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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 2025 Annual Report and the 
Annual Report on Form 20-F for the year ended December 31, 2025, 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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• RUCONEST® revenue -15% largely due to anticipated 
inventory drawdowns and planned non-US markets exit

• Joenja® key growth driver – strong momentum in the U.S. 
and internationally, with 34% revenue growth. On track 
for U.S. pediatric label expansion and launches in Japan 
and Europe in 2026

• Disciplined cost management helped sustain positive cash 
flow from operations in the quarter (+US$2 million)

• Reaffirmed 2026 total revenue guidance
US$405 - 425 million (8% to 13% growth)

First quarter 2026 financial and business update
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Joenja® momentum

 25% increase in U.S. patients

 Japan approval (4-11s)

 CHMP positive opinion (EU)

 Resubmitted PED sNDA (U.S.)

68.6 58.4
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Commercial
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Combination of commercial and pipeline assets poised
to deliver strong value creation 

leniolisib for PIDs / CVID

Phase II trials

HAE

PMD

napazimone (KL1333) for mtDNA 
mitochondrial disease
Registrational Phase II trial

Positive interim analysis

Pipeline

PIDs
with immune 
dysregulation

> $1B 
revenue 
potential

> $1B 
revenue 
potential

RUCONEST®
(recombinant C1 esterase inhibitor)

Differentiated value proposition
Highly specific manufacturing process

Joenja® (leniolisib) for APDS
Significant near-term catalysts
Up to 100x current prevalence1

*These product candidates are under investigation, and their safety and efficacy have not been established. There is no guarantee that these products will receive health authority approval or become commercially available for 
the uses being investigated
HAE: Hereditary Angioedema, PIDs: Primary Immunodeficiencies, PMD: Primary Mitochondrial Disease, CVID: Common Variable Immunodeficiency
1. Walsh et al., Scalable generation and functional classification of genetic variants in inborn errors of immunity to accelerate clinical diagnosis and treatment, Cell (2025), https://doi.org/10.1016/j.cell.2025.05.037
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RUCONEST® U.S. new prescribers

RUCONEST® Q1 update – anticipated revenue variability

8

• Revenue -15% primarily due to

➢ Anticipated inventory 
drawdowns (-8%)

➢ Planned exit ex-U.S. (-3%)

• Continued growth drivers

➢ New prescriber additions

➢ ~50 new patient enrollments

• Limited patient interest in trialing 
or switching to other therapies, 
many returning

68.6

58.4

1Q 2025 1Q 2026
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97%
One and Done: 97% of acute 
attacks needed just one dose
of RUCONEST®1

93%
Relief That Lasts: Stopped 93%
of attacks for at least 3 days2

85%
Confident Self-Administration: 
85% of patients were confident 
self-administering3

High Burden of HAE

Unpredictable, Potentially 
Life-Threatening Swelling

Symptoms progress to 
maximal severity over 

several hours

Up to 44% of some HAE 
treatments required more 

than one dose

High Burden of HAE

RUCONEST® - a cornerstone on-demand treatment for
high burden HAE patients

Time of taking RUCONEST®

4 hrs after

24 hrs 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.

Overwhelming majority of RUCONEST® patients remain on therapy nine months 
into oral competitor launch with continued acquisition of new patients
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Joenja® revenue (global)
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U.S. patients on Joenja®

Joenja® Q1 update – strong double-digit growth in 12y+ APDS
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• Strong YoY increase in APDS 
patients on therapy in the US

➢ 127 patients (+25% vs 1Q25)

• Identifying APDS patients at pace

• Strong international growth

• U.S. pediatrics, Japan and Europe 
launches expected to contribute
to further 2026 growth

10.5

14.1
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1. Established APDS 
Commercial Base

•127 APDS Patients on 
Therapy (U.S.)

•Increasing diagnosis

2. U.S. APDS 
Expansion

•Pediatric (4-11 yrs) launch

•VUS reclassification (upside 
to >500 pts prevalence) 

3. International 
APDS Expansion

•Focused geo-expansion that 
doubles addressable 
opportunity

4. Broad PIDs/CVID 
Opportunity

•Genetic PIDs with immune 
dysregulation 
(>2,500 U.S. patients)

•CVID with immune 
dysregulation 
(>13,000 U.S. patients) Sequential 

Growth Drivers
to Blockbuster 

Potential
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Joenja® expansion from APDS foundation into broad 
blockbuster immunology opportunity

Japan approval

Positive CHMP
opinion

Pediatric 
resubmission

CVID Clinical 
Experience

*Based on APDS prevalence est. ~1.5 patients / million in U.S. and Core 8 ex-US markets. Patients identified: 282 patients in the U.S. (187 eligible 12+, 57 eligible 4-11), 1016 globally (as of March 31, 2026).

+25% growth 
Q1’26 vs ‘25



Anurag Relan, MD
Chief Medical Officer

R&D update
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Joenja® (leniolisib) in pediatrics – clear path forward with FDA

NDA for patients aged 4+

MAA for patients aged 12+

CRL received January 30, 2026, with two issues raised by FDA
• Clinical pharmacology
• Analytical batch testing methodology

  Type A meeting held March 26, 2026, including 2 APDS expert physicians

  Alignment on path, as confirmed by meeting minutes

  Resubmitted sNDA for highest doses (decision within 6 months or sooner)

 New sNDA for lowest doses (filing this summer)

Pediatric label expansion – sNDA for patients aged 4-11
U.S.
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CIS presentations highlight leniolisib compassionate use 
experience in CVID and additional insights in APDS

• Clinical Experience With Use of the PI3Kδ Inhibitor Leniolisib to Treat Immune Dysregulation in Patients With CVID and 
CVID-Like Disorders

• A Phase 2 Clinical Study of Leniolisib in Primary Immunodeficiencies With Enhanced PI3K Pathway Signaling: Study 
Design & Subject Baseline Characteristics

CIS 2026 Annual Meeting | May 6-9, 2026

• Interim Safety and Efficacy Outcomes of an Open-Label Long-Term Extension Study of Treatment With PI3Kδ Inhibitor 
Leniolisib in Pediatric Patients Aged 4-11 Years With Activated PI3Kδ Syndrome (APDS) 

• Pediatric and Adolescent Activated Phosphoinositide 3-kinase Delta Syndrome (APDS): Demographic and Clinical 
Findings from the APDS-Characterization and Clinical Outcomes Immunologic Registry (APDS-CHOIR)

• Caregiver- and Clinician-Reported Symptoms in Pediatric Patients With Activated Phosphoinositide 3-Kinase Delta 
Syndrome (APDS) Receiving Leniolisib 

• Symptom Changes in Pediatric Patients With Activated Phosphoinositide 3-Kinase Delta Syndrome (APDS) Receiving 
Leniolisib

• Use of Sirolimus and Immunoglobulin Replacement Therapy (IRT) In Patients With Activated Phosphoinositide 3-Kinase 
Delta Syndrome (APDS): A Systematic Literature Review (SLR)

• Caregivers of Children with APDS Balance Complex Medical Care, Family, and Work Responsibilities
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Leniolisib in PIDs/CVID
PI3Kẟ imbalance contributes to immune dysregulation

Lymphoproliferation

GI Disease

Autoimmunity

Pulmonary DiseaseCell proliferation 

p110δ

p85ɑ

AKT/PKB
FOXO

mTOR

PI3Kδ

Cell Differentiation 

Cell trafficking 

Apoptosis inhibition/survival

Cell Growth 

APDS
>500 U.S. patients

Genetic PIDs with immune 
dysregulation linked to PI3Kẟ

>2,500 U.S. patients

CVID with
immune dysregulation

>13,000 U.S. patients

Immune
dysregulation pathology

Shared pathology under
the influence of PI3K

PI3Kẟ is a master regulator of 
the immune system
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Leniolisib in PIDs/CVID
Fully enrolled Phase II studies, readouts 2H 2026

Objectives

Assess safety and tolerability
of leniolisib; confirm dosing strategy

Endpoints: AEs; PK/PD

Estimate clinical efficacy of leniolisib for immune 
dysregulation (lymphoproliferation and 
autoimmunity)

Endpoints: 
• Lymph node and spleen size
• Blood cell counts
• End-organ disease measures (lung, liver)
• Patient/clinician reported outcomes*
• Biomarker assessments (CXCL13, B-cell subsets, IFN)

*Custom PROs developed through structured discussions with clinical experts (n=4) and formal interview studies with CVID patients (n=20)

Two Phase II, dose range-finding studies
designed in similar manner:

• CVID with immune dysregulation: N=20
Single arm, open-label, multi-center study

• Genetic PIDs with immune dysregulation: 
N=12, Single arm, open-label, single center 
study at NIH

Patients from both studies able to rollover into 
single 3 year open-label extension (OLE) study

30mg 70mg10mg
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Leniolisib experience in CVID patients with immune dysregulation
Presented at CIS 2026 Annual Meeting     

• Six CVID/CVID-like patients with immune 
dysregulation received leniolisib via expanded
access for a median 1.4 yrs (0.5–2.5 yrs)

• Clinicians reported improvement across all 
manifestations shown, with no progression; 
immune profiles also improved (reduced
transitional & CD21lo B cells)

• Adverse events were generally manageable
and consistent with the disease severity

***Information summarized here is clinician-reported on an individual patient basis in the 
absence of any prospectively defined data collection strategy***

* Increase in leukocytes was reported in P4.
† Mild improvement observed via magnetic resonance elastography.
‡ Improvement based on stabilized transaminitis.
Ꞩ Pulmonary nodules resolved and dyspnea improved.
ǁ Improvement based on findings from imaging, lung volume & diffusion capacity.(Uzel et al. Clinical Immunology Society Annual Meeting Poster, May 6-9, 2026)
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RUCONEST Joenja
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Financial highlights: 1Q 2026 vs 1Q 2025

79.1
72.4

1Q 2025 1Q 2026
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Cash flow from operations

1Q 2025 1Q 20261Q 2025 1Q 2026

Strong Joenja® growth, total revenues of US$72.4M, -8% on RUCONEST® inventory drawdowns and non-U.S. exit.

Positive operating cash flow of US$2.0M, reflecting continued strong cost management and financial discipline.

Cash and marketable securities US$171.8M, down US$9.3M vs FY25 due to -US$12.3M for DSP lease termination.

* Adjusted operating profit for 1Q 2025 excludes US$7.8 million of non-recurring Abliva acquisition-related expenses.

*



Revenue and operating expenses (in constant currency):

Significant and accelerating Joenja® growth, and continued RUCONEST® growth.

Strong financial discipline, and prioritized investments to drive near- and long-term value creation.

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

2026 financial guidance and long-term capital outlook

FY 2026 Guidance Notes

Total Revenues US$405 - 425 million • 8 - 13% growth, with quarterly fluctuations

Operating Expenses US$330 - 335 million
• +US$60M R&D to advance pipeline
• -US$9M G&A structural cost reductions 

  (as announced in October 2025)
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Building momentum across commercial, financial and pipeline

Joenja® commercial and 
regulatory momentum

RUCONEST® revenue 
variability

Positive net cash flow 
from operations

Reaffirmed $405-425M
(+8-13%) 2026 revenue 
guidance

Q1 Financial 
Performance

Unlock Joenja® APDS 
growth catalysts

Reinforce Ruconest 
positioning for hard-to-
treat patients

Enhanced capital 
allocation to optimize 
growth

Strategic growth 
priorities

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

• Phase II readouts (2026)

Napazimone KL1333 for 
mtDNA mitochondrial 
disease

• Pivotal study readout 
(2027)

High value 
pipeline

Proven commercial and 
development capabilities

Growth-oriented 
leadership team 

Scalable organization

Building a leading rare 
disease company
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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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