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IMPORTANT:  You must read the following before continuing.  The following applies to this document, the oral presentation of the information in this document by Oncopeptides AB (the “Company”) 
or any person on behalf of the Company, and any question-and-answer session that follows the oral presentation (collectively, the “Information”).  In accessing the Information, you agree to be 
bound by the following terms and conditions.

The Information is confidential and may not be reproduced, redistributed, published or passed on to any other person, directly or indirectly, in whole or in part, for any purpose.  This document may 
not be removed from the premises.  If this document has been received in error it must be returned immediately to the Company.  

The Information is not intended for potential investors and does not constitute or form part of, and should not be construed as an offer or the solicitation of an offer to subscribe for or purchase 
securities of the Company, and nothing contained therein shall form the basis of or be relied on in connection with any contract or commitment whatsoever. This document and its contents may not 
be viewed by persons within the United States or “U.S. Persons” (as defined in Regulation S under the Securities Act of 1933, as amended (the “Securities Act”) unless they are qualified institutional 
buyers “QIBs” as defined in Rule 144A under the Securities Act.  By accessing the Information, you represent that you are (i): a non-U.S. person that is outside the United States or (ii) a QIB. This 
document and its contents may not be viewed by persons within the United Kingdom unless they are persons with professional experience in matters relating to investments falling within Article 
19(5) of the Financial Services and Markets Act 2000 (Financial Promotion) Order 2005 as amended (the “Order”), or high net worth entities falling within Article 49(2)(a) to (d) of the Order (each a 
“Relevant Person”). By accessing the Information, you represent that you are: (i) outside the United Kingdom or (ii) a Relevant Person.

The Information has been prepared by the Company, and no other party accepts any responsibility whatsoever, or makes any representation or warranty, express or implied, for the contents of the 
Information, including its accuracy, completeness or verification or for any other statement made or purported to be made in connection with the Company and nothing in this document or at this 
presentation shall be relied upon as a promise or representation in this respect, whether as to the past or the future.  

The Information contains forward-looking statements.  All statements other than statements of historical fact included in the Information are forward-looking statements.  Forward-looking 
statements give the Company’s current expectations and projections relating to its financial condition, results of operations, plans, objectives, future performance and business.  These statements 
may include, without limitation, any statements preceded by, followed by or including words such as “target,” “believe,” “expect,” “aim,” “intend,” “may,” “anticipate,” “estimate,” “plan,” “project,” 
“will,” “can have,” “likely,” “should,” “would,” “could” and other words and terms of similar meaning or the negative thereof. Such forward-looking statements involve known and unknown risks, 
uncertainties and other important factors beyond the Company’s control that could cause the Company’s actual results, performance or achievements to be materially different from the expected 
results, performance or achievements expressed or implied by such forward-looking statements. Such forward-looking statements are based on numerous assumptions regarding the Company’s 
present and future business strategies and the environment in which it will operate in the future. 

No representation, warranty or undertaking, express or implied, is made as to, and no reliance should be placed on, the fairness, accuracy, completeness or correctness of the Information or the 
opinions contained therein.  The Information has not been independently verified and will not be updated.  The Information, including but not limited to forward-looking statements, applies only as 
of the date of this document and is not intended to give any assurances as to future results.  The Company expressly disclaims any obligation or undertaking to disseminate any updates or revisions 
to the Information, including any financial data or forward-looking statements, and will not publicly release any revisions it may make to the Information that may result from any change in the 
Company’s expectations, any change in events, conditions or circumstances on which these forward-looking statements are based, or other events or circumstances arising after the date of this 
document.  Market data used in the Information not attributed to a specific source are estimates of the Company and have not been independently verified.
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Oncopeptides at a glance

• Develops targeted cancer treatments

̶ Proprietary peptidase-enhanced compounds

̶ Lead compound Melflufen a peptide conjugated alkylator

• Initial focus on Multiple Myeloma

̶ Significant market opportunity in orphan indication

̶ Melflufen Phase 2 showed the best MM survival data to date

• Phase 3 expected to be fully enrolled in the summer of  2019

̶ Approximately 450 patients at 140 sites 

̶ Three additional supporting trials ongoing, additional Phase 3 to be started 2019

• Listed on NASDAQ Stockholm, strong financial position

̶ Market cap: ~$730 M

̶ Cash position Dec. 31, 2018: $40 M, raised an additional $55 M in January

• New indications and NCEs in development 

̶ Clinical trials expected to start in 2019
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Multiple Myeloma is a hematological cancer without cure and 
significant medical needs remain

• Four treatment modalities used with inevitable 
resistance development

• Currently, the majority of patients have been 
treated with all four modalities after 2-3 lines of 
therapy with limited treatment options left

• Frequent co-morbidities further compounding the 
problem with limited treatment options

Source: IntrinsiQ and Kantar Health.
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Improved outcomes lead to fast growth in number of treated patients in 
later lines of therapy with great need of new treatment options

Source: Intrinsiq Oct 2018, MAT
Note:    3-yr annual growth rate for 3Q15-3Q18
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Multiple Myeloma is a Fast Growing Market –
Approvals of novel agents have expanded market

• IMiDs and PIs will continue to be the foundation of 
early myeloma care

• Daratumumab has driven market growth in both 
number of patients treated and duration on 
therapy

• Late stage multiple myeloma patient pool is 
growing due to improved therapies - an increased 
number of treatment months per patient 

• The multiple myeloma market is expected to almost 
double in size before Revlimid patent expiry  

2017 2022

Market Value Expected to Double

>$14B

>$27B

US

ROW

Source: EvaluatePharma



4. Hydrophilic alkylating
moieties trapped inside 
the cell

2. Lipophilic 
melflufen 
rapidly 
traverses cell 
membranes

1. Amino-peptidases highly 
over expressed in multiple 
myeloma (MM) cells

3. Amino-peptidase 
potentiated release of 
hydrophilic alkylating 
moieties

5. Melflufen and 
hydrophilic alkylating 
moieties binds directly to 
DNA

Melflufen

Amino-peptidase

Alkylating moiety

Results in 50-fold higher potency

Melflufen is a first in class peptide conjugated alkylator –
Aminopeptidases activity increased up to 250x as part of transformation process
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50X
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Peptidase enhanced activity in Multiple Myeloma cells
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Requirements for success in Relapsed Refractory Multiple Myeloma

Proven single agent 
activity

Comorbidity or 
tolerability 
limitations

Limited to no single 
agent data

• Single agent +/- steroid activity in multi-refractory 
patients of >20% ORR 

• Efficacy synergy in combination with other main 
myeloma drugs with good tolerability

• Easy administration schedule

• No co-morbidity limitations

• No major QoL tolerability issues

• Single agent +/- steroid approval in refractory 
patients

Must have characteristics

Nice to have characteristics
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Development program for Melflufen is designed to support its potential 
as a new agent after IMiD and PI failure

• O-12-M1 showed an ORR of 31% and HORIZON an 
ORR of 33% in multi-refractory patients

• ANCHOR shows excellent synergy and good 
tolerability with daratumumab and bortezomib 
(limited number of patients so far)

• No co-morbidity or drug-drug interactions 
limitations

• One 30 minute infusion every 28 days

• Good QoL with almost no non-hematological AEs

• OCEAN head to head study vs. Pomalyst/dex is 
designed for approval

Melflufen

• Single agent +/- steroid activity in multi-refractory 
patients of >20% Overall Response Rate

• Efficacy synergy in combination with other main 
myeloma drugs with good tolerability

• No co-morbidity limitations

• No major QoL tolerability issues

• Single agent +/- steroid approval in refractory 
patients

Must have characteristics

• Easy administration schedule

Nice to have characteristics

9



$1

$5

$9 

$0.6

$3

$5

Pomalyst RRMM MM, all

$14 B

$8 B

$1.6 B

Source: EvaluatePharma, Intrinsiq, company analysis

US

ROW

Melflufen opportunity in Relapsed Refractory Multiple Myeloma –
2017 Multiple Myeloma Net Sales Breakdown
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O-12-M1

Show single-agent 
activity in RRMM

Show single-agent 
activity in RRMM

Show single-agent 
superiority over SoC

in RRMM 
(pomalidomide)

Show combination 
synergy and 

tolerability with 
daratumumab and 

bortezomib

Show that 
melflufen can be 
used in patients 

with renal 
impairment

Overview of our present clinical development program in relapsed 
refractory multiple myeloma
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O-12-M1 phase 2 study generated best overall survival data to date in 
late stage myeloma

Source: Richardson PG et al., ASH 2017; Usmani SZ et al., 2016: Miguel JS et al., 2013; Siegel DS et al., 2012

* = source FDA label

Melflufen Daratumumab Pomalidomide* Carfilzomib
N 45 106 302 266

Year 2017 2016 2013 2012

Population Refractory to last, exposed to 
iMID, PI and alkylator, IMiD and PI 

refractory

Refractory to last, ≥3 lines with 
IMiDs and PI, double refractory to 

PI and IMiD

Refractory to last, at least 2 lines 
with bort and len and received 

alklylator

>2 prior for relapsed including Bar, 
Len or thal, alk or anthra alone or 

in combo

Time from diag. 5.0 years 4.8 years 5.3 years 5.4 years

High risk Cytog. 44% 19% ~30% 28%

Number of lines 4, 78% ≥3 lines 5, 82% ≥3 lines 5, 94 % ≥2 lines 82% ≥4 lines

Refract. to last 87% 97% 100.0% 94.0%

ORR 31.1% 29.2% 23.5% 23.7%

ORR high risk 25% 20% – 29.6%

Med. duration treat 3.7 months - Progressive Disease or
Unacceptable Toxicity

3.0 months

Med. duration response 8.4 months 7.4 months 7.0 months 7.8 months

Median PFS 5.7 months
(11.7 in ≥PR)

3.7 months 3.6 months 3.7 months

Median OS 20.7 months 17.5 months 12.4 months 15.6 months
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Strong data presented at ASH 2018

Good News on the HORIZON: Melflufen
Induces Response in Heavily Refractory 

Myeloma

Safety And Efficacy of Melflufen for 
Relapsed Refractory Multiple Myeloma 

Patients

• Interim HORIZON data in patients with no or 
limited treatment options presented by Prof. 
Paul Richardson

• Melflufen in combination with bortezomib and 
daratumumab presented from the ANCHOR 
trial

https://www.ashclinicalnews.org/on-location/good-news-horizon-melflufen-induces-response-heavily-refractory-myeloma/


Promising efficacy data for patients without remaining 
treatment options presented at ASH
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• n= 83, 5-6 prior lines of therapy 
(median of 5)

• Strong overall response rate 
with 33%

• Median PFS of 4.0 months

• Strong activity in triple 
refractory (IMiD, PI and 
daratumumab) refractory 
patients

Response NE PD SD MR ORR sCR VGPR PR

% (n) 1% (1) 15% (12) 45% (37) 6% (5) 33% (27) 1% (1) 11% (9) 21% (17)

Source: ASH December 2018.



Safety indicates a very good quality of life profile for 
patients
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Grade 3 and 4 TEAEs occuring in >5% of patients

HORIZON

SAE rate 37%

Hematological

Anemia 26%

Leukopenia 

Lymphopenia

Neutropenia 55%

Thrombocytopenia 52%

Febrile neutropenia 5%

Infections and infestations

Pneumonia 5%

• Absence of grade 3 and 4 adverse
events outside of the hematological
system and infections and infestations

• Low infection rate in comparison with 
other myeloma drugs

• Hematological toxicity clinically 
manageable
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• HORIZON is a study in myeloma patients with no or limited treatment options

• Potential for accelerated approval path in the USA – but not certain

• ODAC meeting regarding selinexor (a competitor) on February 26th confirmed the 
target population and efficacy hurdle in late-stage myeloma (i.e. triple-class 
refractory myeloma patients)

• FDA meeting before the summer regarding HORIZON will guide Oncopeptides for 
the possibility to apply for accelerated approval

Upcoming discussion with the FDA with regard to 
HORIZON data



Encouraging data for Melflufen in combination with PI 
bortezomib presented at ASH

17Source: ASH December 2018.

Summary of combination with bortezomib – n=3

• Elderly population – 3 prior lines of therapy

• 3/3 responded on therapy (ORR 100%) 

• All patients ongoing with good tolerability

Overall response rate 100%

Few non-hematological AEs



Data indicates synergistic effect of Melflufen in combination 
with CD38 inhibitor daratumumab

18Source: ASH December 2018.

Summary of combination with daratumumab –
n=9

• 2-3 prior lines of therapy

• 6/7 patients responded to therapy (ORR 86%) 

• All patients ongoing with good tolerability and 
deepening responses

Manageable hematological AEs and very few
non-hematological AEs

Overall response rate 86%
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Our new pivotal combination trial LIGHTHOUSE of high strategic 
importance

• Second pivotal phase III trial with melflufen in multiple myeloma 

– Melflufen+daratumumab+dexamethasone vs daratumumab+dexamethasone randomized 2:1

• Two objectives:

– Expand market potential in myeloma by label extension to include treatment with melflufen in 
combination with daratumumab in earlier line patients 

– De-risk the melflufen clinical development program in myeloma by adding a third trial that can result in 
market registration in the EU and US

• We are preparing the study and aiming for having the first patient in H2 2019



20

Data to date provide high conviction for success in 
pivotal trial OCEAN

Pomalidomide + 
dexamethason

Melflufen + 
dexamethasone

N=450

Lenalidomide-refractory  
multiple myeloma 

patients R
an

d
o

m
is

at
io

n

Primary 
endpoint: 

PFS

Secondary 
endpoint: 
ORR, OS

Treatment ORR Median PFS Median OS

Melflufen + 
Dexamethasone

31% 5.7 months 20.7 months

Pomalidomide + 
Dexamethasone

24% 3.6 months 12.4 months

RRMM data from pomalidomide FDA label and O-12-M1 study



OCEAN recruitment update

• Last patient in (LPI) estimated for summer of 2019 (no change)

• Previous communication has stated that there is an increased risk of delay to last patient in

– More than 40 hospitals added to the trial to increase patient recruitment

– Amendment discussions ongoing with the FDA

• Early 2019 has performed well in terms of patient recruitment 

• Process and time-line from last patient in to top-line results:

Patient recruitment

FPI
June 2017

LPI
June 2019

PFS event accrual –
need 339 out of 450

Quality control of
database

Top-line results 
communicated

1-3 months Time depends on quality 
of data-base when 

unblinded to us
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Our new indication AL AMYLOIDOSIS

• Similar to myeloma, AL amyloidosis is a disease of the B-cell system

– Antibody light-chains misfold and form deposits in multiple organs with organ dysfunction as a result

– Orphan disease - 30-45,000 patients in the USA and the EU1

– Majority of patients >65 years old

• Similar drug use as for myeloma – drugs that are efficacious in myeloma are also most of the 
time efficacious in AL amyloidosis

• Limited treatment options with median overall survival of 1.5-2.0 years (1995-2013) with a 
trend towards improved survival (3.5 years for the period 2010-2013)2

• Phase I+II study with first-patient-in H2 2019 – up to 30 patients across both phases

1) Quock et. al, Blood Advances, May 2018
2) Weiss et. al, Blood, 2016 
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Upcoming newsflow – highly exciting year ahead of us

H1 2019 H2 2019

Updated data from 
ANCHOR and 

HORIZON at EHA

Guidance on LPI in 
OCEAN

O-12-M1 
publication

LPI OCEAN

FPI Amyloidosis Trial

Top-line results
OCEAN

FPI LIGHTHOUSE

Updated Data from 
HORIZON, ANCHOR 
and BRIDGE at ASH

Data from ANCHOR 
and HORIZON at 

AACR
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Summary

• Significant unmet needs in Multiple Myeloma

̶ 14 BUSD orphan market

• Melflufen has the potential to become a new treatment 
backbone for relapsed refractory multiple myeloma

̶ Phase 2 showed very strong survival data 

̶ Generally well tolerated giving patients good quality of life

• Broad development program with multiple ways to get 
approval

̶ Pivotal phase 3 expected to be fully enrolled in the summer of  2019

̶ Discussion the possibility to get accelerated approval with the FDA

̶ Additional Phase 3 to be started 2019

• Strong financial position

̶ Cash position Dec. 31, 2018: SEK 376 M, raised an additional 515
MSEK in January
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Thank you for your attention
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Financial results for the period Jan –Dec 2018

• Operating loss increased to SEK 419.3 M (loss:247.6)

̶ R&D increased primarily due to increase in Clinical: SEK 
260.3 M (146.2) 

▪ OCEAN costs SEK 132.1 M (79.8)

̶ Build-up of commercial and medical relations

• Operating  costs include non-cash costs related to 
incentive programs

̶ SEK 45.7 M (30.5) for the year, -7.1 M (7.5) for q4

• Cash flow from operating activities neg. SEK 333.7 M 
(neg. 271.5)

̶ Cash flow from financing activities SEK 304.9 M (636.8)

• Cash position was SEK 375.6 M (404.1) as of 
December 31, 2018

̶ Directed share issue raised SEK 514.8 M after issue costs in 
January, 2019
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