PTX-100 Phase 2 variables for consideration

Variable Considerations for PTX

Disease
• PTCL, CTCL or both?  Different diseases with diversity of characteristics; needs and endpoints.  Do both 

simultaneously, or lead in with one, then add an arm?  

Doses & 

Schedule

• Activity seen at all doses, but most information at 2000mg/m2. FDA’s Project Optimus guidelines, (which 

seeks to identify the lowest active dose) will almost certainly require at least 2 dose levels per group in 

the next study, which increases no. of patients required (and therefore timing and costs)

Design

• Two-stage study with interim go/no-go could reduce expenditure commitment for PTX if early hurdles are 

not met.  This is current preferred option.  Ideally n≈120.  Aust and US sites.

• Cross-over arms could be another way of exploring what line of therapy PTX-100 is best suited for, but

could increase the no. of patients required and may compromise long-term endpoints.

Control arm

• A comparative study using approved drugs as controls.  Increases the size and cost of the study, and 

perhaps the hurdle.  However, the resultant data would be compelling for the regulators and clinicians, 

and potential corporate partners.  Another factor is availability of each comparator drug in different 

territories (not all drugs are approved everywhere).  

Registration 

study?

• It is PTX’s aspirations for the Ph2 to be a registration study. If allowed by FDA, this would be highly 

significant, as this single study could lead to an approval.  Would open pathways for rapid 

commercialisation. However, an additional confirmatory study upon approval is still required.  PTX may 

be the only ASX company with a drug in a registration study. 

• If not allowed, then a “regular” Phase 2 trial would still be a great outcome for PTX!  It would require a 

subsequent study, as per conventional drug development pathways.  

• Importantly, either pathway enables PTX to advance towards the goal of an approval.
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• PTX is on the verge of a major inflexion point with the start of a Phase 2 study for PTX-100

• Biggest catalyst in company’s history, and the culmination of years of work

• Potential for the Phase 2 trial to be a registration study (i.e. the study required to get a drug 

into the market*)

• Could accelerate clinical development 

• Greatly truncate the time and money required to approve PTX-100

• PTX could be the only ASX-listed biotech company with a drug in a registration study next year

• Orphan Drug Designation from FDA protects PTX-100 for 7 years post approval

What does PTX-100’s progress mean for PTX?

* Subject to trial meeting or exceeding endpoints required by regulatory body



PTX is entering a new stage

26



Summary
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Major catalysts to work towards next year
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Q1 2024 Q2 2024 Q4 2024Q3 2024

Ph 1b data 

presented 

at ASH

FDA meeting 

on Ph 2 trial 

Manuf. 

completion & 

drug delivery 

Phase 2 

trial open 

Expansion to US sites 

Neoadjuvant testing 

of CP-A (preclin)

Regulatory packages complete

Seek adoption of CellPryme and low-cost leverage into clinical trials (ongoing)

Pre-clinical platform development of OmniCAR (ongoing) 

Build awareness of PTX programs; business development and opportunistic value creation (ongoing)

go/no go

PTX-100

Testing CellPryme in other cell types to bolster IP position (ongoing)

KOL feedback on Ph 2  

& protocol design

CellPryme

OmniCAR

Other

Prescient will continue to progress the development of programs across its pipeline.  Some notable catalysts to 

work towards include, but are not limited to:

PTX-200
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Encouraging Ph1b data in TCL 
• Exceeding SoC expectations in an area of unmet need
Aiming for Ph2 registration trial in 2024

Lower risk exposure to cell therapy 
• Improve existing and emerging cell therapies
• Agnostic on cell type and targets

3 Key Messages

Well capitalised to deliver on milestones

PTX-1001

2

~$19M cash3



Thank you!

ASX code: PTX

www.ptxtherapeutics.com


	Slide 1
	Slide 2
	Slide 3
	Slide 4
	Slide 5
	Slide 6
	Slide 7
	Slide 8
	Slide 9
	Slide 10
	Slide 11
	Slide 12
	Slide 13
	Slide 14
	Slide 15
	Slide 16
	Slide 17
	Slide 18
	Slide 19
	Slide 20
	Slide 21
	Slide 22
	Slide 23
	Slide 24
	Slide 25
	Slide 26
	Slide 27
	Slide 28
	Slide 29
	Slide 30

