
FDA APPROVAL OF BRONCHITOL TRANSFORMS 

CASH AND OPERATIONS

BREAKTHROUGH CLINICAL 

PROGRAM IN MYELOFIBROSIS

Investor Presentation | 10 November 2020

Gary Phillips CEO

developing breakthrough treatments for fibrosis and inflammation



2

This document contains forward-looking statements, including
statementsconcerningtƘŀǊƳŀȄƛǎΩfuture financial position, plans, and
the potential of its productsandproductcandidates,whichare basedon
informationandassumptionsavailableto Pharmaxisasof the dateof this
document. Actual results, performance or achievements could be
significantly different from those expressedin, or implied by, these
forward-looking statements. All statements,other than statements of
historicalfacts,areforward-lookingstatements.

Theseforward-looking statementsare not guaranteesor predictionsof
future results, levelsof performance,and involve known and unknown
risks, uncertaintiesand other factors, many of which are beyond our
control, and which may causeactual results to differ materially from
those expressedin the statements contained in this document. For
example, despite our efforts there is no certainty that we will be
successfulin developingor partneringanyof the productsin our pipeline
on commerciallyacceptableterms, in a timely fashionor at all. Exceptas
required by law we undertake no obligation to update these forward-
looking statements as a result of new information, future events or
otherwise.

Forward looking statement



3

Executive Summary

FDA approves Bronchitolfor adult Cystic 
Fibrosis patients triggering approval and 
launch milestones totaling US$10m

Access to large US market transformative
with mannitol business cash flow 
positive from FY 2021 onwards

Cash position strengthened* and 
increased sales providecash runway to 
H2 2022with potential cost savings and 
further opportunities to extend 

*Sept 20 proforma cash balance of A$29m 

Breakthrough clinical program launched for 
PXS-5505 with disease modifying potential in 

Myelofibrosis. Phase 2 trial funded to 
conclusion, begins Q1 2021

Global scientific and clinical 
collaborations to extend value of PXS-

5505 into other myeloproliferative 
diseases and cancer indications

Best in class LOXL2 inhibitor in partnering discussions for 
entry into phase 2 trials for chronic fibrotic disease

Strong pipeline of assets supported 
by funding and collaborationswith industry, 

government and academia 
until commercial opportunity is clear

Transformative impact of FDA approval on Pharmaxisoperations
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Significant experience in drug development, commercialisation and partnering

Gary Phillips ςCEO and Managing Director
Á more than 30 years of operational management experience in the 

pharmaceutical and healthcare industry in Europe, Asia and Australia

Á joined Pharmaxis in 2003 and was appointed Chief Executive Officer 
in March 2013 at which time he was Chief Operating Officer

Á previously held country and regional management roles at Novartis ς
Hungary, Asia Pacific and Australia

Wolfgang Jarolimek ςDrug Discovery
Á ƳƻǊŜ ǘƘŀƴ нл ȅŜŀǊǎΩ ŜȄǇŜǊƛŜƴŎŜ ƛƴ ǇƘŀǊƳŀŎŜǳǘƛŎŀƭ ŘǊǳƎ ŘƛǎŎƻǾŜǊȅ ŀƴŘ ǇǳōƭƛǎƘŜŘ 

more than 30 peer reviewed articles

Á previously Director of Assay Development and Compound Profiling at the 
GlaxoSmithKline Centre of Excellence in Drug Discovery in Verona, Italy

Á spent 8 years as post-doc at the Max-Plank Institute in Munich, Germany; Baylor 
College of Medicine, Houston, Texas; RammelkampCentre, Cleveland Ohio; and 
University of Heidelberg, Germany

Dieter Hamprecht ςHead of Chemistry
Á more than 20 years experience with small molecule and peptide 

experience, contributed to greater than 10 drug candidates brought to 
development and co-inventor of 50 patent families, co-author of 30+ 
scientific publications

Á previously Managing Director ς.ƻŜƘǊƛƴƎŜǊ LƴƎŜƭƘŜƛƳΩǎ ǊŜǎŜŀǊŎƘ ƎǊƻǳǇ ƛƴ 
Milan

Á senior medicinal chemistry positions at GSK

Kathleen Metters ςNon Executive Director
Á former Senior Vice President and Head of Worldwide Basic Research for Merck 

ϧ /ƻΦ ǿƛǘƘ ƻǾŜǊǎƛƎƘǘ ƻŦ ŀƭƭ ǘƘŜ ŎƻƳǇŀƴȅΩǎ Ǝƭƻōŀƭ ǊŜǎŜŀǊŎƘ ǇǊƻƧŜŎǘǎΦ 

Á in a subsequent role at Merck &Co she led work on External Discovery and 
Preclinical Sciences

Á former CEO of biopharmaceutical company LyceraCorp

Brett Charlton - Medical
Á more than 25 years experience in clinical trial design and management

Á author of more than 80 scientific papers 

Á founding Medical Director of the National Health Sciences Centre 

Á previously held various positions with the Australian National 
University, Stanford University, the Baxter Centre for Medical 
Research, Royal Melbourne Hospital, and the Walter and Eliza Hall 
Institute

Read more on the Pharmaxis website

Experienced Scientific Leadership Team

Neil Graham ςNon Executive Director
Á former VP of immunology and inflammation responsible for strategic 

program direction overseeing pipeline development and clinical 
programs at Regeneron (REGN:US)

Á former SVP program and portfolio management at Vertex 
Pharmaceuticals

Á former Chief Medical Officer at TrimerisIncand TibotecPharmaceuticals

On the boardIn senior management

http://www.pharmaxis.com.au/
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FDA approval as άadd-on maintenance 
therapy to improve pulmonary 
function in adult patients 18 years of 
age and older with cystic ŦƛōǊƻǎƛǎέ

US Marketing Authorisation granted on 30 October, 2020

FDA approves Bronchitol for Cystic Fibrosis

ChiesiUS License 

ÅChiesiapproval /launch milestone 
payments US$10m 

ÅUS sales commence in H1 CY 2021

ÅHigh teens royalty + long term 
supply contract - ~20% of Chiesi US 
Bronchitol net sales flow directly to 
the Pharmaxis bottom line

ÅThree sales milestones totaling 
US$15m payable on achieving 
annual sales thresholds 

US CF market >65% of global market

Å US market doubles global cystic 
fibrosis patient opportunity 
with attractive pricing



6ϝ άCǳǘǳǊŜέ ǇŜǊƛƻŘ ƛǎ ŦƻǊ ƛƭƭǳǎǘǊŀǘƛǾŜ ǇǳǊǇƻǎŜǎ ƻƴƭȅΦ  

Mannitol business (Bronchitol® and Aridol®) cash flow positive from FY 2021 onwards*

Transformational impact of FDA Bronchitol approval
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ÁMannitol sales forecast to double by FY 
2022 with Bronchitol> 75% of sales

ÁStrong longer term growth contribution 
from US

ÁGrowth in Ex-US markets including Russia 

ÁNew markets egBrazil

ÁRelatively fixed production cost base

ÁPotential for simplified business model 
to reduce costs

ÁPositive EBITDA from FY 2021 onwards 
(before potential cost savings)

ÁUS volumes enable mannitol segment 
to generate profit
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Å Sept 20 proforma cash balance of A$29m

Å Cash Sept 2020: A$15m 
(includes $5m R&D tax credit received Oct 2020)

Å Chiesi milestone payments ~A$14m 
(US approval US$7m and launch stock US$3m)

Å Mannitol business to go from cash burn (FY 20: A$4m) to
cash flow positive from FY 21 onwards (FY 26: A$10m+) 

Å Further opportunities to extend cash runway

Å Mannitol potential cost savings

Å Distribution license fees from additional Aridoland 
Bronchitolterritories

Å Pipeline supported by grants and R&D tax credit (~A$5m 2020)

Å Partnering deals with pipeline assets (egLOXL2)

1. Proformacash usage is the total of segment EBITDA (mannitol business, new drug 
discovery and corporate), finance lease payments, capex and financing agreement 
payments. Refer financial slides for further detail.

Mannitol makes a 
positive cash 

contribution from 
FY 21 onwards

Year 2019 2020 From 2021 E

EBITDA
(A$m)*

($5.0) ($4.0)
Cash Flow
Positive

*Mannitol segment EBITDA only

Further opportunities to extend cash runway ahead

Strengthened cash position
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Pipeline opportunities 

in fibrosis and inflammation

Breakthrough clinical program in 

myelofibrosis prioritised into phase 2
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Novel anti fibrotic approach with broad applications in difficult to treat cancers

First in class PXS - 5505 fast tracked into the clinic

Myelofibrosis: Orphan 
Disease with high 
unmet need forecast to 
exceed US$1b

ωDrug with disease modifying 
potential patented 2018

ωLong term tox and phase 1 
studies completed 1H 2020

ωFDA orphan status granted July 
2020

ωIND approved August 2020

ωFully funded phase 1/2a proof of 
concept myelofibrosis study 
starts Q1 21 

Adjunct to best standard of 
care in multiple cancers

ωPan-LOX inhibition synergistic 
with current standard of care 
and pharma development 
pipeline in many stromal cancers

ωAcademic and clinical interest to 
explore independent grant 
funded studies; eg
Myeloproliferative disorders, 
liver carcinoma, pancreatic 
cancer, etc

ωInternational studies facilitated 
by IND approval and availability 
of drug product 
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Primary Myelofibrosis is caused by a build up of scar 
tissue (fibrosis) in bone marrow reducing the 
production of blood cells:

Å Driven by clonal mutations of a hematopoietic stem cell 
(JAK, MPL, CALR genes)

Å Reduced red blood cells can cause extreme tiredness 
(fatigue) or shortness of breath

Å Reduced white blood cells can lead to an increased number 
of infections

Å Reduced platelets can promote bleeding and/or bruising

Å Spleen increases blood cell production and becomes 
enlarged

Å Other common symptoms include fever, night sweats, and 
bone pain 

Standard of Care; JAK inhibition
Å Symptomatic relief plus some limited survival 

improvement.  75% discontinuation at 5 years

Å Median overall survival is 14 ς16 months after 
discontinuation

A rare type of bone marrow cancer that disrupts your body's normal production of blood cells

Myelofibrosis background

Affects 1 in 500,000 
people worldwide

11% transformation 
to leukemia

Age of onset 
50 ς80

5 Years Median 
survival

KEY FACTS
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άW!Y ƛƴƘƛōƛǘƛƻƴ ŀƭƻƴŜ ƛǎ ƛƴǎǳŦŦƛŎƛŜƴǘ ŦƻǊ ƭƻƴƎ-term remission 
ŀƴŘ ƻŦŦŜǊǎ ƳƻŘŜǎǘΣ ƛŦ ŀƴȅΣ ŘƛǎŜŀǎŜ ƳƻŘƛŦȅƛƴƎ ŜŦŦŜŎǘǎέϝ

Myelofibrosis ï unmet need

Jakafi/ Ruxolitinibς(Incyte / Novartis)
Å Tolerability: anemia, thrombocytopenia and neutropenia common. 
Å Long term discontinuation of 75% of patients after 5 years; adverse 

events (25%) and loss of response (25%)

Inrebic/ Fedratinibς(Celgene/Impact)
Å second line after ruxolitinib failure or first line 

in ruxolitinib-ineligible
Å Anemia and thrombocytopenia common
Å Gastrointestinal toxicities very common

In development
Å Momelotinib in phase 3 (Sierra/Gilead)
Å Pacritinibin phase 2 (CTI BioPharma) 

άΧǘƘŜǊŜ ƛǎ ƎǊŜŀǘ ƛƴǘŜǊŜǎǘ ƛƴ ƛŘŜƴǘƛŦȅƛƴƎ ƳŜŎƘŀƴƛǎƳǎ ǘƘŀǘ ŎƻƻǇŜǊŀǘŜ ǿƛǘƘ W!Y-STAT signaling to 
ǇǊŜŘƛŎǘ ŘƛǎŜŀǎŜ ǇǊƻƎǊŜǎǎƛƻƴ ŀƴŘ Ǌŀǘƛƻƴŀƭƭȅ ƎǳƛŘŜ ǘƘŜ ŘŜǾŜƭƻǇƳŜƴǘ ƻŦ ƴƻǾŜƭ ǘƘŜǊŀǇƛŜǎέϝ
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Unique mechanism of action 
targeting the extracellular matrix

Disease modifying 
potential

Efficacy on top of 
existing standard of care -

AND development pipeline drugs

ά{ǇŜŎƛŦƛŎ ǘŀǊƎŜǘƛƴƎ ƻŦ 9/a ŘȅǎǊŜƎǳƭŀǘƛƻƴ ǘƻ ǇǊŜǾŜƴǘ ŀƴŘ 
diminish MF may prove the frontline of research and therapy 
development in PMF with the greatest promise of relieving 
ǎȅƳǇǘƻƳǎ ŀƴŘ ŜȄǘŜƴŘƛƴƎ ƭƛŦŜ ŜȄǇŜŎǘŀƴŎȅ ƻŦ ǇŀǘƛŜƴǘǎέ

Blood Cancer Journal (2017) 7, e525; doi:10.1038/bcj.2017.6

Disease modifying potential as monotherapy and on top of standard of care

Mode of action in MF


