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Safe harbor statement 

This presentation contains forward-ƭƻƻƪƛƴƎ ǎǘŀǘŜƳŜƴǘǎ ǘƘŀǘ ŀǊŜ ōŀǎŜŘ ƻƴ ƳŀƴŀƎŜƳŜƴǘΩǎ ŎǳǊǊŜƴǘ ŜȄǇŜŎǘŀǘƛƻƴǎ 
regarding, among other things, the status, results and timing of our clinical trials and clinical data, the anticipated 
benefits of our product candidates, and the anticipated timing of regulatory submissions, and our receipt of required 
regulatory approvals for, and the marketing and commercialization of our product candidates.  Actual results could 
differ materially from those projected in the forward-looking statements due to various risks and uncertainties, many of 
which are outside of our control.  These factors include, without limitation, uncertainties in research and development 
related to our product candidates LAI, or liposomal amikacin for inhalation, INS1007, an oral reversible inhibitor of 
dipeptidyl peptidase, and INS1009, an inhaled treprostinil prodrug, including any delay or failure of clinical trials or 
other studies, the failure of clinical trial or other study results to meet expectations, or any delay in obtaining or failure 
to obtain approval of our product candidates from the European Medicines Agency, U.S. Food and Drug Administration 
or other applicable regulators; our ability to successfully commercialize our product candidates if they receive 
regulatory approval; competitive developments affecting our product candidates; patent disputes and other intellectual 
property developments relating to our product candidates; our ability to repay existing indebtedness and our need for 
additional financing; changes in anticipated expenses and estimates of future capital requirements, including milestone 
payments to AstraZeneca; the impact of litigation, such as the class action securities lawsuit against us and potential 
intellectual property disputes; and changes in laws and regulations affecting our business.  For additional information 
about these and other risks and uncertainties related to our business, please see our annual report on Form 10-K for 
the year ended December 31, 2016, which was filed with the U.S. Securities and Exchange Commission.  Investors are 
cautioned not to place undue reliance on any forward-looking statements herein, which speak only as of the date of 
this presentation.  We undertake no obligation to update these forward-looking statements except as required by law. 

ARIKAYCE® is a trademark of Insmed Incorporated in the United States and various other countries. eFlow® Electronic Nebulizer (eFlow®) is a registered 
trademark of PARI Pharma GmbH. All other trademarks and registered trademarks are the property of their respective owners. Persons shown 
throughout this presentation are models used for illustrative purposes and are not patients. 2 
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Rare disease pipeline spans late- and 

early-stage development 

Preclinical Phase 1 Phase 2 Phase 3 

ARIKAYCE®: Liposomal Amikacin For Inhalation (LAI) 

Refractory NTM:  
M. avium complex (MAC) 

M. abscessus 

INS1007: DPP1 Inhibitor 

Non-CF bronchiectasis 

Other inflammatory 
conditions* 

INS1009: Inhaled Prostanoid 

Pulmonary Arterial 
Hypertension (PAH) 

Internal R&D  

Various indications 

CONVERT Study 

Investigator-Sponsored Studies 

*Gated to outcome of preclinical work reading out in mid-2017 4 



ARIKAYCE® 

LIPOSOMAL AMIKACIN FOR INHALATION 

(LAI) 
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LAI Intravenous Amikacin 

LAIôs advanced liposomal formulation taken up by the 

lung macrophages where the NTM organism 

multiplies 

Å Higher systemic exposure 

Å Increased potential for drug-related toxicities 
such as nephrotoxicity and ototoxicity 

Å Once-daily localized lung treatment 
administered with a handheld eFlow® 
nebulizer with lower systemic exposure 

eFlow® is a registered trademark of PARI GmbH 6 



Nontuberculous Mycobacteria (NTM) lung disease 

is a rare and often chronic condition 

ÅFrequently affects patients with underlying diseases such as 
COPD, bronchiectasis, and CF 

ÅCurrent multi-drug regimens based on TB treatments  

 

TB: Tuberculosis; COPD: Chronic Obstructive Pulmonary disease; CF: Cystic Fibrosis 
1. Strollo SE, et al, Ann Am Thorac Soc. 2015 Oct;12(10):1458-64.  
2. Prevots DR, et al. Am J Respir Crit Care Med. 2010;182:970.    
3. Company-sponsored research.  
4. Adjemian J, et al. Am J Respir Crit Care Med. 2012;185(8):881- 886 

 7 

180K+ 
Estimated cases 
of NTM in US in 

20141 

80% 
NTM infections 
due to MAC2 

 

~10K 
Refractory MAC 

patients3 

 

8% 
Estimated annual 

growth4 

 

https://www.ncbi.nlm.nih.gov/pubmed/26214350


ÅSecondary endpoint: Proportion of patients who achieved negative sputum 
culture at Day 84 

ÅData served as basis for Breakthrough Therapy Designation 

Phase 2 study highlighted potential of LAI in 

NTM lung disease 

Biller, et al. ATS. 2015. 
SOC: Standard of Care 
The primary efficacy endpoint of the study was a semi-quantitative measurement of the change in mycobacterial density on a seven-point scale from 
baseline. LAI did not meet the pre-specified level for statistical significance although there was a positive trend (p=0.148) in favor of LAI.  
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*The microbiologic outcomes from the 112 study were also explored post hoc using a more stringent definition of 
culture conversion, which was defined as at least three consecutive monthly sputum samples that test negative for 
NTM, consistent with the definition of culture conversion in the guidelines and in clinical practice. 



Enrollment completed in global phase 3  

CONVERT study 

Trial being conducted at >125 sites in 18 countries 
across North America, Europe, and Asia Pacific 

CONVERT Study Sites 

11 



* All converters will continue on the same treatment regimen until they complete a total of 12 months from the first negative culture that defines conversion 
(end of treatment); non-converters have the option of enrolling in 312 study and receive LAI + multi-drug regimen 

Key inclusion criteria 

ÅRefractory NTM (MAC) Lung Disease 

ÅFailing >6 months of a multi-drug regimen 
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NDA Submission planned based on primary endpoint 
under Subpart H 

US regulatory effort 

Breakthrough 
Designation 

Orphan and 
QIDP 

Accelerated 
Approval 
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12 years of exclusivity (7 orphan and 5 QIDP) and 
priority review 

Guidance on efficient drug development; allows for 
rolling submission 

Complete INS-212 and INS-312 studies, demonstrating 
durability of culture conversion 

Full Approval 
Requirement 



Å 15 years (plus renewal options) 

eFlow license exclusivity 

2033 2027 2030 2028 2029 2026 

LAI: multiple layers of market exclusivity 

QIDP: qualified infectious disease product 

US patent portfolio 

Å Coverage into Jan. 2034 

Å Potential 6-month pediatric extension 

Å US: 12-year exclusivity (orphan and 
QIDP designations) 

Å Potential pediatric extension (6-month) 

Regulatory exclusivity periods (US/EU) 

Å EU: 10-year exclusivity 
(orphan designation) 

Å Potential pediatric extension (2-year)  

2031 2032 
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2034 


