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Forward-Looking Statements
"Safe Harbor" Statement Under the Private Securities Litigation Reform Act of 1995

This slide deck and the accompanying oral presentation contain forward-looking statements, including, but not limited to, statements related 

to the Jazz Pharmaceuticalsô expectations relating to the execution of a successful launch of Zepzelca, product availability and the timing 

thereof; the companyôs expectations relating to market opportunity, payor landscape, potential near-term revenues and growth prospects, 

and pricing and cost of treatment for Zepzelca; sales and development milestones under the licensing agreement between the company 

and PharmaMar and related potential future payments by the company to PharmaMar; and other statements that are not historical facts. 

These forward-looking statements are based on the companyôs current plans, objectives, estimates, expectations and intentions 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 and uncertainties 

associated with: effectively launching and commercializing new products; obtaining and maintaining adequate coverage and reimbursement 

for the companyôs products; the scale, duration and evolving effects of the COVID-19 pandemic and resulting global economic, financial and 

healthcare system disruptions that could have an effect on the successful commercialization of new products; and other risks and

uncertainties affecting Jazz Pharmaceuticals, including those described from time to time under the caption "Risk Factors" and elsewhere in 

Jazz Pharmaceuticals plc's Securities and Exchange Commission filings and reports (Commission File No. 001-33500), including the

companyôs Quarterly Report on Form 10-Q for the quarter ended March 31, 2020 and future filings and reports by the company. Other risks 

and uncertainties of which the company is not currently aware may also affect the company's forward-looking statements and may cause 

actual results and the timing of events to differ materially from those anticipated. The forward-looking statements made in this slide deck 

and the accompanying oral presentation are made only as of the date hereof or as of the dates indicated in the forward-looking statements, 

even if they are subsequently made available by the company on its website or otherwise. The company undertakes no obligation to update 

or supplement any forward-looking statements to reflect actual results, new information, future events, changes in its expectations or other 

circumstances that exist after the date as of which the forward-looking statements were made.
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2020-2021: Multiple Value Drivers and Catalysts
Diversification, Expansion and Development Pipeline Advances
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DEVELOPMENT PIPELINE

Sleep/Neuroscience

JZP-258 for IH

P Completed Phase 3 enrollment 

1Q20

Å Top-line data

JZP-385

Å Initiate Phase 2b 1H21

Hematology/Oncology

JZP-458 for ALL pivotal Phase 2/3

Å Conduct IA at ~50 patients

Defitelio for prevention of acute 

GvHD

Å Phase 2 top-line data 2H20

Zepzelca

Å ATLANTIS Phase 3 top-line 2H20

PRODUCT APPROVALS

Sunosi

V EDS in OSA & Narcolepsy 

(Europe)ðJan 2020

Zepzelca

V Relapsed SCLC (U.S.)1ðJun 

2020

JZP-258

Å EDS & Cataplexy for Narcolepsy 

(U.S.); PDUFA July 21, 2020

Å Expect to launch as early as 4Q20

JZP-458

Å ALL (U.S.); Expect BLA 

submission as early as 4Q20

CORPORATE 

DEVELOPMENT

ÅExpand portfolio through multiple 

acquisitions or partnerships

1 Exclusive U.S. license



Strategic Evolution in Oncology to Improve Outcomes in Cancer
Focused Expansion Into Solid Tumors with Innovative Approaches
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20121

20173

1 Acquired in 2012 through acquisition of EUSA Pharma; 2 EU approval 2014, U.S. approval 2016; 3 U.S. approval 2017, EU approval 2018; 4U.S. accelerated approval, exclusive U.S. license 

20173

20142

20204

2020 +

JZP-458

IMGN-632

Clinical 

Development 

Pan-RAF

Exosome Targets

CombiPlex

Pre-Clinical 

Development



Rapid Path to FDA Approval
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Aug 

2018

Dec 

2019

Jun 15 

2020

NDA 

submitted 
(PharmaMar)

FDA 

Accelerated 

Approval

U.S. license 

agreement with 

PharmaMar
(Closed Jan 2020)

LPI 

Phase 2 

Basket Trial

Granted ODD

Jan 

2019

March 

2020

Basket trial 

published Lancet 

Oncology

Aug

2020

PDUFA

Date

Jun 

2019

SCLC results 

ASCO 2019 



DIVERSIFY

Expansion into solid tumors

Meaningful revenue opportunity

Synergistic with existing portfolio

Zepzelca: Further Diversification of Our Commercial Portfolio 

PARTNER OF CHOICE

Strong collaboration with PharmaMar

Prioritization of program

Maximizing joint value generation

R&D CAPABILITIES

Comprehensive development plan 

underway

Leveraging broad oncology expertise

COMMERCIAL EXECUTION

Prioritized and expedited launch plan

Expanded customer facing sales and 

medical teams

Strong focus on patient access, GPO 

contracting and reimbursement
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SCLC DISEASE LANDSCAPE
JACOB SANDS, M.D.

DANA-FARBER CANCER INSTITUTE 

INSTRUCTOR OF MEDICINE, HARVARD MEDICAL SCHOOL



What is Small-Cell Lung Cancer (SCLC)
SCLC is Clinically and Pathologically Distinct from Other Types of Lung Cancer1
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1 American Cancer Society. What is Lung Cancer? https://www.cancer.org/cancer/lung-cancer/about/what-is.html, 2 Dowell JE, et al. In: Grippi MA, et al. eds. Fishman's Pulmonary Diseases and Disorders, Fifth Edition. New York, NY: 

McGraw-Hill; 2015, 3 American Cancer Society, https://www.cancer.org/cancer/small-cell-lung-cancer/about/what-is-small-cell-lung-cancer.html, 4 Nat Rev Clin Oncol. 2017 Sep 14(9) 549ï561 3 von Pawel et al. J Clin Oncol 32:4012-

4019, 5 National Cancer Institute. Small cell lung cancer treatment (PDQ®) ïhealth professional version. https://www.cancer.gov/types/lung/hp/small-cell-lung-treatment-pdq

NSCLC SCLC Others

Types of lung cancer1

80-85% 

~5%

10-15%

Characteristics of SCLC2

Å Rapid doubling time

Å High growth fraction

Å Paraneoplastic syndromes

Å Early development of widespread metastases

Å SCLC is a very aggressive cancer that is usually 

diagnosed at the extensive stage3

Å 5 year survival

Å Limited stage ranges from 20ï40%4

Å Extensive stage <5%4

Å Extent of disease at diagnosis is indicative of prognosis5

https://www.cancer.org/cancer/lung-cancer/about/what-is.html
https://www.cancer.org/cancer/small-cell-lung-cancer/about/what-is-small-cell-lung-cancer.html
https://www.cancer.gov/types/lung/hp/small-cell-lung-treatment-pdq


Majority of SCLC Patients Present with Extensive Stage at Diagnosis
~30,000 New SCLC Cases Annually in U.S.

11

228,820 estimated new cases of lung 

and bronchus cancer in 2020

10% to 15% are SCLC

1 American Cancer Society. What is Lung Cancer? https://www.cancer.org/cancer/lung-cancer/about/what-is.html, 

SCLC Stage at Diagnosis1

Extensive Limited

67%

33% 

U.S. 2020 Estimated Prevalence1

https://www.cancer.org/cancer/lung-cancer/about/what-is.html


SCLC Risk Factors 
Smoking and Age are the Most Common Risk Factors

12

Tobacco exposure

Å ~98% of SCLC patients are current or 

former smokers (vs 85% with NSCLC)1

Å SCLC is the type of lung cancer most 

strongly associated with smoking2

Older age3

Å Incidence rate peaks between ages 70 

and 84 years

Å Very low incidence before age 50 years

1 Pelosof L, et al. J Natl Cancer Inst. 2017;109(7). doi: 10.1093/jnci/djw295, 2 Kahnert K, et al. Clin Lung Cancer. 2016;17;325-333, 3 National Cancer Institute. SEER Cancer Statistics Review (CSR) 1975-2016. 

https://seer.cancer.gov/csr/1975_2016/, 4 National Cancer Institute. Small cell lung cancer treatment (PDQ®) ïhealth professional version. https://www.cancer.gov/types/lung/hp/small-cell-lung-treatment-pdq, 

Other risk factors4

Å Family history of lung cancer

Å Environmental air pollution

Å Radiation exposure from therapy, 

medical imaging tests, or workplace

Å Occupational exposure to asbestos, 

arsenic, chromium, beryllium, nickel, and 

other agents

Å HIV infection

Å Exposure to second-hand smoke

Å Beta carotene supplements in heavy 

smokers

https://seer.cancer.gov/csr/1975_2016/
https://www.cancer.gov/types/lung/hp/small-cell-lung-treatment-pdq


Clinical Presentation of SCLC 
Similar to That of Other Lung Cancers1
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1 Dowell JE, et al. In: Grippi MA, et al. eds. Fishman's Pulmonary Diseases and Disorders, Fifth Edition. New York, NY: McGraw-Hill; 2015, 2 Kalemkerian GP, et al. J Natl Compr Canc Netw. 2018;16:1171ï1182.

Key Signs and Symptoms Due to Primary 

Tumor or Regional Lymphatic Metastases2

Worsening cough

Dyspnea

Pericardial effusion and tamponade

Hemidiaphragm elevation

Dysphagia

Hoarseness

Superior vena cava syndrome

Lymph node enlargement (Cervical or supraclavicular)

Chest pain

Key Signs and Symptoms Due to 

Extrathoracic Metastases2

Weight loss, fatigue

Bone pain, back pain

Muscle weakness, numbness

Loss of bowel / bladder control

Leptomeningeal carcinomatosis

Right upper quadrant pain, jaundice, fever

Headache

Confusion / slurred speech 

Instability, lack of coordination



Why is SCLC So Hard to Target?
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Source: Peifer et al Nature Genetics 2012 

Å Most common genomic 

alterations are in tumor 

suppressor genes

Å Turning off an ñoff 

switchò is a real 

challenge

Drug class failures 2L SCLC:

Å Aurora Kinase

Å BCL2

Å C-Kit

Å DLL-3

Å EGFR

Å FLT3

Å HDAC

Å IGF

Å mTOR

Å PD1

Å Proteosome inhibitor

Å VEGF
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Source: Rudin C. Looking Ahead to New Therapies in Small Cell Lung Cancer. Clinical Advances to Hematology & Oncology 2018:16 (4): 269-272


