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Forward-Looking Statements
This presentation contains forward-looking statements, including, but not limited to, statements related to Horizon Pharma's full-year
2017 net sales and adjusted EBITDA guidance, expected net sales growth of KRYSTEXXA, expected financial performance in future
periods, expected timing of clinical, regulatory and commercial events, including the Phase 3 clinical trial of teprotumumab and RECIPE
clinical trial of KRYSTEXXA, the planned expansion of the KRYSTEXXA commercial organization, the expected launch of RAVICTI in
Europe, the expected timing of an sNDA submission for RAVICTI, potential market opportunity for Horizon Pharma’s medicines in
approved and potential additional indications, potential growth of Horizon Pharma’s medicines and business and other statements that
are not historical facts. These forward-looking statements are based on Horizon Pharma's current expectations and inherently involve
significant risks and uncertainties. Actual results and the timing of events could differ materially from those anticipated in such
forward-looking statements as a result of these risks and uncertainties, which include, without limitation, risks that Horizon Pharma’s
actual future financial and operating results may differ from its expectations or goals; Horizon Pharma’s ability to grow net sales from
existing products; the availability of coverage and adequate reimbursement and pricing from government and third-party payers and
risks relating to Horizon Pharma’s ability to successfully implement its business strategies; whether Horizon Pharma is able to realize
expected benefits from arrangements with PBMs; risks related to acquisition integration and achieving projected benefits; risks
associated with clinical development and regulatory approvals; risks in the ability to recruit, train and retain qualified personnel;
competition, including potential generic competition; the ability to protect intellectual property and defend patents; regulatory
obligations and oversight, including any changes in the legal and regulatory environment in which Horizon Pharma operates and those
risks detailed from time-to-time under the caption "Risk Factors" and elsewhere in Horizon Pharma's filings and reports with the SEC.
Horizon Pharma undertakes no duty or obligation to update any forward-looking statements contained in this presentation as a result
of new information.
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Horizon Pharma Today
Well Positioned for Sustainable High Growth
Improving patients’ lives by identifying, developing, acquiring and
commercializing differentiated and accessible medicines that address
unmet medical needs
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•

Diverse portfolio of high-growth rare disease medicines

•

Building a pipeline to generate long-term value

•

Proven acquisition capabilities, with expertise in identifying pipeline and on-market
medicine opportunities

•

Differentiated and successful strategy that optimizes our medicines’ growth
trajectories through strong commercial execution and collaborative research

•

Highly experienced management team

•

Strong balance sheet that provides flexibility for strategic opportunities
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Third-Quarter 2017 Summary
• Recent Highlights
• Third-Quarter 2017 Financial Results and Full-Year 2017 Guidance
• Third-Quarter 2017 Business Unit Net Sales Results
• Clinical Development Program Update
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Recent Company Highlights
Advanced our strategy to expand our rare disease business, drive commercial
execution and build a development stage portfolio
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•

Generated 65 percent third-quarter net sales growth in our rare disease medicines, which
represented 59 percent of total sales

•

Generated strong third-quarter non-GAAP operating cash flow of $83.5 million

•

Increasing FY 2017 net sales range and increasing lower end of adjusted EBITDA guidance range

•

Announced enrollment in the teprotumumab Phase 3 clinical trial evaluating the biologic for
thyroid eye disease, ahead of schedule

•

Expect KRYSTEXXA® net sales year-over-year growth to exceed 50 percent in 2018

•

Presented data on KRYSTEXXA at the 2017 American College of Rheumatology (ACR) meeting,
expanding awareness of KRYSTEXXA as an important treatment option for patients with
uncontrolled gout(1)

•

Presented data on KRYSTEXXA and PROCYSBI® at the 2017 American Society of Nephrology (ASN)
meeting

•

Launched PROCYSBI in Canada, the only cystine-depleting medicine approved in Canada for
nephropathic cystinosis
Confidential
Information – Horizon
Pharma plc
(1) Uncontrolled gout is defined as chronic gout refractory (unresponsive)
to conventional
therapies.

We Have Purposefully and Rapidly Transitioned to a Rare
Disease Medicines Company
Continue the evolution to
generate long-term value
 Commercial execution
 Build development-stage
pipeline through M&A
Teprotumumab

HZNP
Initial
Public
Offering

July
2011
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Developed a highly
successful commercial
business, generating
attractive growth and
cash flows to support
M&A and growth
initiatives

2011 2014

Built a stable base
of rare disease
growth assets

Added high-growth
on-market and
pipeline rare
disease medicines

2016 2017
2014 2016
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 Prioritize pipeline assets
in addition to on-market
assets

2017+

Horizon Pharma’s Portfolio Then and Now
Rapid Transition to Rare Disease Medicines Focused Company
Rare disease medicines for the first nine months represented 59 percent of net sales
2013

First Nine Months 2017

(Net Sales By Product)

2 Medicines

(Net Sales By Product)

11 Medicines; 6 for Rare Diseases

(1)
(1)

(1) PROCYSBI and QUINSAIR were acquired on Oct. 25, 2016. Horizon Pharma divested the marketing rights to PROCSYBI and QUINSAIR in Europe, the Middle East and Africa on
June 23, 2017. Horizon Pharma retains marketing rights for the two medicines in the U.S., Canada, Latin America and Asia. QUINSAIR is not approved in the United States.
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Orphan & Rheumatology Driving Significant Growth
Horizon Pharma Net Sales Progression
($ in millions)
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Orphan and Rheumatology(1)

Primary Care(2)

(1) The Orphan & Rheumatology business units include: ACTIMMUNE, RAVICTI, BUPHENYL, AMMONAPS, RAYOS, LODOTRA, KRYSTEXXA, PROCYSBI and QUINSAIR.
(2) The Primary Care business unit includes: DUEXIS, VIMOVO, PENNSAID 2% and MIGERGOT.
8
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Third-Quarter 2017 Financial Results and Updated
Full-Year 2017 Guidance
Strong year-over-year orphan and rheumatology net sales growth
• Q3 2017 net sales of $271.6 million
− Orphan net sales increased 64 percent YOY to $117.4 million
− Rheumatology net sales increased 44 percent YOY to $58.1 million
− Primary Care net sales decreased 41 percent YOY to $96.1 million
• Q3 2017 adjusted EBITDA of $108.1 million
• Increasing full-year 2017 net sales guidance range and increasing lower end
of adjusted EBITDA guidance range
Current Guidance

Prior Guidance

Net Sales

$1.030 to $1.050 Billion

$1.010 to $1.045 Billion

Adjusted EBITDA

$350 to $375 Million

$340 to $375 Million

Note: Adjusted EBITDA is a non-GAAP measure; see reconciliation slides at the end of the presentation for a reconciliation of GAAP to non-GAAP measures.
YOY: year-over-year
9

Confidential Information – Horizon Pharma plc

Third-Quarter Financial Results

($ in millions, except for per share amounts and yearover-year percent change)

Net sales

$271.6

$208.7

30

Non-GAAP adjusted net sales(1)

271.6

273.7

(1)

Net loss

(64.0)

(5.9)

NM

43.1

115.5

(63)

Adjusted EBITDA

108.1

141.2

(23)

Net loss per share – diluted

(0.39)

(0.04)

NM

0.26

0.70

(63)

Non-GAAP net income

Non-GAAP earnings per share – diluted

(1) On Sept. 26, 2016, Horizon Pharma agreed to pay Express Scripts $65 million as part of a litigation settlement, which was recorded as a one-time
reduction to GAAP net sales for the three months ended Sept. 30, 2016, in accordance with U.S. Generally Accepted Accounting
Principles (GAAP). The exclusion of the $65 million settlement from GAAP net sales is the only adjustment reflected in third-quarter 2016
non-GAAP adjusted net sales.
Note: Non-GAAP net income and adjusted EBITDA are non-GAAP measures; see reconciliation slides at the end of the presentation for a reconciliation of
GAAP to non-GAAP measures.
10
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Our Strong Financial Position Supports
Our Growth Strategy
Cash and cash equivalents of $625.0 million at Sept. 30, 2017;
net debt to LTM adjusted EBITDA leverage ratio of 3.3 times
($ in millions)
Cash and cash equivalents

Sept. 30,
2017
$625

Senior secured term loans – due 2024

848

Senior notes – due 2023

475

Senior notes – due 2024

300

2.5% exchangeable senior notes – due 2022

400

Total debt

Debt Repayment Schedule:
5+ Years Until First Maturity

$2,023

Our strong cash flow and balance sheet give us flexibility
to consider strategic opportunities that support our growth strategy
* Senior Secured Term Loans schedule includes 1 percent annual amortization ($8.5M of principal).
Note: Adjusted EBITDA is a non-GAAP measure; see reconciliation slides at the end of the presentation for a reconciliation of GAAP to non-GAAP measures.
LTM: last twelve months.
EBITDA: earnings before interest, tax, depreciation and amortization.
11
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Orphan Business Unit Third-Quarter Net Sales
Q3 2017 Orphan Business Unit strong year-over-year net sales growth
driven by RAVICTI, PROCYSBI and ACTIMMUNE
($ in millions, except for year-over-year
percent change)

Q3 2017

Q3 2016

% Change

RAVICTI

$50.9

$42.2

21

PROCYSBI(1)

$33.5

-

NM

ACTIMMUNE

$29.2

$24.9

17

BUPHENYL

$ 3.7

$ 4.3

(16)

QUINSAIR(1)(2)

$ 0.1

-

NM

Orphan Business Unit

$117.4

$71.4

64

We continue to project full-year 2017 Orphan Business Unit net sales
percentage growth in the mid-50s
(1) Q3 2016 pre-acquisition net sales of PROCYSBI were $35.1 million, under Raptor. On June 23, 2017, Horizon Pharma divested the marketing rights to PROCSYBI and
QUINSAIR in Europe, the Middle East and Africa. Horizon Pharma retains marketing rights for the two medicines in the U.S., Canada, Latin America and Asia. As a
result of the divestiture, Q3 2017 net sales no longer include net sales in EMEA regions following the divestiture of marketing rights in June 2017.
(2) QUINSAIR is not approved in the United States.
12
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RAVICTI
More than 25 Percent Q3 Year-over-Year Patient Growth
• RAVICTI is indicated for Urea Cycle Disorders (UCDs)
– UCDs are rare and life-threatening genetic diseases resulting
in body’s inability to remove ammonia from the blood stream(1)
– U.S. market
• ~2,600 people with UCDs; ~1,000 treatable population
– U.S. market share
• ~48 percent of diagnosed patients
– Growth drivers
• Increase awareness and diagnosis of UCDs
• Drive conversion from older-generation
nitrogen-scavengers to RAVICTI

(1) See full prescribing information at www.RAVICTI.com.
13
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PROCYSBI
Commercial Launch in Canada Underway
• PROCYSBI indicated for nephropathic cystinosis (NC)
– NC is a rare and life-threatening metabolic disorder(1)
• Without treatment, high intracellular cystine concentrations can occur in
virtually all organs and tissues, leading to irreversible cellular damage,
progressive multi-organ failure and death
– U.S. market
• ~500-600 diagnosed patients; ~400-450 diagnosed patients on
cystine-depleting therapy
– U.S. market share
• ~52 percent of diagnosed patients
– Growth drivers
• Drive conversion of patients from older-generation therapy
• Drive uptake of diagnosed but untreated patients
• Identify previously undiagnosed patients

(1) See full prescribing information at www.PROCYSBI.com.
14
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ACTIMMUNE
Continue to Establish Role of ACTIMMUNE in Broader Range of CGD Patients
• ACTIMMUNE indicated for CGD(1)
– CGD is an immune disease that leads to recurrent
severe bacterial and fungal infections(2)
– Patients have increased susceptibility to severe and recurrent
bacterial and fungal infections, along with the formation and
development of granulomas in most organs
– U.S. CGD market
• ~1,600 people
– Growth drivers
• Increase awareness and diagnosis of CGD
• Increase persistence and length of treatment

(1) CGD: Chronic Granulomatous Disease.
(2) See full prescribing information at www.ACTIMMUNE.com.
15
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Rheumatology Business Unit Third-Quarter Net Sales
Q3 2017 Rheumatology Business Unit sales driven by
strong vial growth of KRYSTEXXA

($ in millions, except for year-over-year
percent change)

Q3 2017

Q3 2016

% Change

KRYSTEXXA

$42.8

$25.6

67

RAYOS®

$14.6

$13.4

9

LODOTRA®

$ 0.7

$ 1.5

(50)

Rheumatology Business Unit

$58.1

$40.5

44

We are increasing our projection for full-year 2017 Rheumatology Business Unit
net sales percentage growth to the mid-40s from the mid-30s
16
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KRYSTEXXA
• KRYSTEXXA indicated for uncontrolled gout(1)(2), a rare disease
– KRYSTEXXA is the first and only biologic for uncontrolled gout patients that
rapidly reverses disease progression(3)
– U.S. market
• ~100,000 addressable uncontrolled gout patient population
(rheumatology and nephrology)
– U.S. gout market growth rate
• ~3 percent annual U.S. growth rate
– Growth drivers
• Invest in and capitalize on expansion of commercial organization
• Invest in education as well as patient and physician outreach,
sharing robust safety and efficacy data from Phase 3 trials
(1) Uncontrolled gout is defined as chronic gout refractory (unresponsive) to conventional therapies.
(2) See full prescribing information at www.KRYSTEXXA.com.
(3) Source: Adapted from Klippel 2008. Edwards NL. Gout. A. Clinical features. In: Klippel JH, Stone JH, Crofford LJ, White PH, eds. Primer on the Rheumatic Diseases. 13th ed.
New York: Springer; 2008:241-249.

17
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Rapidly Accelerating KRYSTEXXA Vial Growth Gives us
Confidence in Our >$400M Peak Sales Expectation(1)
Expect >50 percent year-over-year KRYSTEXXA net sales growth in 2018(1)
Acquired
1.13.2016

KRYSTEXXA Growth Initiatives
Initial Investment

Additional Investment in
Commercial Expansion

$45

1000
950

$40

$35

850
800

$30

750
$25

700
650

$20

600
$15

550

$10

500
1Q16

2Q16

3Q16

4Q16
Net sales

1Q17

2Q17

3Q17

Average monthly vials

(1) Horizon estimate. Assumes July 1, 2018, implementation of U.S. government’s Health Resources and Services Administration final rule on 340B drug ceiling price.
18
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Average Monthly Vials

Net Sales (in millions)

900

Primary Care Business Unit Third-Quarter Net Sales
Expected Primary Care Business Unit sequential net sales
decrease a result of lower average net realized price (ANRP)
($ in millions, except for year-over-year
percent change)

Q3 2017

Q3 2016

% Change

PENNSAID 2%

$48.3

$80.2

(40)

DUEXIS

$31.6

$47.6

(34)

VIMOVO

$15.1

$32.8

(54)

$1.1

$1.2

(1)

$161.8

(41)

MIGERGOT
Primary Care Business Unit

$96.1

We continue to project full-year 2017 Primary Care Business Unit
net sales of >$350 million

19
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Clinical Development Highlights
• Teprotumumab
─

Announced on Oct. 25, 2017, first patient enrolled in Phase 3 confirmatory trial

• KRYSTEXXA
─ Initial TRIPLE trial data and additional KRYSTEXXA analysis presented at American
College of Rheumatology (ACR)
─ Presented data at American Society of Nephrology (ASN)
─ Submitted proposed label update to U.S. FDA(1) in the Prescribing Information for
KRYSTEXXA based on additional analysis of the Phase 3 clinical trials, post-marketing
safety data and TRIPLE trial

• RAVICTI
─ On track to submit sNDA in Q1 2018 to expand the age range to birth and older

• PROCYSBI
─ Presented data at ASN on the impact of PROCYSBI treatment on patients 6 years of age
and younger naïve to therapy

• ACTIMMUNE
─ The three investigator-initiated cancer-combo trials are advancing

(1) FDA: Food and Drug Administration
20
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Expanding Rare Disease Focused Pipeline
Teprotumumab Phase 3 Clinical Trial Enrolling Ahead of Schedule
Medicine

Treatment / Trial Objective
(1)

Teprotumumab

Preclinical

Phase 1

Phase 2

• OPTIC; moderate-to-severe thyroid eye
disease

Phase 3

PostMarket

(1) (2)

• Autosomal dominant osteopetrosis*

ACTIMMUNE

• Combo cancer therapy w/Opdivo®(3)*
• Combo cancer therapy w/Keytruda®(4)*

(5)

• Breast cancer combo therapy(6)*

KRYSTEXXA

21

• TRIPLE trial* to evaluate improving
KRYSTEXXA response rate and reducing
infusion reaction rate
• RECIPE trial * to evaluate improving
KRYSTEXXA response rate through
immunomodulation(7)

RAVICTI

• Label Expansion: UCD in patients
from birth to 2 months of age

RAYOS

• RIFLE trial in lupus* (to address fatigue)

(1) Teprotumumab is a development-stage biologic and is not approved for use.
Rare Disease Medicine
(2) Phase 3 study was announced on Oct. 25, 2017.
Other
(3) Registered trademark of Bristol-Myers Squibb.
(4) Registered trademark of Merck.
* Investigator-initiated trial
(5) Expect to initiate Phase 2 program in Q4 2017.
(6) Study with Taxol, Herceptin and Perjeta; Taxol is a registered trademark of Bristol-Meyers Squibb. Herceptin and Perjeta are registered trademarks of Genentech.
Confidential Information – Horizon Pharma plc
(7) Trial expected to begin enrolling by year-end 2017.

Teprotumumab
Development-Stage Medicine for Thyroid Eye Disease (TED)
• Horizon Pharma’s first development-stage biologic medicine
• Dramatic Phase 2 results published in The New England Journal
of Medicine in May 2017
• Phase 3 trial initiated October ahead of expectations; recent
positive interactions have increased our confidence in timely
enrollment
• Our ongoing teprotumumab market research and commercial
planning indicate that the original estimates of
teprotumumab’s global market opportunity could increase
considerably

22 (1) Horizon Pharma estimate.
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Significant Unmet Need Exists for TED Patients
Painful and Disfiguring Disease with No FDA-Approved Therapies
Current State of TED

Potential Impact of Teprotumumab

• TED is a rare, painful
Clinical presentation of TED
debilitating condition:
- Inflammation
- Proptosis
(protrusion of eyeball
from socket)
- Corneal ulceration
- Disfiguring, poor QoL,
emotionally
debilitating
• Standard of care is
unsatisfactory:
- No FDA-approved
therapies
- Steroids/rituximab
have limited efficacy
- Surgery is invasive,
complex and may
result in only partial
function
23 Note: QoL: Quality of Life.

Orbital surgery
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• Teprotumumab has the potential to be
first FDA-approved therapy for TED
• Mechanism of action
- Inhibits IGF-1R, blocking
underlying autoimmune
mechanism, de-activating
fibroblasts, resolving
inflammation, minimizing/
reversing tissue expansion
• Impressive efficacy in Phase 2 trial
- 69 percent of patients saw a
reduction of >2 mm in proptosis
AND reduction >2 in clinical
activity score (CAS) (p<0.001)
- Rapid onset, with 43 percent
response at week 6 (p<0.001)
- Significant improvement in QoL
- Large safety data base exists

Teprotumumab Confirmatory Phase 3 Study
Initiated Ahead of Schedule

Study
Design

24

• OPTIC: Treatment of Graves’ Orbitopathy (TED) to reduce Proptosis with
Teprotumumab Infusions in a randomized, placebo-controlled Clinical study
• Multi-center, double-blind, randomized placebo-controlled study
• Designed to confirm efficacy and safety of teprotumumab
• 24-week dosing period; 12-month follow-up; infused every 3 weeks
• 76 patients with recent onset, moderate-to-severe TED across 11 sites

Primary
Endpoint

• Effect of teprotumumab vs. placebo on the proptosis responder rate at Week 24
(percentage of participants with a >2 mm reduction from baseline in the study eye without
deterioration (a >2 mm increase) of proptosis in the fellow eye

Secondary
Endpoints

• Overall responder rate at Week 24
− Percentage of participants with a >2 point reduction in Clinical Activity Score (CAS)
and >2 mm reduction in proptosis from baseline, provided there is no
corresponding deterioration (a >2-point/mm increase) in CAS or proptosis in the
fellow eye − same endpoint as Phase 2 primary endpoint
• Percentage of participants with a CAS value of 0 or 1 at Week 24 in the study eye
• Mean change in proptosis measurement from baseline to Week 24 in the study eye
• Mean change in Graves’ Ophthalmopathy Quality of Life (GO-QoL) questionnaire overall
score from baseline to Week 24
Confidential Information – Horizon Pharma plc

Teprotumumab Phase 2 Results
Published in The New England Journal of Medicine on May 4, 2017

“In conclusion, a 24-week course of teprotumumab therapy provided clinical benefit
in patients with active, moderate-to-severe thyroid-associated ophthalmopathy by reducing
proptosis and the Clinical Activity Score and by improving the patients’ quality of life.”(1)
(1) The New England Journal of Medicine, 376:18, www.nejm.org, May 4, 2017.
Thyroid eye disease (TED) is also known as thyroid-associated ophthalmopathy.
25
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Teprotumumab Phase 2 Clinical Trial Design
Study
Design

•
•
•
•

Multi-center, double-blind, randomized placebo-controlled study
Designed to determine efficacy and safety of teprotumumab
24-week dosing period; 12-month follow-up; infused every 3 weeks
88 patients with recent onset, moderate-to-severe TED across 15 sites

• Response of the study eye, defined as a reduction in CAS (Clinical Activity Score) of
>2 points and a reduction of proptosis of >2mm, at 24 weeks
• Clinical Activity Score (CAS):

Primary
Endpoint

–
–
–
–
–

CAS has scores from 0-7, with >3 indicating active TED
CAS measured change in orbital inflammation and pain
Baseline CAS for teprotumumab was 5.1 points
Local inflammation in soft tissues of orbit is a key driver of pain, swelling
Blocking inflammation important for preventing disease progression

• Proptosis: protrusion of the eyeball from the socket
–
–
–

PatientReported
Endpoint
(Secondary)

Result of soft tissue deposition behind the eye
Painful, impairs full lid closure, and can cause corneal ulceration
Associated with sight-threatening optic neuropathy

• Quality of life (GO-QoL questionnaire)
–
–
–

Two subscales: visual function and appearance
Compromised vision impairs normal daily activities
Profound changes in appearance cause psychosocial distress

26 Note: GO-QoL: Graves’ Ophthalmology Quality of Life Scale.
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Teprotumumab Phase 2 Results
Unprecedented Clinical Efficacy in TED
• Primary endpoint: In the intent to treat population; 69 percent of
patients (29 of 42) receiving teprotumumab and 20 percent of
patients (9 of 45) receiving placebo were responders at week 24
(p<0.001)
Efficacy

– 29 patients achieved ≥2mm reduction in proptosis
– Therapeutic effects were rapid with responder rates at week 6 of
43 percent for teprotumumab patients vs. 4 percent for placebo patients
(p<0.001)

• Secondary endpoint: Significant improvement in quality of life

• Well tolerated; majority of adverse events mild
Safety

– In diabetic patients, hyperglycemia was the only clearly drug-related
adverse event; controlled by adjusting diabetes medications

• Large safety database (including Roche oncology program)
TED: Thyroid eye disease, also referred to as thyroid-associated ophthalmopathy.
Confidentialactive
Information
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27 CAS: Clinical Activity Score; scores range from 0 to 7, with a score of > 3 indicating

Teprotumumab Phase 2 Results
Baseline Change of Proptosis and Clinical Activity Score; Response Rate

Proptosis: Teprotumumab Patients
Demonstrated Significant
Reduction vs Placebo Patients

28

CAS: Teprotumumab Patients
Demonstrated Greater Reduction
vs Placebo Patients

Source: The New England Journal of Medicine, 376:18, www.nejm.org, May 4, 2017.
CAS: Clinical Activity Score.
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Response Rate: Teprotumumab
Patients Demonstrated Rapid Onset
of Response vs Placebo Patients

KRYSTEXXA Development Update
• Comprehensive clinical trial strategy
– Investing in two investigator-initiated trials to evaluate improving KRYSTEXXA response rate
• TRIPLE: Tolerization Reduces Intolerance to Pegloticase and Prolongs the Urate
Lowering Effect
• RECIPE: “REduCing Immunogenicity to PEgloticase”

• Extensive Phase 3 data analysis program
– To elucidate important new clinical findings and expand awareness of KRYSTEXXA as a safe and
effective treatment of uncontrolled gout

• We participate in medical meetings, including the recent 2017 ACR and ASN meetings,
where we have strong commercial and medical presence
– Initial data from TRIPLE showed a significant reduction in infusion reaction rates
– An abstract showing that KRYSTEXXA responders experienced significant reductions in blood
pressure, independent of renal function
– An abstract defining complete response criteria in uncontrolled gout patients
– An abstract showing that KRYSTEXXA causes rapid resolution of tophi in KRYSTEXXA responders
29
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ACTIMMUNE Development Programs
Evaluating ACTIMMUNE as a Cancer Combo Therapy
• Three investigator-initiated trials underway to study ACTIMMUNE as an immune
booster in cancer combination studies
– Moffitt Cancer Center and Research Institute: Enrolling patients
• Study focus is to determine the optimal dosing for combination therapy of
ACTIMMUNE with Taxol®(1) (paclitaxel), Herceptin®(2) (trastuzumab) and
Perjeta®(2) (pertuzumab) for treatment of certain advanced breast cancer patients

– Fox Chase Cancer Center: Enrolling patients in the fourth cohort; expect results later in 2017
• Study focus is on the combination of ACTIMMUNE with
Opdivo®(1) (nivolumab), a PD-1 inhibitor for treatment of cancer
• Phase 1 data presented in Q1 2017 showed that the combination
therapy was safe and well-tolerated in the first two cohorts
– National Cancer Institute: Phase 2 study on track to begin by year end
• Study focus is on combination therapy of ACTIMMUNE with
Keytruda®(3) (pembrolizumab), a PD-1 inhibitor for treatment of cancer

30

(1) Registered trademark of Bristol-Myers Squibb. (2) Registered trademark of Genentech. (3) Registered trademark of Merck.
Confidential
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plc
Note: PD-1 and PD-L1 inhibitors are considered among the most promising
breakthroughs
cancerPharma
therapy.

Horizon Pharma Today
Well Positioned for Sustainable High Growth
Improving patients’ lives by identifying, developing, acquiring and
commercializing differentiated and accessible medicines that address
unmet medical needs

31

•

Diverse portfolio of high-growth rare disease medicines

•

Building a pipeline to generate long-term value

•

Proven acquisition capabilities, with expertise in identifying pipeline and on-market
medicine opportunities

•

Differentiated and successful strategy that optimizes our medicines’ growth
trajectories through strong commercial execution and collaborative research

•

Highly experienced management team

•

Strong balance sheet that provides flexibility for strategic opportunities
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Horizon Pharma plc
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Note Regarding Use of Non-GAAP Financial Measures
EBITDA, or earnings before interest, taxes, depreciation and amortization, and adjusted EBITDA are used and provided by Horizon Pharma
as non-GAAP financial measures. Horizon Pharma provides certain other financial measures such as non-GAAP net income, non-GAAP
diluted earnings per share, non-GAAP gross profit and gross profit ratio, non-GAAP operating expenses, non-GAAP tax rate and non-GAAP
operating cash flow, each of which include adjustments to GAAP figures. These non-GAAP measures are intended to provide additional
information on Horizon Pharma’s performance, operations, expenses, profitability and cash flows. Adjustments to Horizon Pharma's
GAAP figures as well as EBITDA exclude acquisition/divestiture-related expenses, charges related to the discontinuation of ACTIMMUNE
development for Friedreich’s ataxia, gain from divestiture, an upfront fee for a license of a patent, a litigation settlement, loss on debt
extinguishment, costs of debt refinancing, drug manufacturing harmonization costs, Primary Care business unit realignment costs, as well
as non-cash items such as share-based compensation, depreciation and amortization, royalty accretion, non-cash interest expense,
intangible and other non-current asset impairment charges, and other non-cash adjustments. Certain other special items or substantive
events may also be included in the non-GAAP adjustments periodically when their magnitude is significant within the periods incurred.
Horizon maintains an established non-GAAP cost policy that guides the determination of what costs will be excluded in non-GAAP
measures. Horizon Pharma believes that these non-GAAP financial measures, when considered together with the GAAP figures, can
enhance an overall understanding of Horizon Pharma's financial and operating performance. The non-GAAP financial measures are
included with the intent of providing investors with a more complete understanding of the Company’s historical and expected 2017
financial results and trends and to facilitate comparisons between periods and with respect to projected information. In addition, these
non-GAAP financial measures are among the indicators Horizon Pharma's management uses for planning and forecasting purposes and
measuring the Company's performance. For example, adjusted EBITDA is used by Horizon Pharma as one measure of management
performance under certain incentive compensation arrangements. These non-GAAP financial measures should be considered in addition
to, and not as a substitute for, or superior to, financial measures calculated in accordance with GAAP. The non-GAAP financial measures
used by the Company may be calculated differently from, and therefore may not be comparable to, non-GAAP financial measures used by
other companies. Horizon Pharma has not provided a reconciliation of its full-year 2017 adjusted EBITDA outlook to an expected net
income (loss) outlook because certain items such as acquisition-related expenses and share-based compensation that are a component
of net income (loss) cannot be reasonably projected due to the significant impact of changes in Horizon Pharma's stock price, the
variability associated with the size or timing of acquisitions and other factors. These components of net income (loss) could significantly
impact Horizon Pharma’s actual net income (loss).
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GAAP to Non-GAAP Reconciliation
EBITDA and Adjusted EBITDA
Three Months Ended September 30,
2017
2016

Nine Months Ended September 30,
2017
2016

EBITDA and Adjusted EBITDA:
GAAP net loss
Depreciation
Amortization, accretion and step-up:
Intangible amortization expense
Accretion of royalty liabilities
Amortization of deferred revenue
Inventory step-up expense
Interest expense, net (including amortization of
debt discount and deferred financing costs)
Expense (benefit) for income taxes
EBITDA
Other non-GAAP adjustments:
Remeasurement of royalties for medicines acquired through business combinations
Acquisition/divestiture-related costs
Upfront fee for license of global patent
Primary Care business unit realignment costs
Gain on divestiture
Loss on debt extinguishment
Fees related to term loan refinancing
Share-based compensation
Litigation settlement
Reversal of pre-acquisition reserve upon signing of contract
Charges relating to discontinuation of Friedreich's ataxia program
Drug substance harmonization costs
Royalties for medicines acquired through business combinations
Total of other non-GAAP adjustments
Adjusted EBITDA
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$

(63,971)
1,476

$

(5,870)
1,183

$

(364,078)
5,037

$

(36,292)
3,266

68,666
12,720
(225)
21,170

50,757
9,734
(212)
11,305

208,118
38,415
(636)
95,659

151,199
28,762
(631)
27,853

$

31,706
7,181
78,723

$

19,066
(27,747)
58,216

$

95,297
(42,138)
35,674

$

57,752
(31,946)
199,963

$

5,561
(290)
(112)
16
31,698
(1,116)
5,654
(12,031)
29,380
108,103

$

5,159
29,312
65,000
(6,900)
(9,564)
83,007
141,223

$

(2,944)
168,985
4,903
(5,968)
533
4,114
87,935
18,051
10,698
(34,970)
251,337
287,011

$

16,456
2,000
84,921
65,000
(6,900)
(27,159)
134,318
334,281
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GAAP to Non-GAAP Reconciliation
EBITDA and Adjusted EBITDA (Three Months Ended December 31, 2016)
Three Months Ended December 31,
2016
2015

Twelve Months Ended D
2016

$

$

EBITDA and Non-GAAP EBITDA:
GAAP net (loss) income
Depreciation
Amortization, accretion and step-up:
Intangible amortization expense
Accretion of royalty liabilities
Amortization of deferred revenue
Inventory step-up expense
Interest expense, net (including amortization of
debt discount and deferred financing costs)
(Benefit) expense for income taxes
EBITDA
Non-GAAP adjustments:
Remeasurement of royalties for medicines acquired through business combinations
Acquisition-related costs
Upfront fee for license of global patent
Loss on sale of long-term investments
Loss on induced conversion of debt and debt extinguishment
Share-based compensation
Litigation settlement
Reversal of pre-acquisition reserve upon signing of contract
Impairment of in-process research and development
Charges relating to discontinuation of Friedreich's ataxia program
Royalties for medicines acquired through business combinations (1)
Total of Non-GAAP adjustments
Adjusted EBITDA

35

Confidential Information – Horizon Pharma plc

(130,542)
1,696

$

23,994
2,612

(166,834)
4,962

$

65,676
11,854
(205)
43,284

41,706
6,517
(208)
860

216,875
40,616
(836)
71,137

$

28,858
(29,305)
(8,684)

$

20,120
(35,456)
60,145

$

86,610
(61,251)
191,279

$

$

386
36,418
29,223
66,000
23,513
(10,434)
145,106
136,422

$

6,874
7,380
29,032
27,990
(8,944)
62,332
122,477

$

386
52,874
2,000
114,144
65,000
(6,900)
66,000
23,513
(37,593)
279,424
470,703

$

GAAP to Non-GAAP Reconciliation
Operating Cash Flow

Three Months Ended September 30,
2017
2016

Nine Months Ended September 30,
2017
2016

Non-GAAP operating cash flow:
GAAP cash provided by operating activities
Cash payments for acquisition/divestiture-related costs
Cash payment for litigation settlement
Upfront fee for license of global patent
Drug substance harmonization costs
Cash payments for charges relating to discontinuation of Friedreich's ataxia program
Cash payment for debt extinguishment
Cash payments relating to term loan refinancing
Cash payments for Primary Care business unit realignment
Non-GAAP operating cash flow
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$

$

68,349
11,109
38
1,169
307
2,493
83,465
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$

$

128,787
4,966
133,753

$

$

136,995
44,121
32,500
5,044
4,170
145
8,014
4,157
235,146

$

$

230,271
27,543
2,000
259,814

GAAP to Non-GAAP Reconciliation
GAAP Loss Per Share - Diluted and Non-GAAP Earnings Per Share - Diluted

Three Months Ended September 30,
2017
2016

Nine Months Ended September 30,
2017
2016

Non-GAAP Earnings Per Share:
Weighted average shares - Basic
Non-GAAP Earnings Per Share - Basic:
GAAP loss per share - Basic
Non-GAAP adjustments
Non-GAAP earnings per share - Basic

Weighted average shares - Diluted
Weighted average shares - Basic
Ordinary share equivalents
Weighted average shares - Diluted

Non-GAAP Earnings Per Share - Diluted
GAAP loss per share - Diluted
Non-GAAP adjustments
Diluted earnings per share effect of ordinary share equivalents
Non-GAAP earnings per share - Diluted
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163,447,208

161,038,827

162,810,551

160,472,530

(0.39)
0.65
0.26

(0.04)
0.76
0.72

(2.24)
3.14
0.90

(0.23)
1.78
1.55

163,447,208
2,346,684
165,793,892

161,038,827
3,868,212
164,907,039

162,810,551
2,510,909
165,321,460

160,472,530
3,763,984
164,236,514

(0.39)
0.65
0.26

(0.04)
0.75
(0.01)
0.70

(2.24)
3.14
(0.01)
0.89

(0.23)
1.77
(0.03)
1.51
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