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Thispresentationand the accompanyingoral presentationby UroGenPharmaLtd. όά¦ǊƻDŜƴέύcontainsforward-looking statements. All
statementscontainedhereinother than statementsof historicalfact constituteforward-lookingstatements,includingstatementsregarding
¦ǊƻDŜƴΩǎanticipatedresultsof operationsandfinancialposition,businessstrategyandoperatingplansand¦ǊƻDŜƴΩǎexpectationsfor future
operations.

Theseforward-lookingstatementsare subjectto a numberof risks,uncertaintiesandassumptions,including,but not limited to: the timing
andsuccessof preclinicalstudiesandclinicaltrials conductedby or on behalfof UroGen,includingwith respectto the efficacyandsafetyof
¦ǊƻDŜƴΩǎproductcandidates;¦ǊƻDŜƴΩǎability to obtain andmaintainregulatoryapprovalof its productcandidates,andthe labelingfor any
approvedproducts; the scope,progress,expansionand costsof developingand commercializing¦ǊƻDŜƴΩǎproduct candidates; ¦ǊƻDŜƴΩǎ
ability to obtain and maintain intellectualproperty protection for its product candidates;¦ǊƻDŜƴΩǎanticipatedgrowth strategies;¦ǊƻDŜƴΩǎ
expectationsregardingcompetition; the anticipated trends and challengesin ¦ǊƻDŜƴΩǎbusinessand the markets in which it operates;
¦ǊƻDŜƴΩǎability to attract or retain key managementand personnel; the sizeand growth of the potential marketsfor ¦ǊƻDŜƴΩǎproduct
candidatesand its ability to serve those markets; the rate and degreeof market acceptanceof ¦ǊƻDŜƴΩǎproduct candidatesvis-à-vis
alternativeor existingtherapies;¦ǊƻDŜƴΩǎexpectationsregardingregulatoryrequirements; developmentsin applicableregulatoryregimes;
and the manner in which UroGenintends to use its cashresourcesand the sufficiencythereof. Moreover, UroGenoperatesin a very
competitiveandrapidlychangingenvironmentin whichnew risksemergefrom time to time. It is not possiblefor¦ǊƻDŜƴΩǎmanagementto
predict all risks,nor canUroGenassessthe impact of all factorson its businessor the extent to which any suchfactor or combinationof
factorsmaycauseactualresultsto differ materiallyfrom thosecontainedherein. In light of theserisks,uncertaintiesandassumptions,the
forward-lookingeventsandcircumstancesdiscussedhereinmaynot occur,and¦ǊƻDŜƴΩǎactualresultscoulddiffer materiallyandadversely
from those anticipatedor implied by the forward-lookingstatementscontainedherein. Exceptat required by law, UroGenundertakesno
obligation to update any such forward-looking statementsafter the date hereof to conform to actual results or changesin ¦ǊƻDŜƴΩǎ
expectations.

Forward-Looking Statements
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ÁDeveloped RTGelϰ, a sustained release, hydrogel-based platform technology with the 
potential for use in a range of body cavities where increased dwell time may improve 
therapeutic profiles of existing drugs

ÁLead investigational therapies: 

ŀUGN-101: Phase 3
ÁPositive Interim Data Presented at AUA in May 2018

ÁInitiation of Q4 2018 Rolling NDA Submission planned for Low-Grade Upper Tract Urothelial 
Carcinoma (UTUC)

ÁPotential to be the first drug ever approved in UTUC

ŀUGN-102: Phase 2b
ÁPotential to be the first drug ever approved as first-line chemoablative treatment for non-muscle 

invasive bladder cancer (NMIBC)

ÁIND submitted Q2 2018; Phase 2b initiated August 2018

ŀUGN-201: Phase 1b
ÁTLR 7 agonist intravesical instillation for the treatment of carcinoma in situ (CIS bladder cancer)

UroGen Addressing Unmet Needs in Urology
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Leverage RTGelplatform technology to improve therapeutic profiles of existing 
drugs in a range of body cavities

UGN-101: Obtain first U.S. Food & Drug Administration (FDA) approval for the 
treatment of UTUC (FDAOrphan Drug &  Fast Track Designations Granted) 

UGN-102: Change the treatment paradigm for low-grade NMIBC

UGN-201: Develop immunotherapy drug to treat high-grade urothelial carcinoma 

Our Strategy to Revolutionize Treatment in Uro-Oncology
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Storage
Room temperature
Gel form

Pre-Instillation 
Low temperature
Gel to Liquid form

During Instillation
Low temperature
Liquid form

In Bladder/Upper Tract 
Body temperature
Gel form

LT BT

(1) RTGel: Reverse Thermal Gelation Hydrogel. 

RTGel(1): Liquid at low temperature (LT) and converts into gel form at body temperature (BT) 
following intravesical instillation

Post-Instillation 
Body temperature
Liquid to Gel form

How Our Innovative RTGel Technology Platform Works

1 2

3 4 5
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Broad Potential for RTGelTechnology Platform

ÅPhase 3 in U.S. for UTUC
ÅPhase 2b in U.S. for BC
ÅPotential First Line Therapies
ÅRTGelwith MMC

ÅLicense with Allergan
ÅInstillation therapy for OAB
ÅRTGelwith botulinum toxin

ÅRTGelas Gastro-Retentive 
Drug Delivery System 
(GRDDS)
ÅLocal treatment of GI Tract 

with reduced systemic effect

ÅLocal treatment of 
affected lining of uterus or 
fallopian tubes 

ÅLiquid functional food for 
oral delivery comprising an in 
situ gelling agent for use in 
reducing weight
ÅLiquid composition for oral or 

enteral administration 

UTUC / Bladder Cancer

Overactive Bladder

Gastroenterology

²ƻƳŜƴΩǎ IŜŀƭǘƘ

Weight loss; 
Enteral Feeding
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Current Standard of Care for UTUC & NMIBC

8

Repeated Cycle of Surgical Therapy in Urology
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Limitations of Current Treatment Options & Procedures

UT Physiology Limits Drug Exposure

Upper Tract = ~ 5 Minutes

Bladder = ~ 30 Minutes

ÅConstant urine creation

ÅBladder and upper tract movement

ÅVoiding

ÅDrug washes out before it has a chance to 
work properly

UT Anatomy Limits Surgical Therapy 

Upper Tract = Intricate Structures

Bladder = Hard to See All Tumors

ÅRenal pelvis anatomy makes it hard to see and 
reach all tumors (tough angles and poor 
visualization)

ÅNot all bladder tumors are easily seen, 
making complete tumor resection difficult

30 seconds
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Å15,902 cases of UTUC were identified from 2000ς2008 from NCDB

ÅStage 0 and Stage I accounted for 59% of cases

ÅNephroureterectomy performed 78%

Stage I
Stage 0

Kohut and Zhu (2102) JUrol

Radical Surgery is Common for Low Stage Disease 



11

ÁBladder cancer is one of the top 10 most common cancers in the world
ÁLack of FDA-approved drugs for the treatment of urinary tract diseases

Significant Market Opportunity in Urologic Cancers
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UTUC:
Upper Tract Urothelial 

Carcinoma

No drugs approved by FDA

NMIBC:
Non-Muscle Invasive 

Bladder Cancer

No drugs approved in over 

15years by FDA

LG Non-
Muscle 
Invasive

32%

HG Non-
Muscle 
Invasive

8%

Muscle 
Invasive

60%

US Prevalence
45,000

US Incidence
7,500/yr

LG Non-
Muscle 
Invasive

56%HG Non-
Muscle 
Invasive

24%

Muscle 
Invasive

20%
US Prevalence

560,000
US Incidence

64,000/yr
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Advancing Our Innovative Pipeline
Product Candidate Proposed Indication Phase 

1
Phase 

2
Phase 

3
Next Milestone Commercial 

Rights

C
H

E
M

O
A

B
L

A
T

IO
N UGN-101 

(Orphan)

Low-Grade Upper Tract 
Urothelial Carcinoma 
(UTUC)

Å Ph 3 Topline Data 
Expected 2H 2018

UroGen

UGN-102 
Low-Grade Non-Muscle 
Invasive Bladder Cancer 
(NMIBC)

Å Ph 2b Interim Topline 
Data Planned for 1H 
2019

UroGen

IM
M

U
N

O
T

H
E

R
A

P
Y

UGN-201
(Orphan)

Carcinoma in Situ (CIS) 
Bladder Cancer

Å Ph 2 Trial Initiation as 
Single Agent or in 
Combination Planned 
for 1H 2019

UroGen

N
E

U
R

O
M

O
D

U
L

A
T

IO
N

BotuGel Overactive Bladder
Å Ph 2 Initiated by 

Allergan in November 
2017

Allergan

Ph 2b

Ph 1b

Ph 3

Ph 2
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UGN-101
For Low-Grade UTUC

ÁNovel sustained-release Mitomycin formulation

ÁPotential to become first drug ever approved as a first-
line chemoablation treatment of low-grade UTUC

ÁPositive Interim Data presented at AUA 2018

ÁFDA Orphan Drug Designation 

ÁFDA Fast Track Designation

ÁInitiation of Rolling NDA Submission Planned for Q4 2018

Phase 3

13
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Design:
Á Single pivotal, open-label, single-arm, Phase 

3 trial
Patient Group:
Á Patients with low-grade UTUC 
Number of Patients: 
Á ~74 patients
Treatment Regimen:
Á Six weekly instillations of UGN-101

UGN-101: Pivotal Trial Design & Expected Timing

Recruiting and 
Treating Patients

Interim Analysis

Trial 
Starts

End Recruitment,
Primary Endpoint

Planned Initiation of Rolling 
NDA Submission

(1) Only if clinical trial is successfully completed; (2) CR: Complete Response

Primary Efficacy Endpoint:
Á CR(2) at ~four weeks after last instillation
Á Patients with CR will be:
ς Followed for durability
ς Treated with UGN-101 monthly for up 

to 12 months of maintenance therapy 
Regulatory Pathway:
Á 505(b)(2)

2017 2018 2019

14
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Interim Analysis: CR Rate Exceeds Expectations & Provides 
Validation of Potential of the RTGelplatform

COMPASSIONATE USE 

PROGRAM

(n=18*)

CR (%) PR (%)

44 28

Å Of 8 original patients who 

achieved CR, 4 remain in CR. 

Å Of these 4, 3 have remained in 

CR for 18+ months

UGN-101 INTERIM ANALYSIS

(n= 34*)

CR (%) PR (%)

59 15

Å Of the 20 patients who achieved 

CR:

Å 13 have reached 3 mo

Å 4 reached 6 mo

Å 1 has reached 9 mo

Å All remain in CR

CLINICALLY MEANINGFUL 

OUTCOME

CR (%)

~20%**

*Intent to Treat Analysis (ITT)

**Based on discussions with KOLs

Follow-Up Ongoing

Å P3 Topline Results: Expected 2H 2018

Å Initiation of Rolling NDA Submission: 
Planned for Q4 2018

D
u

ra
b

ili
ty
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UGN-101: Appears Safe and Well-Tolerated

Treatment Emergent AEs (>5%)

Adverse Event N=42 (%)

Flank pain 17 (40.5%)

Ureteral events 16 (38.1%)

Nausea/Vomiting 15 (35.7%)

LUTS 15 (35.7%)

Renal events 13 (31.0%)

Immune reactions 13 (31.0%)

Weakness/Fatigue 12 (28.6%)

Hematuria 12 (28.6%)

UTI/Urosepsis 10 (23.8%)

ÅMajority reported as mild or 
moderate and resolved 
ÅMost were transient
ÅAEs were in line with 

MMC/endoscopic therapies

Safety profile is in line with published literature on 
endoscopic tumor ablation and kidney stone removal. 
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ÁRTGel / high dose MMC sustained-release 
formulation

ÁPotential alternative to TURBT

ÁPotential first-line chemoablation treatment of 
low-grade NMIBC

ÁIND submitted Q2 2018; Ph 2b trial initiated 
August 2018

Phase 2b

17

UGN-102
For Low-Grade NMIBC
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45%

86% 83%
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UGN-102 0.06%
(40mg)

 n=20 pts

UGN-102 0.12%
(80mg)

n=22 pts

UGN-102 0.2%
(120mg)
n=12 pts

Phase 2a Dose Escalation (DE)

C
R

 %

20 22 12

UGN-102: Dose Response Study

Å86%complete response with 
UGN-102 0.12% (80mg)
ÅUsing higher doses may not 

increase efficacy

18
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¢ǳƳƻǊ Җ м ŎƳTumor > 1cm

Eligibility for TURBT: 
Á Tumor size: > 1cm
Á Multifocal: > 3 tumors

Shortcomings of TURBT: 
Á Nonvisible lesions 
Á Incomplete resection
Á Hospitalization
Á Anesthesia

VesiGel vs. Active Control:
Á Higher CR rates in TURBT eligible 

group

UGN-102 can allow for increased coverage of the bladder 
tissue designed to overcome shortcomings of TURBT surgery

0%

20%

40%

60%

80%

100%

Җ о ¢ǳƳƻǊǎ> 3 Tumors

C
R

 %

UGN-102 80mg Active Control

6 816 15 51816 6

UGN-102 vs. Active Control (0.1% MMC)

19

UGN-102: Potential Alternative to TURBT
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% of patients treated with UGN-102 with CR over 12 months

~80%durability at 12 months  
No additional treatments were given during this period

26 26

23
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PDE 3m 6m 9m 12m

28 28 25 2224

100% 100%

89.3% 85.7%
78.6%

20

UGN-102: Durable CRs in Clinical Program 



21

For CIS Bladder Cancer

ÁNovel Imiquimod formulation for bladder instillation

ÁOrphan Drug Designation for CIS bladder cancer

ÁPotential local immunotherapy for the treatment of CIS 
bladder cancer

ÁPlans to commence clinical trial of UGN-201 in 1H 2019 
either as a single agent or in combination

Phase 1b

21CIS = Carcinoma in Situ

UGN-201
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Patient Group: 
Á Patients with NMIBC

Number of Evaluable Patients: 
Á DE: 23 (not shown)
Á Phase 1: 10 (under U.S. IND)

Treatment Regimen:
Á Six weekly instillations
Á No TURBT to CIS patients

Primary Efficacy Endpoint:
Á CR at 5-7 weeks post last 

instillation

UGN-201: Preliminary Proof of Concept Data

ÅNovel local immunotherapy drug for high-grade NMIBC
ÅPotential synergism with immune checkpoint inhibitors

22

UGN-201
single agent

Physician directed 
follow-up
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Phase 1b
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For Overactive Bladder

ÁExclusive license agreement with Allergan 

ÁPotential to evolve from multiple injections of BOTOX into 
the bladder to a single instillation into the bladder

ÁUp to $225 million ($25 million already received and $200 
million in pending milestones) and tiered royalties on net 
sales

ÁPhase 2 trial initiated by Allergan in November 2017

Phase 2

23

BotuGelϰ

Validates the RTGelPlatform Beyond Oncology
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Potential for first ever FDA drug approval for the treatment of UTUC

Management team with experience in drug development, oncology/urology and 
business efficiencies

Strong cash position of approximately $119.1 million as of June 30th, 2018

UroGen: Emerging Leader in the Treatment of 
Urothelial Cancers and Other Urological Indications

Innovative technology platform with potential for use beyond oncology to 
improve therapeutic profiles of existing drugs in a wide range of body cavities
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Thank You


