


Forward-looking statements

This information may contain projections and other forward4ooking statements regarding future events,
including regarding D i ¢ e rtatlandagy platform, product candidates, preclinical and clinical pipeline and
milestones, regulatory objectives, market opportunities, and intellectual property. Such statements are
predictions only and are subject to risks and uncertainties that could cause actual events or results to
differ materially. These risks and uncertainties include, among others, the cost, timing and results of
preclinical studies and clinical trials and other development activities; the unpredictability of the duration
and results of regulatory review of New Drug Applications and Investigational NDAs; market acceptance
for approved products and innovative therapeutic treatments; competition; the possible impairment of,
inability to obtain and costs of obtaining intellectual property rights; and possible safety or efficacy
concerns, general business, financial and accounting risks and litigation. More information concerning
Dicerna and such risks and uncertainties is available on its website and in its press releases, and in its
public filings with the U.S. Securities and Exchange Commission.

Dicerna is providing this information as of its date and does not undertake any obligation to update or
revise it, whether as a result of new information, future events or circumstances or otherwise. Additional
information concerning Dicerna and its business may be available in press releases or other public
announcements and public filings made after the date of this information.
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Agenda

Building the Dicerna Pipeline
Douglas Fambrough, Ph.D i President & CEO

Primary Hyperoxaluria Type 1
Prof. Dr. Bernd Hoppe, Division of Pediatric Nephrology, Department of Pediatrics
University of Bonn, Germany

DCR-PH1: Dicerna Therapeutic Candidate for Primary Hyperoxaluria Type 1
Preclinical efficacy i Bob D. Brown, Ph. D. CSO & SVP Research
Clinical development plan 1 Pankaj Bhargava, M.D. CMO
Commercial opportunity 1 James Weissman, CBO

Dicerna Liver Target Engine i DsiRNA-EX & EX-Conjugates
Bob D. Brown, Ph. D. CSO & SVP Research

Dicerna Oncology Program i DCR-MYC for solid tumors
Pankaj Bhargava, M.D. CMO




Dicerna and RNA Interference (RNAI) Medicines

Alnventlng new pharmaceuticals using RNAI
i Silences genes using small, double-stranded RNA molecules

I Catalytic mechanism of action yields high potency and long duration of action About Dicerna
I Applicable to any gene, i ncluding heretof/ore Aundruggabl ec

Dicerna was founded in
2007 based on proprietary
RNAI technology

I Human proof-of-concept established for RNAI drugs

ADicerna pipeline creation philosophy

I Use the competitive advantage of RNAI: address targets others cannot A Dicernais based near

i Select low risk programs based on clear and compelling mechanisms Cambridge, MA, and we

I Seek to retain significant commercial rights have ~40 employees

ADicerna pharmaceutical pipeline engine A Dicernais resourced to
drive clinical proof of

I Proprietary fADicer s udranded RNAGOMNAUCERNAIRNA) doub Eo‘?‘ncept for our announced
I Announced programs utilize lipid nanoparticle (LNP) delivery systems programs with $112 million
U  DCR-MYC 1 oncology program targeting the MYC oncogene, phase 1 2014 in cash at the end of Q3
i DCR-PH1i rare inherited disease involving the liver, phase 1 2015 2014 (NASDAQ ticker

. . I . . _ symbol DRNA)
Multiple additional programs initiated with DsiRNA-EX-Conjugate technology for

subcutaneous administration
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Building the Dicerna Pipeline

research / RNA chemistry === IND-enabling studies Phase 2 Phase 3 Approved

LIVER TARGET

JEI’:IE'NE i Mult_iple Phase 1
ates Entries
o1 2016-2017
and beyond

Rare inherited diseases
O involving the liver and
other high value

liver targets

First DsiRNA-EX
DCR-PH1 | molecule and only LNP
mﬂ, program for a liver target

Dicerna Current Pipeline T E N

.
E pharmaceulicals

E<D|cerna

pharmaceulicals
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Product Candidate Pipeline

/ RNA chemistry = IND-enabling studies clinical trials izt

LIVER TARGET
ENGINE

2017:

Phase 1 Entry

2016:

Phase 1 Entry

2015:

Hyperaxshuria 1 Phase 1 Entry

DICEITIB 2017 Pipeline e,

pharmaceuhcals

Multiple Phase 1

Entries
2016-2017
and beyond

Rare inherited diseases
invalving the liver and
other high value

liver targets

First DsiRNA-EX
molecule and only LNP
program for a liver target

Further oncology
programs dependent
on establishing clinical POG

SIS
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Product Candidate Pipeline

Product Candidate Indication

DCR-PH1: Targeting Glycolate Oxidase

DSIRNA-EX + LNP Primary Hyperoxaluria 1

Undisclosed Liver Programs
DsiRNA-EX-Conjugate

DsiRNA-EX-Conjugate Other rare liver diseases

and

DSIRNA-EX-Conjugate high value liver targets

DsiRNA-EX-Conjugate
Additional programs over time
Dicerna Oncology Programs

DCR-MYC: DsiRNA + EnCore LNP
Undisclosed: DsiRNA-EX + EnCore LNP

Various Solid tumors

Partnered Oncology Programs
KRAS targeted: DsiRNA + KHK LNP
g Undisclosed: DsiRNA + KHK LNP

Various Solid tumors

Stage of Development

Research Preclinical

Phase 1

Comments

Dicerna-wholly owned program
LNP delivery system licensed from Tekmira

Dicerna wholly-owned pipeline programs
using DsiRNA-EX-Conjugate technology
for subcutaneous delivery

DCR-MYC: phase 1 trials in all-comers and Hepatocellular

Undisclosed: Awaiting DCR-MYC POC before advancing
into formal IND-enabling studies

KYOWA KIRIN

Dicerna retains opt-in for 50% US rights on KRAS-targeted

program
“Dicerna ‘
= pharmaceulicals



German Hyperoxaluria Center Bonn

Primary Hyperoxaluria Type |

Prof. Dr. Bernd Hoppe

Division of Pediatric Nephrology,
Department of Pediatrics
University of Bonn, Germany




German Hyperoxaluria Center = .25 Qverview

* "

Primary Hyperoxaluria Type | (PH-1)

A Defect of liver specific peroxisomal alanine-
glyoxylate aminotransferase (AGT, 2937.3)

A Prevalence: 1.2 - 3/10° (80 % of all PH patients)

A Increased urinary oxalate and glycolate

A  >0.8 mmol/1.73mZ2 in 24 h urine

A > Age specific molar creatinine ratios

Hoppe, B. Nat. Rev. Nephrol. 8, 4671 475 (2012)



German Hyperoxaluria Center ~ <.f+  (Oxalate Metabolism
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German Hyperoxaluria Center =~ .« ,.& > Data from the
OXALEUROPE Registry

Symptoms at diagnosis

32% urolithiasis +40%
Chronic
Kidney
24% urolithiasis :
and nephrocalcinosis Disease
@)

Time to diagnosis: from < 1 week to > 40-50 years

O XIAILIEUROPE
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German Hyperoxaluria Center =~ <. %+

Urolithiasis & \
Nephrocalcinosis

¥ "

[
/ Bone & Kidney \

Deposits

Bone

Systemic Oxalosis

Clinical Manifestations

/ Skin Deposits \

|
/ Retina & Heart \

Deposits

Retina
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German Hyperoxaluria Center ~ <.2« Clinical heterogen Eity

’

A Infantile form
£ Early End Stage Renal Disease (ESRD)

A Adult form

A Late first symptom
A ESRD

A Genotype/Phenotype?

A Differences within families

Hoppe B, et al Am J Kidney Dis, 1997. 29(1): p. 36-44

13



