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Forward-looking statements

This presentation may contain forward-looking statements. Forward-looking statements are statements of future expectations that are 
based on management’s current expectations and assumptions and involve known and unknown risks and uncertainties that could cause 
actual results, performance, or events to differ materially from those expressed or implied in these statements. These forward-looking 
statements are identified by their use of terms and phrases such as “aim”, “ambition”, ‘‘anticipate’’, ‘‘believe’’, ‘‘could’’, ‘‘estimate’’, 
‘‘expect’’, ‘‘goals’’, ‘‘intend’’, ‘‘may’’, “milestones”, ‘‘objectives’’, ‘‘outlook’’, ‘‘plan’’, ‘‘probably’’, ‘‘project’’, ‘‘risks’’, “schedule”, ‘‘seek’’, 
‘‘should’’, ‘‘target’’, ‘‘will’’ and similar terms and phrases. Examples of forward-looking statements may include statements with respect to 
timing and progress of Pharming's preclinical studies and clinical trials of its product candidates, Pharming's clinical and commercial 
prospects, and Pharming's expectations regarding its projected working capital requirements and cash resources, which statements are 
subject to a number of risks, uncertainties and assumptions, including, but not limited to the scope, progress and expansion of Pharming's 
clinical trials and ramifications for the cost thereof; and clinical, scientific, regulatory, commercial, competitive and technical developments. 
In light of these risks and uncertainties, and other risks and uncertainties that are described in Pharming's 2024 Annual Report and the 
Annual Report on Form 20-F for the year ended December 31, 2024, filed with the U.S. Securities and Exchange Commission, the events and 
circumstances discussed in such forward-looking statements may not occur, and Pharming's actual results could differ materially and 
adversely from those anticipated or implied thereby. All forward-looking statements contained in this presentation are expressly qualified 
in their entirety by the cautionary statements contained or referred to in this section. Readers should not place undue reliance on forward-
looking statements. Any forward-looking statements speak only as of the date of this presentation and are based on information available 
to Pharming as of the date of this presentation. Pharming does not undertake any obligation to publicly update or revise any forward-
looking statement as a result of new information, future events or other information.
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Adjusted (Non-GAAP) 
Operating profit (loss)*

2Q 2024 2Q 2025

• Total revenues up 26% 

• Meaningful operating profit and cash generated from 
operations

• Continued double-digit RUCONEST® revenue growth

• Double-digit Joenja® revenue growth with
accelerating patient uptake

• Raising 2025 revenue guidance to US$335-350 million

5
* Adjusted operating profit for 2Q 2025 excludes US$2.1 million of non-recurring Abliva acquisition-related expenses.

Strong second quarter 2025 performance 
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Commercial
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Unique combination of commercial and pipeline assets 
poised to deliver strong value creation

RUCONEST®
> $290 million TTM revenue

Joenja® for APDS
Significant near-term catalysts
Up to 100x current prevalence

PID / CVID
Phase II trials

HAE

PMD KL1333
Registrational Phase II trial

Pipeline

PIDs
with immune 
dysregulation

> $1B 
revenue 
potential

> $1B 
revenue 
potential
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Vision for the future

Develop a leading global rare disease company                               

with a diverse portfolio and presence in large markets, 

leveraging proven and efficient clinical development,

supply chain, and commercial infrastructure



Stephen Toor
Chief Commercial Officer

Commercial update

CCO
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RUCONEST® U.S. new prescribers

RUCONEST® strong growth continues in acute HAE market
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• Strong U.S. in-market 
demand in 2Q 2025

₋ Continuing to add 
prescribers and patients

₋ New patient enrollments 
remain high (~90)

• Continued robust U.S. 
volume growth

₋ +27% in 2Q25

₋ +31% in 1H25
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Type 1, Type 2, and Normal C1-INH HAE patients 
rely on RUCONEST

97% attacks treated with just 1 dose1

93% acute attacks stopped for at least 3 days2

RUCONEST® mostly used by patients experiencing 
more severe/frequent attacks

RUCONEST® unique value proposition and positioning

10

Time of taking 
RUCONEST

4 hours after 24 hours after

References: 1. RUCONEST®. Prescribing information. Pharming Healthcare Inc; 2020. 2. Bernstein JA, et al. Ann Allergy Asthma Immunol. 2017;118(4):452-453. 3. Data on file. Pharming Healthcare Inc; 2019
The most common adverse reactions (incidence ≥2%) were headache, nausea and diarrhea. The most serious adverse reaction reported in clinical trials was anaphylaxis.
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Joenja® revenues
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US patients on Joenja®

Joenja® acceleration in patient growth in 12y+ APDS
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• Acceleration in APDS patients 
on therapy

₋ 114 U.S. patients
(+25% vs 2Q24)

₋ 1H25 increase exceeded
total for 2024

• Launched in the U.K. in April 

• Additional 185 APDS patients 
globally in access programs
and clinical studies
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Joenja® near-term growth catalysts – APDS 

• >1400 patients in the US with 
VUS results

• June 2025 publication in Cell 
supports functional 
classification of >100 variants

• 20% patients could ultimately 
be diagnosed with APDS

Reclassification of 
VUS* patients 2H25

• 4-11 years pediatric filing in 
the US (3Q25)

• Approval expected in 1H26

• > 50 US pediatric patients, 
many already on drug

Pediatric                                         
label expansion 1H26

• Launched and reimbursed in 
the UK

• Japan NDA filing for ages 4+ 
in June 2025 

• Japan, EU and Canada 
approvals expected in 2026

• 150 APDS patients in access 
programs and clinical studies

Geographic                           
Expansion ongoing

*Variant of Uncertain Significance (VUS) Inconclusive results due to limited data on variant pathogenicity
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Joenja® (leniolisib) lifecycle to realize $1Bn+ sales potential

*Initial estimate of APDS prevalence is ~1.5 patients / million.  257 patients, approximately 25% of whom are pediatric, currently identified in the U.S. out of ~500 total. 
971 patients, approximately 33% of whom are pediatric, currently identified globally. (Data as of June 30, 2025)

CVID with immune 
dysregulation

>13,000 U.S. patients 
(PID/CVID)

APDS*

~500 U.S. patient prevalence
+

VUS patient reclassifications

Up to 100x prevalence 
expansion

PIDs with immune 
dysregulation linked
to PI3Kδ signaling

>2,500 U.S. patients

New indications in Phase II POC trialsCommercial

U.S. patient numbers used to illustrate estimated prevalence



Anurag Relan, MD
Chief Medical Officer

R&D update

CMO
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Study uncovered >100 new variants leading to PI3Kδ hyperactivity 
(GOF variants)

Leniolisib restored / improved PI3Kδ signaling defects and immune 
abnormalities caused by GOF variants

Newly published study expands characterization of APDS

Data suggests that VUS patients with these GOF 
variants should be reclassified as APDS

Genetic test labs will utilize data to independently 
re-assess VUSs and reclassify patients to APDS*

Expand studies to functionally evaluate the 
remainder of all possible variants in APDS genes

Frequency of new GOF variants in population databases is 
significantly higher than current understanding of APDS

Study concludes that APDS may be up to 100x more 
prevalent than previously estimated with broader clinical 
features

Population-based studies planned to refine the genetic 
prevalence and clinical manifestations of APDS using 
biobanks

* Over 1,400 known U.S. patients with a variant of uncertain significance, or VUS, in the PIK3CD and 
PIK3R1 genes implicated in APDS



Ongoing regulatory progress and pipeline execution
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Japan NDA filed for adult and pediatric patients 4 years of age and older (June)

FDA filing for pediatric label expansion for children aged 4 to 11 years (3Q)APDS

Genetic PID/CVID Phase II POC trials on track for 2026 read-outs
PIDs

with immune 
dysregulation

KL1333 pivotal trial – new sites activated, first patients dosed,
on track for 2027 read-outPMD
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Diverse rare disease portfolio and pipeline



Fabrice Chouraqui
Chief Executive Officer

Financials and 
outlook

CEO
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Financial highlights: 2Q 2025 vs 2Q 2024

66.1

84.2

2Q 2024 2Q 2025

A
m

o
u

n
ts

 in
 U

S$
 m

ill
io

n

Gross profit

21.6 23.7

15.6 20.5

32.9
31.0

2Q 2024 2Q 2025

A
m

o
u

n
ts

 in
 U

S$
 m

ill
io

n

OpEx development*

R&D G&A M&S

70.1 75.2

(3.1)

12.9 

A
m

o
u

n
ts

 in
 U

S$
 m

ill
io

n

Adjusted (Non-GAAP) 
Operating profit (loss)*

(1.2)

4.6 
A

m
o

u
n

ts
 in

 U
S$

 m
ill

io
n

Net profit (loss)

108.9
130.8

March 31, 2025 June 30, 2025

A
m

o
u

n
ts

 in
 U

S$
 m

ill
io

n

Overall cash and 
marketable securities

74.1

93.2

2Q 2024 2Q 2025

* Adjusted operating profit for 2Q 2025 excludes US$2.1 million of non-recurring Abliva acquisition-related expenses (US$1.9 million in G&A, $0.2 million in R&D).

2Q 2024 2Q 2025
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Operating profit (loss)*

* Adjusted operating profit for 1H 2025 excludes US$9.9 million of non-recurring Abliva acquisition-related expenses (US$7.6 million in G&A, $2.3 million in R&D). 
** Decrease in cash primarily driven by purchases of Abliva shares totaling US$66.1 million and non-recurring Abliva acquisition-related expenses totaling US$9.9 million.
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Financial highlights: 1H 2025 vs 1H 2024​
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2025 financial guidance and long-term capital outlook

FY 2025 Guidance Notes

Total Revenues US$335 - 350 million 13 - 18% growth

Operating Expenses US$304 - 308 million
Assumes constant currency, 

Includes $10.2 million non-recurring Abliva-
related transaction and integration expenses

Revenue and operating expenses:

RUCONEST® well positioned to provide continued strong cash flows

Available cash and future cash flows expected to cover current pipeline and pre-launch costs



Building a leading global rare disease biopharma company
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Strong RUCONEST® 
growth and acceleration 
of Joenja® patient 
uptake. 

2Q25 revenues +26% 
1H25 revenues +33%

Achieved operating 
profit

Strong start to 
2025

Raising revenue 
guidance to 
US$335 - 350M

Updated 
2025 guidance

Joenja® (leniolisib) for 
PIDs/CVID with 
immune dysregulation

KL1333 for mtDNA 
mitochondrial disease

High value 
pipeline

Joenja® for APDS:
VUSs, pediatric label, 
geo expansion 
(2025-26)

Higher APDS prevalence 

Leniolisib PIDs/CVID
PhII readouts (2026)

KL1333 pivotal study 
readout (2027)

Significant 
catalysts
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Statement of profit and loss
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Balance sheet – assets
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Balance sheet – liabilities
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Cash flow (1/2)
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Cash flow (2/2)
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